EDGAROnline

BIOMARIN PHARMACEUTICAL INC

FORM 10-Q

(Quarterly Report)

Filed 10/28/13 for the Period Ending 09/30/13

Address 105 DIGITAL DRIVE
NOVATO, CA 94949
Telephone 4155066700
CIK 0001048477
Symbol BMRN
SIC Code 2834 - Pharmaceutical Preparations
Industry  Biotechnology & Drugs
Sector Healthcare
Fiscal Year 12/31

Powere 4 &y EDGAROnline

http://www.edgar-online.com
© Copyright 2013, EDGAR Online, Inc. All Rights Reserved.
Distribution and use of this document restricted under EDGAR Online, Inc. Terms of Use.


http://www.edgar-online.com

Table of Contents

UNITED STATES
SECURITIES AND EXCHANGE COMMISSION

Washington, D.C. 20549

Form 10-Q

(Mark One)

QUARTERLY REPORT PURSUANT TO SECTION 13 OR 15(d) OF THE SECURITIES EXCHANGE
ACT OF 1934

For the quarterly period ended September 30, 2013
Or

0 TRANSITION REPORT PURSUANT TO SECTION 13 OR 15(d) OF THE SECURITIES EXCHANGE
ACT OF 1934

For the transition period from to

Commission File Number: 000-26727

BioMarin Pharmaceutical Inc.

(Exact name of registrant as specified in its chaer)

Delaware 68-039782C
(State or other jurisdiction of (I.R.S. Employer
incorporation or organization) Identification No.)
770 Lindaro Street, San Rafael, Californie 94901
(Address of principal executive offices (Zip Code)

(415) 506-6700

(Registrant’s telephone number including area code)

Indicate by check mark whether the registrant € filed all reports required to be filed by Seeti® or 15(d) of the Securities
Exchange Act of 1934 during the preceding 12 mofah$or such shorter period that the registrans wemjuired to file such reports), and
(2) has been subject to such filing requirementsie past 90 days. Ye&l No O

Indicate by check mark whether the registrant lasmstted electronically and posted on its corpo¥ateb site, if any, every Interactive
Data File required to be submitted and posted @untsio Rule 405 of Regulation S-T (8 232.405 of tthapter) during the preceding 12
months (or for such shorter period that the regigtwvas required to submit and post such filed)es No O

Indicate by check mark whether the registrantle&rge accelerated filer, an accelerated filer, &accelerated filer, or a smaller
reporting company. See the definitions of “largeederated filer,” “accelerated filer” and “small@porting company” in Rule 12b-2 of the
Exchange Act.

Large accelerated fils Accelerated filel O

Non-accelerated file [0 (Do not check if a smaller reporting compa Smaller reporting compar [
Indicate by check mark whether the registrantskell company (as defined in Rule 12b-2 of the BExgje Act.) Yes[ No
Applicable only to issuers involved in bankruptcy poceedings during the preceding five years:

Indicate by check mark whether the registrant Hed &ll documents and reports required to be fidlg&Gections 12, 13 or 15(d) of the
Securities Exchange Act of 1934 subsequent toigtglilition of securities under a plan confirmedabgourt. Yes[ No O



Applicable only to corporate issuers:

Indicate the number of shares outstanding of e&tiedssuer’s classes of common stock, as ofdtest practicable date: 142,212,657
shares of common stock, par value $0.001, outstgral of October 18, 201
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BIOMARIN PHARMACEUTICAL INC.

CONDENSED CONSOLIDATED BALANCE SHEETS
September 30, 2013 and December 31, 2012
(In thousands of U.S. dollars, except per share amats)

September 3C December 31
2013 2012 (1)
(unaudited)
ASSETS
Current assett
Cash and cash equivalel $ 181,56 $ 180,52
Shor-term investment 198,08t 270,21:
Accounts receivable, net (allowance for doubtfidamts: $376 and $348, respective 124,74 109,06t
Inventory 148,68« 128,69!
Current deferred tax asst 32,23¢ 29,45
Other current asse 28,16 25,50¢
Total current asse 713,47¢ 743,46.
Noncurrent asset
Investment in BioMarin/Genzyme LL 854 1,08(
Long-term investment 147,77: 115,99¢
Property, plant and equipment, | 285,66 284,47.
Intangible assets, n 165,79: 162,98
Goodwill 54,25¢ 51,54!
Long-term deferred tax asse 238,70: 225,50:
Other asset 14,01( 16,61:
Total asset $1,620,53 $1,601,64.
LIABILITIES AND STOCKHOLDERS ' EQUITY
Current liabilities:
Accounts payable and accrued liabilit $ 167,63 $ 147,06!
Convertible deb 0 23,36!
Total current liabilities 167,63: 170,43
Noncurrent liabilities
Long-term convertible dek 78,31( 324,85
Long-term contingent acquisition consideration pay: 26,50( 30,61¢
Long-term deferred tax liabilitie 37,19( 33,29¢
Other lon¢-term liabilities 34,41 26,67«
Total liabilities 344, 04. 585,88
Stockholder' equity:
Common stock, $0.001 par value: 250,000,000 stearéwrized at September 30, 2013 and
December 31, 2012: 142,200,995 and 125,809,162slesued and outstanding at September
2013 and December 31, 2012, respectiv 142 12¢
Additional paic-in capital 1,926,13 1,561,89
Company common stock held by Nonqualified Defe@ednpensation Pla (7,45)) (6,60%)
Accumulated other comprehensive income (li 11,47: (202)
Accumulated defici (653,81) (539,44
Total stockholder equity 1,276,48 1,015,76.
Total liabilities and stockholde’ equity $1,620,53 $1,601,64.

(1) December 31, 2012 balances were derived frenatitdited Consolidated Financial Statements indiiléhe Companyg Annual Repol
on Form 10-K for the year ended December 31, 2i&8, with the Securities and Exchange Commisstbe SEC) on February 26,
2013.

The accompanying notes are an integral part okt@emdensed Consolidated Financial Statements.
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REVENUES:

Net product revenue
Collaborative agreement revent
Royalty and license revenu

Total revenue:

OPERATING EXPENSES:
Cost of sales (excludes amortization of certairuaed intangible

assets

Research and developmt
Selling, general and administrati

BIOMARIN PHARMACEUTICAL INC.

(Unaudited)

Intangible asset amortization and contingent casitibn

Total operating expens

LOSS FROM OPERATIONS
Equity in the loss of BioMarin/Genzyme LL

Interest incom

Interest expens

Debt conversion expen:
Other income (expens

LOSS BEFORE INCOME TAXES
Provision for (benefit from) income tax

NET LOSS

NET LOSS PER SHARE, BASIC AND DILUTED
Weighted average common shares outstanding, badidited

COMPREHENSIVE INCOME (LOSS)

The accompanying notes are an integral part oktiEmdensed Consolidated Financial Statements.
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Three Months Ended September 3C

CONDENSED CONSOLIDATED STATEMENTS OF COMPREHENSIVE LOSS
Three and Nine Months Ended September 30, 2013 ar2®12
(In thousands of U.S. dollars, except per share amats)

Nine Months Ended September 3C

2013

2012

2013

2012

$ 13433 $ 12631 $ 39407« $ 365,54
1,75¢ 1,21( 2,77¢ 1,72¢
79C 597 4,76( 1,51¢

136,87- 128,11° 401,61 368,78!
28,05« 24,61¢ 71,12: 65,20¢
88,06« 66,20¢ 257,46 217,85!
61,84 46,33 163,54 143,12
9,63¢ 1,44¢ 13,17: 5,81¢
187,59 138,60¢ 505,30 432,00
(50,722 (10,497 (103,69) (63,317
(147) (336) (712) (96¢)
574 77¢ 1,947 1,81¢
(526) (1,837) (2,859 (5,709)
(1,739 0 (12,157) 0
23¢ 12¢ 344 (15)
(52,316 (11,767) (117,12 (68,181
704 (6,40/) (2,765) (6,849)
$ (53020 $  (535) $ (114,36) $ (61,33Y

$ 039 $ 0.09 $ (08) $ (059

140,79( 123,43 136,10: 118,81

$  (43,98) $ (7,679 $ (102,689 $ (63,889
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BIOMARIN PHARMACEUTICAL INC.

CONDENSED CONSOLIDATED STATEMENTS OF CASH FLOWS
Nine Months Ended September 30, 2013 and 2012
(In thousands of U.S. dollars)

(Unaudited)

CASH FLOWS FROM OPERATING ACTIVITIES:
Net loss
Adjustments to reconcile net loss to net cash usegerating activities
Depreciation and amortizatic
Accretion of discount on investmer
Equity in the loss of BioMarin/Genzyme LL
Stoclk-based compensatic
Impairment of intangible asse
Deferred income taxe
Excess tax benefit from stock option exerc
Unrealized foreign exchange loss on forward coti
Changes in the fair value of contingent acquisittonsideration payab
Debt conversion expen:
Changes in operating assets and liabilit
Accounts receivable, n
Inventory
Other current asse
Other asset
Accounts payable and accrued liabilit
Other lon¢-term liabilities
Net cash provided by (used in) operating activi

CASH FLOWS FROM INVESTING ACTIVITIES:

Nine Months Ended September 3(C

2013 2012

$ (114,36) $ (61,339

Purchases of property, plant and equipn
Maturities and sales of investme!
Purchase of availat-for-sale investment

Business acquisitions, net of cash acqu
Investments in BioMarin/Genzyme LL
Net cash provided by (used in) investing activi
CASH FLOWS FROM FINANCING ACTIVITIES:
Proceeds from exercises of stock options and E
Proceeds from public offering of common stock,
Excess tax benefit from stock option exerc
Payments for debt conversi
Payment on maturity of 2013 convertible n
Repayment of capital lease obligatic
Net cash provided by financing activiti
NET INCREASE IN CASH AND CASH EQUIVALENTS
Cash and cash equivaler
Beginning of perioc
End of perioc

SUPPLEMENTAL CASH FLOW DISCLOSURES:

Cash paid for interest, net of interest capitaligd fixed asset
Cash paid for income taxi

Stoclk-based compensation capitalized into inven
Depreciation capitalized into inventa

SUPPLEMENTAL CASH FLOW DISCLOSURES FROM INVESTING A ND FINANCING

ACTIVITIES:
Decrease in accounts payable and accrued liabiliékated to fixed asse
Conversion of convertible de

Deferred offering costs reclassified into additigpaid-in-capital as a result of conversion of certible

debt

37,88( 33,43
4,14¢ 3,07¢
711 96¢
42,63¢ 35,41
93¢ 6,707
(19,219 (10,610
(335) (96)
(1,692) (4,846)
9,81¢ (3,325)
12,15: 0
(15,679 (12,45
(19,989 9,29:
(1,776) (8,159
(307) (6,90¢)
11,36 15,82¢
5,36¢ 8,62t
(48,339 5,62:
(35,44() (30,67¢)
232,62 165,45
(179,19) (276,81)
(9,875) 0
(48E) (1,259
7,63: (143,29)
54,08¢ 37,66
0 235,49

33E 96
(12,15) 0
(98) 0
(430) (53€)
41,74¢ 272,72
1,03¢ 135,05
$ 180,520 $ 46,27
$ 181560 $ 181,33
$ 323 $ 359
13,16¢ 5,591
4,21¢ 3,04:
8,221 4,74

$ 7,491 % 1,48¢
269,81t 0

2,61¢ 0

The accompanying notes are an integral part oktiEmdensed Consolidated Financial Statements.
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BIOMARIN PHARMACEUTICAL INC.

NOTES TO CONDENSED CONSOLIDATED FINANCIAL STATEMENT S
(In thousands of U.S. dollars, except per share amats or as otherwise disclosed)

(1) NATURE OF OPERATIONS AND BUSINESS RISKS

BioMarin Pharmaceutical Inc. (the Company or BioMgara Delaware corporation, develops and commkzeminnovative
biopharmaceuticals for serious diseases and mezhealitions. BioMarin selects product candidatesdiseases and conditions that represent
a significant unmet medical need, have well-undedtbiology and provide an opportunity to be fistmarket or offer a significant benefit
over existing products. The Company’s product pdidfis comprised of four approved products andtipld investigational product
candidates. The Company’s approved products aréakiage (galsulfase), Kuvan (sapropterin dihydrodhk), Firdapse (amifampridine
phosphate) and Aldurazyme (laronidase).

Through September 30, 2013, the Company had aceteaulbsses of approximately $653.8 million. Mamagst believes that the
Company’s cash, cash equivalents, short-term amgtierm investments at September 30, 2013 andrdwe@ds from the convertible notes
offering in October 2013 as discussed in Note 20 b sufficient to meet the Company’s obligatidos at least the next twelve months
based on management’s current business plang Gdmpany elects to increase its spending on dewelot programs significantly above
current long-term plans or enters into potentiz@tises and other acquisitions of complementaryntdopies, products or companies, the
Company may need additional capital. The Compampgets to continue to finance future cash needsstkaded its operating activities
primarily through its current cash, cash equivaleshort-term and long-term investments, and te#tent necessary, through proceeds from
equity or debt financings, loans and collaboratigeeements with corporate partners.

The Company is subject to a number of risks, iridlgidthe financial performance of Naglazyme, Kuvindapse and Aldurazyme; the
potential need for additional financings; its algilio successfully commercialize its product caatkg, if approved; the uncertainty of the
Company’s research and development efforts reguiltifiuture successful commercial products; obtajiegulatory approval for new
products; significant competition from larger orgaions; reliance on the proprietary technologptbfers; dependence on key personnel;
uncertain patent protection; dependence on co@atners and collaborators; and possible rastngion reimbursement from governme
agencies and healthcare organizations, as wethas changes in the health care industry.

(2) BASIS OF PRESENTATION

The accompanying Condensed Consolidated FinantitdiBents have been prepared pursuant to theamtesegulations of the SEC
for Quarterly Reports on Form 10-Q and do not idelall of the information and note disclosures nexfuby U.S. generally accepted
accounting principles (U.S. GAAP) for complete fig&l statements. The Condensed Consolidated RalaBtatements should therefore be
read in conjunction with the Consolidated Finan&tdtements and Notes thereto for the fiscal yede@ December 31, 2012 included in the
Company’s Annual Report on Form 10-K.

The accompanying Condensed Consolidated FinantitdiSents have been prepared in accordance withGABP, which requires
management to make estimates and assumptiondféngttamounts reported in the Condensed Consolidaiteancial Statements and
accompanying disclosures. Although these estinatebased on management’s best knowledge of ciavents and actions that the
Company may undertake in the future, actual resudtg be different from those estimates. The Conglé@onsolidated Financial Statements
reflect all adjustments of a normal, recurring natilnat are, in the opinion of management, necg$san fair presentation of results for these
interim periods. The results of operations forttiree and nine months ended September 30, 20k®anecessarily indicative of the results
that may be expected for the fiscal year endingebdxer 31, 2013.

The Company has evaluated events and transactibssguent to the balance sheet date. Based osvtlisation, the Company is not
aware of any events or transactions that occumrbdexjuent to the balance sheet date but priolirig this Quarterly Report on Form 10-Q
that would require recognition or disclosure in @@endensed Consolidated Financial Statements, efaefne transaction in Note 20.
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BIOMARIN PHARMACEUTICAL INC.

NOTES TO CONDENSED CONSOLIDATED FINANCIAL STATEMENT S — (Continued)
(In thousands of U.S. dollars, except per share amats or as otherwise disclosed)

(3) SIGNIFICANT ACCOUNTING POLICIES

Except for the clarification of the Company’s inteny policy below, there have been no material gearto the Company’s significant
accounting policies during the nine months endque®eber 30, 2013, as compared to the significactatting policies disclosed in Note 3
of the Consolidated Financial Statements in the @amg’'s Annual Report on Form 10-K for the year ehBecember 31, 2012.

Inventory

The Company values inventory at the lower of costai realizable value and determines the costwafritory using the average-cost
method. Inventories consist of currently marketeatipcts and may contain certain products awaitiggiiatory approval. In evaluating the
recoverability of inventories produced in prepamatior product launches, the Company considertikbihood that revenue will be obtained
from the future sale of the related inventory tbgetwith the status of the product within the regoity approval process.

The Company analyzes its inventory levels quartenig writes down inventory that has become obsobeteas a cost basis in excess of
its expected net realizable value and inventonnttias in excess of expected requirements. Inyapglthe lower of cost or net realizable
value to pre-launch inventory, the Company estisateange of likely commercial prices based onataparable commercial products.
Expired inventory is disposed of and the relatesisare recognized as Cost of Sales in the Condé&wmesolidated Statements of
Comprehensive Loss.

Inventories Produced in Preparation for Product Launches

The Company capitalizes inventories produced ipamation for product launches sufficient to supgstimated initial market demand.
Typically, capitalization of such inventory begiwhen positive results have been obtained for timécel trials that the Company believes are
necessary to support regulatory approval, uncéigainegarding ultimate regulatory approval havenbgignificantly reduced and the
Company has determined it is probable that thegitati@ed costs will provide some future economénéfit in excess of capitalized costs.
The material factors considered by the Companyaiuating these uncertainties include the receaigtanalysis of positive Phase 3 clinical
trial results for the underlying product candidagssults from meetings with the relevant regulaguthorities prior to the filing of regulatory
applications, and the compilation of the regulatapplication. The Company closely monitors theustatf each respective product within the
regulatory approval process, including all relevarnhmunication with regulatory authorities. The Quamy also considers its historical
experience with manufacturing and commercializiingjlar products and the relevant product candididtine Company is aware of any
specific material risks or contingencies other ttt@normal regulatory review and approval procedsthere are any specific issues
identified relating to safety, efficacy, manufadabgy, marketing or labeling, the related inventorguld generally not be capitalized.

For inventories that are capitalized in preparatibproduct launch, anticipated future sales, etgrbapproval date and shelf lives are
evaluated in assessing realizability. The shedfdif a product is determined as part of the regofeapproval process; however in evaluating
whether to capitalize pre-launch inventory produtitosts, the Company considers the product dtaldita of all of the pre-approval
production to date to determine whether there éxjadte expected shelf life for the capitalizedlptech production costs.

Reclassifications

Certain items in the Company’s prior year Conder@ensolidated Financial Statements have been sifitasto conform to the current
presentation.
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BIOMARIN PHARMACEUTICAL INC.

NOTES TO CONDENSED CONSOLIDATED FINANCIAL STATEMENT S — (Continued)
(In thousands of U.S. dollars, except per share amats or as otherwise disclosed)

(4) RECENT ACCOUNTING PRONOUNCEMENTS

Except for Financial Accounting Standards Board $BA Accounting Standards Update 2013-02 (ASU 23Reporting of Amounts
Reclassified Out of Accumulated Other Comprehensiv@ne there have been no new accounting pronouncementsoges to accounting
pronouncements during the period ended Septemh&033, as compared to the recent accounting pra@ments described in the
Company’s Annual Report on Form 10-K for the yeaded December 31, 2012, that are of significangeotential significance to the
Company. ASU 2013-02 requires an entity to presgher on the face of the financial statements wilmrome is presented or in the notes to
the financial statements, significant amounts sifeed out of accumulated other comprehensivenreby the respective line items of net
income. See Note 17 to these Condensed Consolifatadcial Statements for the expanded discloswmsired by ASU 2013-02.

(5) ACQUISITION OF ZACHARON PHARMACEUTICALS, INC.

On January 4, 2013, the Company entered into aenagyeement with Zacharon Pharmaceuticals, lraxh{@ron), a private
biotechnology company focused on developing smalkpules targeting pathways of glycan and glycdlipietabolism for a total purchase
price of $11.5 million.

In connection with its acquisition of Zacharon, B@mpany made an upfront payment of $9.7 millionash to the Zacharon
stockholders for all of the outstanding common IstoicZacharon, net of transaction costs of $0.8ionilpaid on behalf of the Zacharon
stockholders. The Company also agreed to pay thkatan stockholders additional consideration interiperiods of up to $134.0 million
(undiscounted) in milestone payments if certainicél, development and sales milestones are metfdihvalue of the contingent acquisition
consideration payments was $1.9 million and wasneséd by applying a probability-based income apphoutilizing an appropriate discount
rate. This estimation was based on significanttisthiat are not observable in the market, refeieas Level 3 inputs. Key assumptions
included a discount rate of 4.7% and various proibafactors. The range of outcomes and assumpticsed to develop these estimates have
been updated to estimate the fair value of theicgant consideration payable as of September 3[B.28ee Note 14 to these Condensed
Consolidated Financial Statements for additionstasion regarding fair value measurements ofdhéngent acquisition consideration
payable.

The following table presents the final allocatidrthe purchase consideration for the Zacharon atépn, including the contingent
acquisition consideration payable, based on fdirezar he final allocation includes an adjustmengoodwill and the deferred tax assets of
approximately $0.7 million resulting from the fifzdtion of Zacharon’s tax returns.

Cash and cash equivale $ 56C
Other current asse 21€
Property, plant and equipme 39¢
Acquired deferred tax asst 2,62¢
Other asset 38
Intangible asse—In Process Research & Development (IPR¢ 11,68(
Total identifiable assets acquir $15,51"
Accounts payable and accrued expel $(1,187)
Debt assume (1,319
Deferred tax liability 4,21
Total liabilities assume $(6,717)
Net identifiable assets acquir $ 8,80¢
Goodwill 2,71¢
Net assets acquire $11,52(

A substantial portion of the assets acquired ctesisf intangible assets related to Zacharon’s SENS assay. The Company
determined that the estimated acquisition-datevidine of the intangible assets related to the SENG assay was $11.7 million.
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BIOMARIN PHARMACEUTICAL INC.
NOTES TO CONDENSED CONSOLIDATED FINANCIAL STATEMENT S — (Continued)
(In thousands of U.S. dollars, except per share amats or as otherwise disclosed)

The $2.6 million of deferred tax assets resultirmgnf the acquisition was primarily related to fedarsd state net operating loss and tax
credit carryforwards. The $4.2 million of defertad liabilities relates to the tax impact of fut@eortization or possible impairments
associated with the identified intangible assetpiaed, which are not deductible for tax purposes.

The excess of the consideration transferred owefain values assigned to the assets acquiredaitities assumed was $2.7 million,
which represents the amount of goodwill resultiragf the acquisition. The Company believes thagtedwill primarily represents synerg
expected from the acquisition and other benefis do not qualify for separate recognition as a@glintangible assets. None of the goodwiill
is expected to be deductible for income tax purposbe Company recorded the goodwill in the Com{sa@pndensed Consolidated Balance
Sheet as of the acquisition date.

Zacharon’s results of operations prior to and stheeacquisition date are insignificant to the Camyps Condensed Consolidated
Financial Statements.

See Note 8 to these Condensed Consolidated Fin&tataments for further discussion of the acquinéahgible assets.
(6) INVESTMENTS
All investments were classified as available-fdes#t September 30, 2013 and December 31, 2012.

The amortized cost, gross unrealized holding gaingsses, and fair value of the Company’s avagldbt-sale securities by major
security type at September 30, 2013 were as follows

Gross Gross

Amortized Unrealized Unrealized

Cost Holding Gains Holding Losse: Fair Value

Certificates of deposit $ 45,53( $ 3 $ 0 $ 45,53:
Corporate debt securitis 218,76 231 (256) 218,74:
Corporate equity securitie 3,00( 17,33: 0 20,33:
Commercial pape 52,18: 38 0 52,22(
U.S. Government agency securit 8,90( 1 0 8,901
Greek governme-issued bond 51 77 0 12¢
Total $328,43( $ 17,68 $ (25€) $345,85'

The amortized cost, gross unrealized holding gairesses, and fair value of the Company’s avadldbt-sale securities by major
security type at December 31, 2012 were as follows:

Gross Gross
Amortized Unrealized Unrealized

Cost Holding Gains Holding Losse: Fair Value

Certificates of deposit $ 48,74: $ 14 $ (1) $ 48,75¢
Corporate debt securiti 316,70¢ 40z (217) 316,90(
Corporate equity securitie 3,00( 0 (67) 2,93:
U.S. Government agency securit 17,51: 5 0 17,51%
Greek governme-issued bond 48 52 0 10C
Total $386,01( $ 47% $ (279 $386,20:-

9
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BIOMARIN PHARMACEUTICAL INC.

NOTES TO CONDENSED CONSOLIDATED FINANCIAL STATEMENT S — (Continued)
(In thousands of U.S. dollars, except per share amats or as otherwise disclosed)

The fair values of available-for-sale securitiescontractual maturity at September 30, 2013 anceBéer 31, 2012 were as follows:

September 3C December 31

2013 2012
Maturing in one year or less $ 198,08 $ 270,21:
Maturing after one year through two ye 147,77: 115,99
Total $ 345,85 $ 386,20«

Impairment assessments are made at the individaartity level each reporting period. When the vailue of an investment is less than
its cost at the balance sheet date, a determinigtimade as to whether the impairment is other-teerporary and, if it is other-than-
temporary, an impairment loss is recognized iniegsmequal to the difference between the investimamortized cost and fair value at such
date. As of September 30, 2013, some of the Compamyestments were in an unrealized loss posititmwvever, none of the underlying
investments has been in a continuous loss poddiayer than twelve months, and no other-than-tearyampairment is deemed to have
occurred.

See Note 14 to these Condensed Consolidated Fat&tatements for additional discussion regardimgfair value of the Company’s
available-for-sale securities.

(7) GOODWILL

Goodwill is tested for impairment on an annual basid between annual tests if the Company becowsr® &f any events occurring or
changes in the circumstances that would indicagglaction in the fair value of the goodwill belots carrying amount.

The following table represents the changes in gdlbttw the nine months ended September 30, 2013:

Balance at December 31, 20 $51,54:
Addition of goodwill related to the acquisition Bécharor 2,71t
Balance at September 30, 2( $54,25¢

(8) INTANGIBLE ASSETS
Intangible assets consisted of the following:

September 3C December 31
2013 2012

Intangible asset:
Finite-lived intangible asse $ 118,24. $ 118,24.
Indefinite-lived intangible asse 74,43( 63,68¢
Gross intangible asse! 192,67. 181,93:
Less: Accumulated amortizatic (26,887 (18,95)
Net carrying valut $ 165,79: $ 162,98

Indefinite-Lived Intangible Assets

Indefinite-lived intangible assets consist of IPR&Bsets related to both early and late stage predndidates purchased in the
acquisitions of Huxley Pharmaceuticals Inc. (Hux/&EAD Therapeutics, Inc. (LEAD), ZyStor Therapiest Inc. (ZyStor) and Zacharon.

Intangible assets related to IPR&D assets are deresil to be indefinite-lived until the completion o

10



Table of Contents

BIOMARIN PHARMACEUTICAL INC.
NOTES TO CONDENSED CONSOLIDATED FINANCIAL STATEMENT S — (Continued)
(In thousands of U.S. dollars, except per share amats or as otherwise disclosed)

abandonment of the associated research and devetb@ifiorts. During the period the assets are densd indefinite-lived, they will not be
amortized but will be tested for impairment on anwaal basis and between annual tests if the Comipacgymes aware of any events
occurring or changes in circumstances that woulitate a reduction in the fair value of the IPR&E@ts below their respective carrying
amounts.

See Note 6 to the Consolidated Financial Statemedlisded in the Company’s Annual Report on FornKlfaor the year ended
December 31, 2012, for additional information retato the Company’s intangible assets.

(9) PROPERTY, PLANT AND EQUIPMENT
Property, plant and equipment, net consisted ofdhewing:

September 3C December 31

2013 2012
Leasehold improvements $ 67,08 $ 65,91¢
Building and improvement 154,47¢ 144,701
Manufacturing and laboratory equipmi 88,86¢ 79,91t
Computer hardware and softwz 63,16« 56,01:
Furniture and equipme 12,15: 11,14
Land 11,60¢ 11,60¢
Constructior~in-progress 64,75¢ 64,30(
462,10° 433,59
Less: Accumulated depreciati (176,449 (149,12)
Total property, plant and equipment, $ 285,66: $ 284,47.

Depreciation expense for the three and nine magded September 30, 2013 was $9.2 million and $21l®n, respectively, of whic
$2.8 million and $8.2 million was capitalized intventory, respectively. Depreciation expense lierthree and nine months ended
September 30, 2012 was $8.9 million and $25.7 omi)lrespectively, of which $2.5 million and $4.7lmh was capitalized into inventory,
respectively.

Capitalized interest related to the Companyfoperty, plant and equipment purchases forttteetand nine months ended Septembe
2013 and 2012 was insignificant.

(10) INVENTORY
Inventory consisted of the following:

September 3C December 31

2013 2012
Raw materials $ 15,35( $ 11,94:
Work-in-process 80,99¢ 71,44
Finished good 52,33¢ 45,30¢
Total inventory $ 148,68« $ 128,69!

Inventory as of September 30, 2013 and Decembe2®L included $32.7 million and $0, respectivelyyimizim raw materials and
work-in-progress related to the pre-launch Vimizimanufacturing campaign. The Company believes thataterial uncertainties related to
the ultimate regulatory approval of Vimizim for comarcial sale have been significantly reduced basegositive data from Phase 3 clinical
trial results, successful pre-filing meetings wiitle Food and Drug Administration (FDA) for the Riglcs License Application (BLA), the
filing of the BLA with the FDA in the first quartesf 2013, and the filing of the Marketing Authoria Application (MAA) filed with the
European Medicines Agency (EMA) in April 2013. ta evaluation, the Company also considered itetiistl experience with developing
and commercially producing similar products.

Inventory as of September 30, 2013 and Decembe2®2, also included $2.2 million and $12.0 million,
11
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respectively, of product manufactured using cenpmotess and specification changes that have noegeived regulatory approval. Although
a product may have been approved by a regulat@yag the process and specification changes mashal approved before product
produced with the alternate processes and spdaifisacan be sold commercially.

The Company expects to receive regulatory appravdlhas determined that it is probable that the 2oy will realize the future
economic benefit associated with the costs of tiresmntories through future sales.

(11) SUPPLEMENTAL BALANCE SHEET INFORMATION
Accounts payable and accrued liabilities consisfetthe following:

September 3C December 31
2013 2012

Accounts payable $ 15,63 $ 23,99
Accrued accounts payak 58,66¢ 43,15¢
Accrued vacation expen 9,711 8,40:
Accrued compensation exper 28,57« 27,53(
Accrued royalties payab 5,27¢ 4,991
Accrued rebates payak 10,147 9,62°¢
Other accrued operating expen 1,891 6,17¢
Current portion of nonqualified deferred compermatiability 1,55¢ 6,44(
Value added taxes payat 4,24( 2,072
Current portion of contingent acquisition considierapayable 26,53¢ 10,76¢
Other 5,397 3,91¢
Total accounts payable and accrued liabili $ 167,63 $ 147,06¢

(12) DERIVATIVE INSTRUMENTS AND HEDGING STRATEGIES
Foreign Currency Exchange Rate Exposure

The Company uses forward foreign currency exchaogéracts to hedge certain operational exposusestireg from changes in foreic
currency exchange rates. Such exposures resultfostions of the Company’s forecasted revenuesopedating expenses being
denominated in currencies other than the U.S. dgdtamarily the Euro and Brazilian Real, respeetyv

The Company designates certain of these forwarlddgorcurrency exchange contracts as hedging insttsrand enters into some
forward foreign currency exchange contracts thatcansidered to be economic hedges that are nigindésd as hedging instruments.
Whether designated or undesignated, these forveaeijh currency exchange contracts protect agtiesteduction in value of forecasted
foreign currency cash flows resulting from Naglaeyproduct revenues, Aldurazyme royalty revenuestaijng expenses and net asset or
liability positions designated in currencies ottiean the U.S. dollar. The fair values of forwardefign currency exchange contracts are
estimated using current exchange rates and intextest, and take into consideration the currerdiwverthiness of the counterparties or the
Company, as applicable. Details of the specifitrimaents used by the Company to hedge its expasdogeign currency exchange rate
fluctuations are discussed below. See Note 14dsetiCondensed Consolidated Financial Statemengslffitional discussion regarding the
fair value of forward foreign currency exchangetcacts.

At September 30, 2013, the Company had 58 forwamldn currency exchange contracts outstandinglt@gotal of 57.1 million
Euros with expiration dates ranging from OctoberZ113 through December 31, 2014. These hedgesemézeed into in order to protect
against the fluctuations in revenue associated Bitto denominated Naglazyme and Aldurazyme sales.Company has formally designe
these forward foreign currency exchange contrastsaah flow hedges and expects them to be higfdgtefe within the meaning of FASB
Accounting Standards Codification (ASC) Subtopi&-8D, Derivatives and Hedging-Cash Flow Hedgeesoffsetting fluctuations in revenu
denominated in Euros and operating expenses deatediin the Brazilian Real related to changesiigifm currency exchange rates.

12
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The Company also enters into forward foreign curyeexchange contracts that are not designateddzgelhdor accounting purposes.
The changes in fair value of these forward foraigrmency exchange contracts are included as ap&elling, General and Administrative
expense in the Condensed Consolidated Stateme@@noprehensive Loss. At September 30, 2013, sepfioah the 58 contracts discussed
above, the Company had one outstanding forwardgiomrrency exchange contract to sell 28.1 milkamos, which was not designated as a
hedge for accounting purposes and which will matur®ctober 31, 2013.

The maximum length of time over which the Compankedging its exposure to the reduction in valuldcasted foreign currency
cash flows through forward foreign currency exclenogntracts is through December 31, 2014. Ovendixétwelve months, the Company
expects to reclassify $2.0 million from accumuladéider comprehensive income to earnings as thedsted revenue transactions and
operating expenses occur.

The fair value carrying amounts of the Company'svagive instruments were as follows:

Asset Derivatives Liability Derivatives
September 30, 2013 September 30, 2013
Balance Sheet Locatior Fair Value Balance Sheet Locatior Fair Value

Derivatives designated as hedging instrument:
Accounts payable al

Forward foreign currency exchange contr: Other current asse  $ 0 accrued liabilite $ 1,67¢
Forward foreign currency exchange contracts
Other long
Other asse 0 term liabilities 131
Total $ 0 $ 1,80¢
Derivatives not designated as hedging instrument:
Forward foreign currency exchange contracts Accounts payable al
Other current asse ~ $ 0 accrued liabilite $  14¢€
Total 0 14€
Total value of derivative contrac $ 0 $ 1,951
Asset Derivatives Liability Derivatives
December 31, 201, December 31, 201,
Balance Sheet Locatior Fair Value Balance Sheet Locatior Fair Value
Derivatives designated as hedging instruments:
Forward foreign currency exchange contracts Accounts payable al
Other currentasse  $ 1,46: accrued liabilite  $ 1,07¢
Forward foreign currency exchange contracts
Other long
Other asse 0 term liabilities 36€
Total $ 1,46: $ 1,44¢
Derivatives not designated as hedging instrument:
Accounts payable al
Forward foreign currency exchange contr: Other current asse  $ 84 accrued liabilite  $ 0
Total 84 0
Total value of derivative contrac $ 1,54i $ 1,44¢

The effect of the Company’s derivative instrumemghe Condensed Consolidated Financial Statenfiremtise three and nine months
ended September 30, 2013 and 2012 was as follows:

Forward Foreign Currency Exchange Contracts
Three Months Ended September 3C Nine Months Ended September 3C
2013 2012 2013 2012

Derivatives Designated as Hedging Instruments
Net gain (loss) recognized in Other Comprehensive
Income (OCI) (1) $ (3,177) $ (3959 $ (1,919 $ (4,610
Net gain reclassified from accumulated OCI into



income (2) 10z 2,36¢ 96¢ 4,91¢

Net gain recognized in income ( 1C 21¢ 214 753
Derivatives Not Designated as Hedging Instruments:
Net gain (loss) recognized in income $ (1,437) $ (1,38 $ (1,129 $ 1,28¢

13
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(1) Net change in the fair value of the effective pmrtclassified as OC

(2) Effective portion classified as net product revet

(3) Ineffective portion and amount excluded from effemess testing classified as selling, generaleaimdinistrative expens
(4) Classified as selling, general and administratiigease

At September 30, 2013 and December 31, 2012, adatedwther comprehensive income before taxes iadsdavith forward foreign
currency exchange contracts qualifying for hedgmanting treatment were losses of $2.1 million 88 million, respectively.

The Company is exposed to counterparty creditarskll of its derivative financial instruments. TBempany has established and
maintained strict counterparty credit guidelined anters into hedges only with financial institagahat are investment grade or better to
minimize the Company’s exposure to potential desadlhe Company does not require collateral toledged under these agreements.

(13) CONVERTIBLE DEBT

In April 2007, the Company sold approximately $22#hillion of senior subordinated convertible nodes in April 2017 (the 2017
Notes), of which $78.3 million remains outstandaigeptember 30, 2013. The debt was issued avédae and bears interest at the rat
1.875% per annum, payable semi-annually in cast.dEbt is convertible, at the option of the hold¢@ny time prior to maturity or
redemption, into shares of the Company’s commocksdb a conversion price of approximately $20.36gbare, subject to adjustment in
certain circumstances. The debt does not incluchdl grovision and the Company is unable to unikdte redeem the debt prior to maturity
April 23, 2017. The Company also must repay the debere is a qualifying change in control ormtgnation of trading of its common stock.
If a change of control occurs, the Company will paypake whole premium by increasing the convensitaapplicable to the notes.

In connection with the placement of the 2017 Nates,Company paid approximately $8.5 million inesfiig costs, which have been
deferred and are included in other assets. Theréefeffering costs are being amortized as interegense over the life of the debt. The
Company recognized amortization expense of $0.llomiand $0.3 million for the three and nine monghsled September 30, 2013,
compared to $0.2 million and $0.6 million for thede and nine months ended September 30, 2012 ctesgy.

In August 2013, the Company entered into sepagreeaents with three of the existing holders 02847 Notes pursuant to which
such holders converted $31.5 million in aggregaitecjpal amount of the 2017 Notes into 1,547,628rek of the Company’s common stock.
In addition to issuing the requisite number of slsasf the Company’s common stock pursuant to ti& Abtes, the Company also made
varying cash payments to each of the holders,ingt&l1.9 million in the aggregate, of which $1.7limn was recognized in total as Debt
Conversion Expense on the Condensed Consolidasgen®tnt of Comprehensive Loss for the three anelmionths ended September 30,
2013 and $0.2 million was for accrued interest. iiddally, the Company reclassified $0.3 millionaéferred offering costs to additional
paid-in capital in connection with the conversidrh® 2017 Notes.

In March 2013, the Company entered into separateatents with 13 of the existing holders of its 20Ibtes pursuant to which such
holders converted $215.0 million in aggregate ppalcamount of the 2017 Notes into 10,560,164 shaféhe Company’s common stock. In
addition to issuing the requisite number of shafdhe Company’s common stock pursuant to the 20dtés, the Company also made
varying cash payments to each of the holders,ingt&12.0 million in the aggregate, of which $1fh#lion was recognized in total as Debt
Conversion Expense on the Condensed Consolidas¢enstnt of Comprehensive Loss for the nine momnildee September 30, 2013 and
$1.6 million was for accrued interest. Additionalfize Company reclassified $2.3 million of deferoéfiring costs to additional paid-in
capital in connection with the conversion of thd 2WNotes.

In March 2006, the Company sold $172.5 million efier subordinated convertible notes due in Mai@h32(the 2013 Notes), which
fully matured on March 29, 2013. The debt was idsatface value and bore interest at the ratem8bhzer annum, payable semi-annually in
cash. The debt was convertible, at the option @hiblder, at any time prior to maturity or rederaptiinto shares of the Company’s common
stock at a conversion price of
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approximately $16.58 per share, subject to adjustinecertain circumstances. The debt did not idela call provision and the Company \
unable to unilaterally redeem the debt prior tourigt on March 29, 2013. Upon maturity of the remiag convertible notes outstanding in
March 2013, the Company issued the requisite 17883shares of common stock pursuant to the 2018Notthe bond holders, in exchange
for $23.3 million in aggregate principal and paitedond holder the par value at maturity in catdlitay $98.

The Company'’s total fixed rate convertible debtstariding was as follows:

September 30, 201 December 31, 201
Fixed rate convertible debt on balance sheet $ 78,31( $ 348,22
Fair value of fixed rate convertible de $ 280,38 $ 811,79¢

The fair value of the Company’s fixed rate con\setidebt is based on open market trades and isifidgisas Level 1 in the fair value
hierarchy.

Interest expense on the Company’s convertible fbelihe three and nine months ended Septemberdd@ ®as $0.5 million and $2.5
million, respectively, compared to $1.7 million a8.0 million for the three months and nine morehded September 30, 2012, respectively.
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(14) FAIR VALUE MEASUREMENTS

The Company measures certain financial assetsaitities at fair value on a recurring basis, urdihg available-for-sale fixed income
securities and foreign currency derivatives. Thietmbelow present the fair value of these findragaets and liabilities determined using the
following input levels.

Fair Value Measurements at September 30, 20!
Quoted Price ir

. Significant
Active Significant Other Unobservable
Markets Observable Inputs
for Identical
Assets Inputs
(Level 1) (Level 2) (Level 3) Total
Assets:
Cash and cash equivaler
Overnight deposit $ 170,71 $ 0 $ 0 $170,71°
Money market instrumen 0 10,84¢ 0 10,84¢
Total cash and cash equivale $ 170,71 $ 10,84¢ $ 0 $181,56!
Available-for-sale securities
Shor-term:
Certificates of depos $ 0 $ 31,06: $ 0 $ 31,06
Corporate debt securitis 0 94,47: 0 94,47:
Corporate equity securiti¢ 0 20,33 0 20,33
Commercial pape 0 52,22( 0] 52,22(
Long-term:
Certificates of depos 0 14,47: 0] 14,47
Corporate debt securitis 0 124,271 0 124,27(
U.S. Government agency securit 0 8,901 0] 8,901
Greek governme-issued bond 0 12¢ 0 12¢
Total availabl-for-sale securitie $ 0 $ 345,85 $ 0 $345,85
Other Current Asset
Nongqualified Deferred Compensation Plan as $ 0 $ 49 $ 0] $ 49
Restricted investments ( 0 2,52¢ 0 2,52¢
Total other current asse $ 0 $ 2,571 $ 0 $ 2,57
Other Assets
Nongqualified Deferred Compensation Plan as $ 0 $ 3,35( $ 0 $ 3,35(
Restricted investments ( 0 1,48¢ 0 1,48¢
Total other asse $ 0 $ 4,83¢ $ 0 $ 4,83¢
Total asset $ 170,17: $ 364,12: $ 0 $534,83¢
Liabilities:
Current Liabilities:
Nongqualified Deferred Compensation Plan liabi $ 1,51¢( $ 49 $ 0 $ 1,65¢
Forward foreign currency exchange contract liapf(i) 0 1,82( 0 1,82(
Contingent acquisition consideration paye 0 0 26,53¢ 26,53¢
Total current liabilities $ 1,51( $ 1,86¢ $  26,53¢ $ 29,91¢
Other lon¢-term liabilities:
Nongqualified Deferred Compensation Plan liabi $  12,46¢ $ 3,35( $ 0 $ 15,81¢
Forward foreign currency exchange contract liapf(it) 0 131 0 131
Contingent acquisition consideration paye 0 0 26,50( 26,50(
Asset retirement obligatic 0 0 4,01¢ 4,01¢
Total other lon-term liabilities $  12,46¢ $ 3,481 $ 30,51« $ 46,46!
Total liabilities $ 13,97¢ $ 5,35( $ 57,05( $ 76,37¢
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Fair Value Measurements at December 31, 20:
Quoted Price ir

Active Markets Significant

Significant Other Unobservable
. Observable Inputs
for Identical
Assets Inputs
(Level 1) (Level 2) (Level 3) Total
Assets:
Cash and cash equivaler
Overnight deposit $ 54,01¢ $ 0 $ 0] $ 54,01¢
Money market instrumen 0 126,50¢ 0 126,50¢
Total cash and cash equivale $  54,01¢ $ 126,50¢ $ 0 $180,52°
Available-for-sale securities
Shor-term:
Certificates of depos $ 0 $ 36,61¢ $ 0 $ 36,61¢
Corporate debt securitis 0 222,14 0] 222,14
Corporate equity securitie 0 2,93: 0 2,93:
U.S. Government agency securit 0 8,51¢ 0] 8,51¢
Long-term:
Certificates of depos 0 12,13¢ 0] 12,13¢
Corporate debt securiti 0 94,75 0 94,75¢
U.S. Government agency securit 0 9,001 0 9,001
Greek governme-issued bond 0 10C 0 10C
Total availabl-for-sale securitie $ 0 $ 386,20« $ 0 $386,20:
Other Current Asset
Nonqualified Deferred Compensation Plan as $ 0 $ 2,052 $ 0] $ 2,05:
Forward foreign currency exchange contract asg¢ 0 1,545 0 1,54
Restricted investments ( 0 2,24: 0 2,24:
Total other current asse $ 0 $ 5,84 $ 0 $ 5,84
Other Assets
Nongualified Deferred Compensation Plan as $ 0 $ 2,37¢ $ 0] $ 2,37¢
Restricted investments ( 0 3,492 0 3,492
Total other asse $ 0 $ 5,867 $ 0 $ 5,86
Total asset $ 54,01¢ $ 524,42 $ 0 $578,44(
Liabilities:
Current Liabilities:
Nonqualified Deferred Compensation Plan liabi $ 6,44( $ 0 $ 0] $ 6,44(
Forward foreign currency exchange contract liapilit) 0 1,07¢ 0] 1,07¢
Contingent acquisition consideration paye 0 0 10,76 10,76¢
Asset retirement obligatic 0 0 1,68t 1,68t
Total current liabilities $ 6,44( $ 1,07¢ $ 12,44¢ $ 19,967
Other lon¢-term liabilities:
Nonqualified Deferred Compensation Plan liabi $ 5,041 $ 4,42 $ 0] $ 9,46¢
Forward foreign currency exchange contract liapilit) 0 36¢ 0] 36¢
Contingent acquisition consideration paye 0 0 30,61¢ 30,61¢
Asset retirement obligatic 0 0 2,192 2,192
Total other lon-term liabilities $ 5,041 $ 4,79¢ $ 32,81( $ 42,64¢
Total liabilities $ 11,48 $ 5,87¢ $ 45,25¢ $ 62,61:

(1) See Note 12 to these Condensed Consolidated Fai&@teiements for further information regarding deeeivative instrument:
(2) The restricted investments secure the Compamg'socable standby letter of credit obtainedanmection with the Company’s new
corporate facility lease agreements and certaimoercial agreement
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There were no transfers between levels duringhifeetand nine months ended September 30, 2013.

The Company’s Level 2 securities are valued ugiirgl{party pricing sources. The pricing servicelagt industry standard valuation
models, including both income and market-basedagmgtres, for which all significant inputs are obsbie, either directly or indirectly, to
estimate fair value. These inputs include repoitades of and broker/dealer quotes on the samiendassecurities, issuer credit spreads,
benchmark securities, prepayment/default projestlmsed on historical data and other observabigsnp

The Company validates the prices provided by itsltparty pricing services by understanding the aisdised, obtaining market values
from other pricing sources, analyzing pricing dataertain instances and confirming those securiti@ded in active markets. Due to the
continued volatility associated with market coratis in Greece and reduced trading activity inatgeseign debt, the Company classified its
Greek government-issued bonds as Level 2 on Septedh 2013 and December 31 2012. See Note 6 $e thendensed Consolidated
Financial Statements for further information regagdhe Company’s financial instruments.

Liabilities measured at fair value using Level Buts were comprised of contingent acquisition adersition payable and asset
retirement obligations.

The Company’s contingent acquisition consideragiapable is estimated using a probability-basednrecapproach utilizing an
appropriate discount rate. Key assumptions usaddyagement to estimate the fair value of contingequisition consideration payable
include estimated probabilities, the estimatedngrf when a milestone may be attained and assdisedunt periods and rates. Subsequent
changes in the fair value of the contingent actjaisiconsideration payable, resulting from managafseevision of key assumptions, will
recorded in Intangible Asset Amortization and Cogéint Consideration on the Condensed ConsoliddtdrSents of Comprehensive Loss.

Contingent acquisition consideration payable atdbawer 31, 201 $41,38:
Changes in the fair value of the contingent actjaisiconsideration
payable 9,81¢
Addition of contingent consideration payable redatie the Zacharon
acquisition 1,851
Milestone payment to former LEAD sharehold (19
Contingent acquisition consideration payable at&aper 30, 201 $53,03¢

Under certain of the Company’s lease agreemergsCtmpany is contractually obligated to returndebspace to its original condition
upon termination of the lease agreement. The Coynpanords an asset retirement obligation liabéity a corresponding capital asset in an
amount equal to the estimated fair value of thégakibn when estimable. In subsequent periodseéoh such lease, the Company records
interest expense to accrete the asset retiremégatibn liability to full value and depreciatesobecapitalized asset retirement obligation
asset, both over the term of the associated legsement. The Company’s asset retirement obligaticere $4.0 million at September 30,
2013 and $3.9 million at December 31, 2012.

The Company acquired intangible assets as a mefsudirious business acquisitions. The estimated/idie of these long-lived assets
was measured using Level 3 inputs as of the adiuigiate.

(15) STOCK-BASED COMPENSATION

On May 8, 2012, the Company’s Board of Directorgraped the BioMarin Pharmaceutical Inc. 2012 Indoert Plan (the 2012
Inducement Plan), which provided for grants of @@$50,000 share-based awards to new employeeslinglgrants of restricted stock units
and grants of options to purchase common stoclkpata equal to the fair market value of such shafbe awards granted under the 2012
Inducement Plan are substantially similar to thgreated under the Company’s 2006 Share Incentie & amended and restated on
March 22, 2010 and as further amended on May 153 Zthe 2006 Share Incentive Plan). The 2012 Inchece Plan expired in May 2013 ¢
no further awards will be made under the plan.
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In addition to the 2012 Inducement Plan, the Comizastock-based compensation plans include the Bb@8e Incentive Plan and the
Employee Stock Purchase Plan (the ESPP). The Caonspstockbased compensation plans are administered by thgp&uasation Committe
of the Board of Directors, which selects personeteive awards and determines the number of shalgsct to each award and the terms,
conditions, performance measures and other pragsid the award. See Note 13 to the Consolidatedri€ial Statements included in the
Company’s Annual Report on Form 10-K for the yaaaledd December 31, 2012, for additional informatiglated to these stock-based
compensation plans.

Determining the Fair Value of Stock Options and Stock Purchase Rights

The fair value of each option award is estimatedhendate of grant using the Black-Scholes valuatimdel and the assumptions noted
in the tables below. The expected life of optianbased on observed historical exercise pattemwsipS of employees that have similar
historical exercise patterns were considered seggatfar valuation purposes, but none were idegdifihat had distinctly different exercise
patterns as of September 30, 2013. The expectatilitplof stock options is based upon the weighdedrage of the historical volatility of the
Company’s common stock and the implied volatiliffraded options on the Company’s common stocKisoal periods in which there is
sufficient trading volume in options on the Compargommon stock. The risk-free interest rate issblasn the implied yield on a
U.S. Treasury zero-coupon issue with a remaining exjual to the expected term of the option. Theddnd yield reflects that the Company
has not paid any cash dividends since inceptiondaed not intend to pay any cash dividends indheskeable future. The assumptions used
to estimate the per share fair value of stock mgtigranted under the 2012 Inducement Plan andob@ Share Incentive Plan were as
follows:

Three Months Ended September 3C Nine Months Ended September 3C

2013 2012 2013 2012
Expected volatility 44% 46% 44— 45% 45-46%
Dividend yield 0.0% 0.0% 0.0% 0.0%
Expected life 6.8 years 6.5 year: 6.€-6.8 years 6.5 year:
Risk-free interest rat 2.2% 0.9% 1.0-2.4% 0.8-1.1%

During the nine months ended September 30, 20&3Cdmpany granted 2,403,722 million options witkedghted average option va
of $30.62 per option.

The Company did not grant any new stock purchageagiunder the ESPP during the three months eneletgi®ber 30, 2013.

Restricted Stock Unit Awards with Service-Based Vesting Conditions

Restricted stock units (RSUs) are generally sultgetdrfeiture if employment terminates prior teetrelease of vesting restrictions. The
Company expenses the cost of the RSUs, which ésmdéated to be the fair market value of the shafemmmon stock underlying the RSUs
at the date of grant, ratably over the period dyvitnich the vesting restrictions lapse. During iiiree months ended September 30, 2013, the
Company granted 558,231 RSUs with a weighted aeei@igmarket value of $66.74 per share.

Restricted Stock Unit Awards with Performance and Market-Based Vesting Conditions

Pursuant to the approval of the Board of Directtirs,Company granted RSU awards with performandenaarket-based vesting
conditions during 2012 and 2011 to certain exeeutifficers. As of September 30, 2013, these awamldde for a base award of 860,000
RSUs (Base RSUs), with a weighted-average graetfdatvalue of $34.66. The number of RSUs thal@potentially vest from the Base
RSUs granted is contingent upon achievement ofifspeerformance goals and will be multiplied byetfiotal Shareholder Return multiplier
which could range from 75% to 125% to determinerthmber of earned RSUs.
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Stock-based compensation expense for this awatdevilecognized over the remaining service periegiining in the period the
Company determines that achievement of strategfoqpeance goal or goals is probable. Accordingsgduse the Company’s management
has not determined that the achievement of thesgealrobable as of September 30, 2013, no compengxpense has been recognized for
these awards for the three and nine months endatér8ber 30, 2013 and 2012.

Compensation expense included in the Condensedotidated Statements of Comprehensive Loss fottatksbased compensation
arrangements was as follows:

Three Months Ended September 3C  Nine Months Ended September 3(

2013 2012 2013 2012
Cost of sales $ 1,48¢ $ 1,327 $ 3,66 $ 3,53¢
Research and developmt 7,11¢ 5,06( 18,82: 15,35
Selling, general and administrati 7,60( 5,752 19,21« 17,02:

Total stocl-based compensation expel $ 16,208 $ 12,13¢ $ 4169 $ 35,90

Stock-based compensation of $4.2 million and $3Ibom was capitalized into inventory for the ninenths ended September 30, 2013
and 2012, respectively. Capitalized stock-basedpemsation is recognized as cost of sales wherethted product is sold.

(16) NET LOSS PER COMMON SHARE

Potentially issuable shares of common stock inchig@es issuable upon the exercise of outstandimipgee stock option awards,
common stock issuable under the ESPP, unvestatttedtstock, common stock held by the Compariyonqualified Deferred Compensat
Plan and contingent issuances of common stockexktatconvertible debt. The table below presentsmiial shares of common stock that
were excluded from the computation as they weredilntive using the treasury stock method (in thands):

Three Months Ended September 3C  Nine Months Ended September 3C

2013 2012 2013 2012
Options to purchase common stock 13,42: 15,99¢ 13,42: 15,99¢
Common stock issuable under convertible ( 3,84¢ 17,37( 3,84¢ 17,37(
Unvested restricted stock un 1,23¢ 1,29; 1,18( 1,25¢
Potentially issuable common stock for ESPP purch 29C 263 282 254
Common stock held by the Nonqualified Deferred Cengation
Plan 194 23¢ 194 232
Total number of potentially issuable sha 18,98¢ 35,16! 18,92: 35,11

See Note 20 to these Condensed Consolidated Fat&tatements for additional discussion regardiotgmtial common shares
outstanding at September 30, 2013 had the issudrihe Company’s Senior Subordinated ConvertibléeNaue in October 2018 and 2020
occurred on or before September 30, 2013.
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(17) COMPREHENSIVE INCOME

The following table summarizes amounts reclassifietlof Accumulated Other Comprehensive Income/g) ¢a0OCI) and their effect
on the Company’s Condensed Consolidated StateroE@smprehensive Loss for the three and nine mogrtlled September 30, 2013.

Amount Reclassified from AOCI

(Gain)/Loss
Three Months Nine Months
Ended Ended Condensed Consolidated Statement
Details about AOCI Components September 30, 201 September 30, 201 Comprehensive Loss Classification
Gains on cash flow hedge
Forward foreign currency
exchange contrac $ (107) $ (928) Net product revenue
Forward foreign currency
exchange contrac 0 (40) Selling, general and administrat
36 34¢ Provision for income taxe
$ (65) $ (619) Net loss

The following table summarizes changes in the acdated balances for each component, of other camepigve income/(loss),
including current period other comprehensive inc@me reclassifications act of AOCI, for the ninentis ended September 30, 2013.

Unrealized
Gain/(Losses) ol

Gains/(Losses Available-for-sale Cfuorrrzlrggy
on Cash Flow Translation
Hedges Securities Adjustments Total
AOCI balance, net of tax at December 31, 2012 $ 97) $ 13z $ (239 $ (202
Other comprehensive income before

reclassification: (60€) 11,001 1,89: 12,29
Amounts reclassified from AOC (619) 0 0 (619
Net increase in other comprehensive income (| (1,22%) 11,001 1,89: 11,67t
AOCI balance, net of tax at September 30, 2 $ (1,329 $ 11,14( $ 1,65t $11,47:

(18) REVENUE AND CREDIT CONCENTRATIONS

Net Product RevenueFhe Company considers there to be revenue congentrisks for regions where net product revenuseers
ten percent of consolidated net product revenue.cbimcentration of the Company’s net product regemithin the regions below may have a
material adverse effect on the Company’s revendaasults of operations if sales in the respeatgtons experience difficulties.

The table below summarizes net product revenueectdrations based on patient location for Naglazyuwan and Firdapse and
Genzyme’s headquarters for Aldurazyme. AlthoughZgere sells Aldurazyme worldwide, the royalties earby the Company on
Genzyme’s net sales are included in the U.S. regisithe transactions are with Genzyme whose hesidgs are located in the U.S.

Three Months Ended September 3C Nine Months Ended September 3C
2013 2012 2013 2012
Region:
United State: 54% 53% 51% 50%
Europe 21% 21% 21% 22%
Latin America 8% 14% 12% 15%
Rest of world 17% 12% 16% 13%
Total net product revent 10C% 100(% 100(% 10C%
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The following table illustrates the percentagehaf tonsolidated net product revenue attributetiddompany’s four largest customers.

Three Months Ended September 3C Nine Months Ended September 3C
2013 2012 2013 2012
Customer A 15% 14% 15% 15%
Customer B (1 17% 18% 15% 15%
Customer C 4% 11% 8% 12%
Customer C 11% 9% 11% 9%
Total 47% 52% 49% 51%

(1) Genzyme is the Company’s sole customer for Addyme and is responsible for marketing and selliltyrazyme to third-parties. Net
product revenues from Genzyme are comprised oftitegan worldwide net Aldurazyme sales and incnetaleproduct transfer
revenue

The accounts receivable balances at Septembe038,&hd December 31, 2012 were comprised of amautsrom customers for net
product sales of Naglazyme, Kuvan and Firdapsefdaigrazyme product transfer and royalty revenuasa@onsolidated basis, the
Company’s two largest customers accounted for 38818% of the September 30, 2013 accounts receimtance, respectively, compared
to December 31, 2012 when the two largest custoamsunted for 51% and 13% of the accounts reckivadance, respectively. As of
September 30, 2013 and December 31, 2012, accagagivable for the Company’s largest customer lwaamcluded $28.2 million and
$32.4 million, respectively, of unbilled accounteeivable related to net incremental Aldurazymelpeb transfers to Genzyme. The
Company does not require collateral from its cugi@nbut does perform periodic credit evaluatidnssacustomers’ financial condition and
requires immediate payment in certain circumstances

The Company’s product sales to government-ownegbeernment-funded customers in certain Europeantdes, including Italy,
Spain, Portugal and Greece, are subject to payraens that are statutorily determined. Becausesthastomers are government-owned or
government-funded, the Company may be impactedebiiregs in sovereign credit ratings or sovereigiaadés in these countries. A
significant or further decline in sovereign cremitings or a default in these countries may deer#aslikelihood that the Company will
collect accounts receivable or may increase theodist rates and the length of time until receivalales collected, which could result in a
negative impact to the Company’s operating reslitboth the three and nine months ended Septe®th&013, approximately 4% of the
Company’s net product revenues were from thesetdeanAdditionally, approximately 12% of the Compé& outstanding accounts
receivable at September 30, 2013 related to sughtiges.

The following table summarizes the accounts red#é/hy country that were past due related to It&jyain, Portugal and Greece, the
number of days past due and the total allowancddabtful accounts related to each of these caemat September 30, 2013.

Days Past Due

Allowance for
Total Amount
180 —36C Doubtful
< 180 Day: Days > 360 Day: Past Due Accounts

Italy $ 0 $ 0 $ 0 $ 0 $ 0
Spain 1,92( 1,467 1,21¢ 4,60: 0
Portugal 267 0 0 267 0
Greece 0 0 35¢€ 35¢ 35¢
Total $ 2,187 $ 1,46 $ 1,57¢ $ 5,22¢ $ 35¢

The Company has not historically experienced aifsdgmt level of uncollected receivables and ha=ieed continued payments from
more aged accounts. The Company believes thatltvesaces for doubtful accounts related to thesentiies is adequate based on its
analysis of the specific business circumstancesapdctations of collection for each of the undagyaccounts in these countries.
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(19) COMMITMENTS AND CONTINGENCIES

The Company is also subject to contingent paynmteiteding approximately $438.4 million as of SeptemB0, 2013, which are due
upon achievement of certain regulatory and licemsmilestones if they occur before certain datahénfuture. Of this amount, $57.6 million
relates to programs that are no longer being deeelo

(20) SUBSEQUENT EVENT

On October 15, 2013, the Company completed aninfferf $750.0 million in aggregate principal of sarsubordinated convertible
notes consisting of $375.0 million 0.75% Senior &dinated Convertible Notes due in October 2018 2018 Notes) and $375.0 million
1.50% Senior Subordinated Convertible Notes du@dtober 2020 (the 2020 Notes and collectively tl¢el). The net proceeds from the
offering were approximately $726.4 million, aftexdilicting commissions and estimated offering expgepagable by the Company. The 2018
Notes and the 2020 Notes accrue interest at amatgs of 0.75% and 1.50%, respectively, with irdepayable semiannually in arrears
April 15 and October 15 of each year beginning @milAL5, 2014. The Notes are convertible, undetaiercircumstances, into cash, shares of
the Company’s common stock or a combination attbmpany’s election. The initial conversion rat@@s6213 shares of common stock per
$1,000 principal amount of Notes, representingitital conversion price of approximately $94.15 pemmon share.

Concurrent with the issuance of the Notes, the Gompised approximately $29.8 million of proceedsrtter into privately-negotiated
capped call transactions with respect to 50% optirecipal amount of the 2018 Notes and 50% ofgtiecipal amount of the 2020 Notes w
certain of the underwriters of the Notes or théfitiates. The capped call transactions are geheeadpected to reduce potential dilution of the
Company’s common stock upon conversion of the eeledotes in excess of the principal amount ofNb&es. The capped call transactions
have a cap price of approximately $121.05, sultgecertain adjustments under the terms of the chpp# transactions.
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Item 2. Managemen’s Discussion and Analysis of Financial Condition ahResults of Operations
Forward-Looking Statements

This Quarterly Report on Form 10-Q contains “foré+ooking statements” as defined under securiigs! Many of these statements
can be identified by the use of terminology suchbadieves,” “expects,” “anticipates,” “plans,” “rgd “will,” “projects,” “continues,”
“estimates,” “potential,” “opportunity” or the netij@e versions of these terms and other similar esgions. These forward-looking statements
may be found in ‘Overview,” of this Item 2 and other sections of this Quadyt®eport on Form 10-Q. Our actual results or egree could
differ significantly from the forward-looking stateents. Factors that could cause or contributedsedlifferences include those discussed in
“Risk Factors,” in Part Il, Item 1A of this QuargReport on Form 10-Q as well as information pd®d elsewhere in this Quarterly Report
on Form 10-Q and our Annual Report on Form 10-Ktifieryear end December 31, 2012. You should cdyefahsider that information
before you make an investment decision.

You should not place undue reliance on these tgpésrward-looking statements, which speak onlpathe date that they were made.
These forward-looking statements are based ondlef®and assumptions of our management basedfamiation currently available to
management and should be considered in connecttbrany written or oral forward-looking statemetiiat we may issue in the future as
well as other cautionary statements we have madenay make. We do not undertake any obligatiorelease publicly any revisions to thi
forward-looking statements after completion of fitiag of this Quarterly Report on Form 10-Q tolesft later events or circumstances or the
occurrence of unanticipated events.

The following discussion of our financial conditiand results of operations should be read in catijom with our Condensed
Consolidated Financial Statements and the relatéds\thereto included elsewhere in this Quartedgd®t on Form 10-Q.

Overview

We develop and commercialize innovative biopharrmaticals for serious diseases and medical conditdfesselect product candidates
for diseases and conditions that represent a ggnifunmet medical need, have well-understoodbipbnd provide an opportunity to be
first-to-market or offer a significant benefit owexisting products.

Key components of our results of operations inclingefollowing (in millions):

Three Months Ended September 3(  Nine Months Ended September 3(

2013 2012 2013 2012
Total net product revenues $ 134: % 126.2 $ 3941 $ 365.5
Cost of sale: 28.1 24.€ 71.1 65.2
Research and development expe 88.1 66.2 257.k 217.¢
Selling, general and administrative expe 61.¢ 46.2 163.t 143.1
Intangible asset amortization and contingent canrsiibn 9.€ 1.4 13.2 5.€
Net loss (53.0 (5.4) (114.9 (61.9)
Stoclk-based compensation expel 16.2 12.1 417 35.¢

See"Results of Operationsbelow for a discussion of the detailed componentsanalysis of the amounts above.

Our product portfolio is comprised of four approygdducts and multiple investigational product ddates. Our approved products are
Naglazyme (galsulfase), Kuvan (sapropterin dihydlmdde), Firdapse (amifampridine phosphate) andutdzyme (laronidase
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Naglazyme, a recombinant form of N-acetylgalactdeam-sulfatase indicated for patients with mucgpatcharidosis VI (MPS VI), a
debilitating life-threatening genetic disease fdriat no other drug treatment currently exists ahittvis caused by the deficiency of
arylsufatase B, received marketing approval inutf. in May 2005, in the EU in January 2006 andseghbently in other countries.
Naglazyme net product revenues for the three amg mionths ended September 30, 2013 totaled $68i@mand $202.5 million
respectively, compared to $62.5 million and $198iBion for the three and nine months ended Sep&r8b, 2012, respectively.

Kuvan was granted marketing approval for the treatnof phenylketonuria (PKU) in the U.S. and in Eig¢ in December 2007 and
December 2008, respectively. Our Kuvan net prodesstnues for the three and nine months ended Sbpte30, 2013 totaled $43.6 million
and $122.1 million, respectively, compared to $36ilion and $103.1 million for the three and nmenths ended September 30, 2012,
respectively.

In December 2009, the European Medicines Agencaytgdamarketing approval for Firdapse, a propriefargn of 3-4-diaminopyridine
(amifampridine phosphate), for the treatment of bartrEaton Myasthenic Syndrome (LEMS). We laundégiproduct on a country-by-
country basis in the EU beginning in April 2010rd@ipse net product revenues for each of the threé@i@me months ended September 30,
2013 totaled $4.1 million and $11.8 million, resjpesly, compared to $3.6 million and $10.8 millitor the three and nine months ended
September 30, 2012, respectively.

Aldurazyme (laronidase), which was developed itataration with Genzyme Corporation (Genzyme), eggroved in 2003 for
marketing in the U.S. and the EU and subsequemtbthier countries for patients with mucopolysaciciweis | (MPS 1). Our Aldurazyme net
product revenues for the three and nine monthsceS8dptember 30, 2013 totaled $23.4 million and B&illion, respectively, compared to
$23.8 million and $57.7 million for the three aridexmonths ended September 30, 2012.

We are conducting clinical trials on several inigegional product candidates for the treatmentasfous diseases including:

* Vimizim ™ formerly referred to as GALNS, an enzyneplacement therapy for the treatment of mucopalyisaridosis Type IV
or Morquio Syndrome Type A, a lysosomal storagerdisr;

* PECG-PAL, an enzyme substitution therapy for the treatnoé PKU;

* BMN-701, an enzyme replacement therapy for Pompe @isaagycogen storage disord

»  BMN-673, an orally available pc-ADP ribose polymerase inhibitor for the treatmeinpatients with certain cance!
* BMN-111, a peptide therapeutic for the treatment obadtoplasia, the leading cause of dwarfism:

 BMN-190 for the treatment of late infantile neurboeroid lipofuscinosis, or CLN2, lysomal storagsadder primarily affecting
the brain.

We are conducting or planning to conduct preclinitevelopment of several other enzyme product atatds for genetic and other
metabolic diseases and have recently licensedtaRéltl gene therapy program for Hemophilia A frddmiversity College London and
St. Jude’s Children’s Research Hospital.

Cost of sales includes raw materials, personnefarility and other costs associated with manufactuNaglazyme and Aldurazyme at
our production facility in Novato, California. Cost sales also includes third-party manufacturiogts for the production of the active
ingredient in Kuvan and Firdapse and third-pargydoiction costs related to final formulation andkzaging services for all products and cost
of royalties payable to third-parties for all pratki

Research and development includes costs assouidtethe research and development of product cate#dand post-marketing
research commitments related to our approved ptedlibese costs primarily include preclinical atidical studies, personnel and raw
materials costs associated with manufacturing prodandidates, quality control and assurance, relseand development facilities and
regulatory costs.

Selling, general and administrative expense primarcludes expenses associated with the commératain of approved products and
general and administrative costs to support ouraifpms. These expenses include: product marketinigsales operations personnel;
corporate facility operating expenses; informatechnology expenses and depreciation; and coreamsupport functions, including
human resources, finance and legal, and otherratteorporate costs such as insurance, legal fekstaer professional services.
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Intangible asset amortization and contingent cansiibn includes amortization expense related tdinite-lived intangible assets
associated with marketing rights in the EU for Rjpde, impairment losses (if any) on intangible tassed changes in the fair value of
contingent acquisition consideration payable. Clearig fair value can result from changes in estha@trobability adjustments, changes in
estimated timing of when a milestone may be achiggkanges in assumed discount periods and ratiegseesage of time.

Our cash, cash equivalents, short-term investnarddongterm investments totaled $527.5 million as of Seyter 30, 2013, compar
to $566.7 million as of December 31, 2012. We Has#orically financed our operations primarily thgh our cash flows from operating
activities, the issuance of common stock and cdiiblerdebt and by relying on equipment and othenwercial financing. We will be highly
dependent on our net product revenue to supplecgrdurrent liquidity and fund our operations foe foreseeable future. We may in the
future elect to supplement this with further debéquity offerings or commercial borrowing, eveteafyiving effect to our October 2013
senior subordinated convertible note offering. Fert depending on market conditions, our finangeaition and performance and other
factors, we may in the future choose to use agoxf our cash or cash equivalents to repurchaseanvertible debt or other securities. See
“Financial Position, Liquidity and Capital Resoursebelow for a further discussion of our liquidity acabpital resources.

Critical Accounting Policies and Estimates

In preparing our Condensed Consolidated Finant&k8ents in accordance with accounting princigksserally accepted in the U.S.
and pursuant to the rules and regulations promedbly the SEC, we make assumptions, judgmentssiimdagtes that can have a significant
impact on our net income/(loss) and affect the mggbamounts of certain assets, liabilities, reeeand expenses, and related disclosures. We
base our assumptions, judgments and estimatestmribal experience and various other factorswhabelieve to be reasonable under the
circumstances. Actual results could differ matéritom these estimates under different assumptioreonditions. On a regular basis, we
evaluate our assumptions, judgments and estimateslso discuss our critical accounting policied astimates with the Audit Committee
our Board of Directors.

We believe that the assumptions, judgments anthatds involved in the accounting for business caatimns, contingent acquisition
consideration payable, income taxes, long-live@&@ssevenue recognition and inventory have thatgst impact on our Condensed
Consolidated Financial Statements, so we consiesetto be our critical accounting policies. Histlty, our assumptions, judgments and
estimates relative to our critical accounting pelchave not differed materially from actual result

Except for the clarification of our inventory pafibelow, there have been no significant changesitaritical accounting policies and
estimates during the nine months ended Septemh&03@, as compared to the critical accountingcesiand estimates disclosed in “
Managemer's Discussion and Analysis of Financial ConditiamdaResults of Operatiorisncluded in our Annual Report on Form 10-K for
the year ended December 31, 2012, which was fiiddtve SEC on February 26, 2013.

I nventory

We value inventory at the lower of cost or netizzddle value and determine the cost of inventoigguthe average-cost method.
Inventories consist of currently marketed prodaetd may contain certain products awaiting regwaamproval. In evaluating the
recoverability of inventories produced in prepamatior product launches, we consider the likelihtiwat revenue will be obtained from the
future sale of the related inventory together whith status of the product within the regulatoryrappl process.

We analyze our inventory levels quarterly and wdibgvn inventory that has become obsolete, or lesgbasis in excess of its
expected net realizable value and inventory gueastih excess of expected requirements. In applfiadower of cost or net realizable value
to pre-launch inventory, we estimate a range @fyilcommercial prices based on our comparable caciai@roducts. Expired inventory is
disposed of and the related costs are recogniz€ostsof Sales in the Condensed Consolidated Stsisnof Comprehensive Loss.
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Inventories Produced in Preparation for Product Launches

We capitalize inventories produced in preparatmmpfoduct launches sufficient to support estimatéehl market demand. Typically,
capitalization of such inventory begins when pwsitiesults have been obtained for the clinicaldtiaat we believe are necessary to support
regulatory approval, uncertainties regarding ulten@gulatory approval have been significantly setliand we have determined it is prob
that these capitalized costs will provide futurereamic benefit in excess of capitalized costs. fBcors considered by us in evaluating these
uncertainties include the receipt and analysisosftive Phase 3 clinical trial results for the urigiag product candidate, results from
meetings with the relevant regulatory authoritigenxo the filing of regulatory applications, attte compilation of the regulatory application.
We closely monitor the status of each respectieelyet within the regulatory approval process, idelg all relevant communication with
regulatory authorities. We also consider our histdrexperience with manufacturing and commerdiadjsimilar products and the relevant
product candidate. If we are aware of any spenifiterial risks or contingencies other than the mbvmegulatory review and approval process
or if there are any specific issues identifiedtintato safety, efficacy, manufacturing, marketardabeling, the related inventory would
generally not be capitalized.

For inventories that are capitalized in preparatibproduct launch, anticipated future sales, etqubapproval date and shelf lives are
evaluated in assessing realizability. The shedfdif a product is determined as part of the regofepproval process; however in evaluating
whether to capitalize pre-launch inventory produtitosts, we consider the product stability datallosf the pre-approval production to date
to determine whether there is adequate expectdtligdéor the capitalized pre-launch productioosts.

Recent Accounting Pronouncements

See Note 4 to our accompanying Condensed Consadidabancial Statements for a full descriptioneafent accounting
pronouncements and our expectation of their impgiaty, on our results of operations and financ@tdition.

Results of Operations
Net Loss

Our net loss for the three months ended Septenthe?(3.3 was $53.0 million, compared to a net |dsg5c4 million for the three
months ended September 30, 2012. Our net loskdanihe months ended September 30, 2013 was $dfikigh, compared to a net loss of
$61.3 million for the nine months ended Septemife2B12. The change in net loss was primarily altes the following (in millions):

Three Months Nine months
Net loss for the period ended September 30, : $ (5.9 $ (619
Increased research and development exg (21.9 (39.6
Increased selling, general and administrative esg (15.5 (20.9)
Debt conversion expen: .7 (12.2)
Decreased intangible asset amortization and caeming
consideration expen: (8.2 (7.9
Decrease in provision for/benefit from income ta (7.2) (4.2
Increased gross profit from product se 4.€ 22,0
Increased royalty and license reven 0.2 3.2
Other individually insignificant fluctuatior 2.C 4.7
Net loss for the period ended September 30, : $ 53.0) $ (1149

The increase in gross profit from product salesnduthe three and nine months ended September03@, 2s compared to three and
nine months ended September 30, 2012, was primarégult of additional Naglazyme patients initigttherapy globally and additional
Kuvan patients initiating therapy in the U.S. Therease in research and development expense waaribyiattributed to increased
development expenses for our BMN-701, BMN-673 aB(GHPAL programs. The increase in selling, genandl@ministrative expense
during the nine months ended September 30, 201pvimsrily due to increased sales and marketingeeses related to our commercial
products and increased pre-commercial Vimizim egpsn
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See below for additional information related to gingnary net loss fluctuations presented aboveduding details of our operating
expense fluctuations.

Net Product Revenues, Cost of Sales and Gross Profit
Net product revenues were as follows (in millions):

Three Months Ended September 3C Nine months Ended September 3(
2013 2012 Change 2013 2012 Change
Naglazyme $ 632z $ 625 $ 07 $ 2025 $ 193¢ $ 8.€
Kuvan 43.€ 36.4 7.2 122.1 103.1 19.C
Firdapse 4.1 3.€ 0.t 11.€ 10.€ 1.C
Aldurazyme 23.4 23.€ (0.9 57.7 57.7 0
Total net product revenu: $ 134 $ 1265 $ 8.C $ 39471 $ 365f $ 28.€

Gross profit by product was as follows (in milligns

Three Months Ended September 3C Nine months Ended September 3(
2013 2012 Change 2013 2012 Change
Naglazyme $ 54C $ 534 $ 0€ $ 173¢ $ 165€ $ 8.C
Kuvan 36.2 30.7 5.t 102.t 86.€ 15.¢
Firdapse 3.1 2.¢ 0.2 9.2 8.8 0.4
Aldurazyme 13.C 14.7 (1.7) 37.€ 39.2 (1.6)
Total gross profi $ 106 $ 1017 $ 4€ $ 322¢ $ 300.z $ 22

Net product revenues attributed to our collaboratiith Genzyme were as follows (in millions):

Three Months Ended September 3C Nine months Ended September 3(
2013 2012 Change 2013 2012 Change
Aldurazyme revenue reported by Genzyme $ 50.¢ $ 48.: $ 2t $ 152.¢ $ 140.( $ 12.¢
Three Months Ended September 3C Nine months Ended September 3(
Royalties earned from Genzyme $ 20.t $ 19.7 $ 08 $ 61.C $ 56.¢ $ 44
Incremental (previously recognized) Aldurazyme miidransfer
revenue 2.6 4.1 (1.2 (3.9 1.1 (4.9
Total Aldurazyme net product revent $ 23/ $ 23.¢ $ (049 $ 57.7 $ 57.7 $ O

Naglazyme net product revenues for the three amgl mionths ended September 30, 2013 totaled $68i@mand $202.5 million,
respectively, of which $54.4 million and $174.7 Iroih, respectively, was earned from customers basiside the U.S. The increase in
Naglazyme net product revenues in the three arelmionths ended September 30, 2013 was attributeeMiqpatients initiating therapy. Tl
impact of foreign currency exchange rates on Naghezsales denominated in currencies other thablt8edollar was insignificant for the
three months ended September 30, 2013 and ne@&i9anillion for the nine months ended Septembe2B@3. Naglazyme gross margins
for the three and nine months ended Septemberdd@ Rere 85% and 86% in the three and nine momitisckSeptember 30, 2013,
compared to the three and nine months ended Sept€38b2012 when Naglazyme gross margins were 8336th periods. Naglazyme gre
margins for the three and nine months ended Segte&th 2013 were consistent with expectations aadat expected to fluctuate
significantly in the future.

Net product revenue for Kuvan for the three an@ months ended September 30, 2013 was $43.6 mahdr$122.1 million,
respectively, compared to $36.4 million and $108itlion for the three and nine months ended Sep&r80, 2012, respectively. The incre
in Kuvan net product revenues in the three and mianths ended September 30, 2013 was attributeevigpatients initiating therapy. Kuvan
gross margins for the three and nine months endpteber 30, 2013 were 83% and 84%, respectiveigpared to the three and nine
months ended September 30, 2012 when gross mavgies84% in both periods. Cost of goods sold ferttiree and nine months ended
September 30, 2013 and 2012 reflect royalties tailird-parties of approximately 10%. Kuvan grasargins for the three and nine months
ended September 30, 2013 were consistent with &fpmts and are not expected to fluctuate signitigan the future. The 4% royalties
earned from Merck Serono’s net sales of KuvanHerthree and nine months ended September 30, 2&E3%0.6 million and $1.6 million,
respectively, compared to $0.5 million and $1.5iomlfor the three and nine months ended Septe®®e2012, respectively.
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The Hatch Waxman Act permits the FDA to approverablated new drug applications, (ANDA), for generarsions of branded drugs.
Pursuant to the Hatch-Waxman Act, other compani® &ble to file an ANDA for the active ingredi@muvan at any time after December
2011. If a generic competitor were to enter thekeaiaiollowing the expiration of orphan exclusivitywould have an adverse effect on our
sales of Kuvan.

Net product revenue for Firdapse for three and mnaths ended September 30, 2013 was $4.1 milhdrd 1.8 million, respectively,
compared to $3.6 million and $10.8 million for tieee and nine months ended September 30, 2012 atdeely. Firdapse gross margins for
the three and nine months ended September 30,\26rE377% and 78%, respectively, compared to treethnd nine months ended
September 30, 2012 when gross margins were 829 g respectively. Cost of goods sold for the tlaneg nine months ended
September 30, 2013 and 2012 reflect royalties tailird-parties of approximately 8%. Firdapse gromrgins for the three and nine months
ended September 30, 2013 decreased comparedttodleeand nine months ended September 30, 201 duereased manufacturing costs
and the depletion of manufactured product thatpvasiously expensed as research and developmeehsepFirdapse gross margins for the
three and nine months ended September 30, 2013ceesestent with expectations and are not expdotédctuate significantly in the futur

Aldurazyme gross margins were 55% and 65% forhiheetand nine months ended September 30, 201&ctesgy, compared to 62%
and 68% for the three and nine months ended Septedih 2012, respectively. Aldurazyme gross marggfiect the profit earned on royalty
revenue and net incremental product transfer res/€flde change in margins is attributed to the ghifevenue mix between royalty revenue
and net product transfer revenues. Aldurazyme grasgins are expected to fluctuate depending omikeof royalty revenue, from which
we earn higher gross profit, and product transfeenue, from which we earn lower gross profit.

Total cost of sales for the three and nine montited September 30, 2013 was $28.1 million and $nlllibn, respectively, compared
to $24.6 million and $65.3 million for the threedamine months ended September 30, 2012, respactiMet increase in cost of sales was
primarily attributed to the increase in productsaind the shift in Aldurazyme revenue mix betwesalty revenue and net product reven

Research and Development

We manage our research and development expengefjfying the research and development activitiesanticipate will be
performed during a given period and then priorigfferts based on scientific data, probability oésessful development, market potential,
available human and capital resources and othelasioonsiderations. We continually review our gipe and the development status of
product candidates and, as necessary, reallociarnmes among the research and development portfiali we believe will best support the
future growth of our business.

Research and development expense increased tof88oh for the three months ended September 8@32from $66.2 million for th
three months ended September 30, 2012. Researalesalbpment expense increased to $257.5 milliothi® nine months ended
September 30, 2013, from $217.9 million for theeninonths ended September 30, 2012. The increasséarch and development expense
was primarily a result of the following (in millic:

Three Months Nine Months
Research and development expense for the periaetiend
September 30, 201 $ 66.2 $ 217«
Increased BMI-701 development expens 4.8 19.1
Increased PE-PAL development expens 9.¢ 18.1
Increased BMI-673 development expens 5.8 10.€
Increased development expenses related to comrherci
products 2.¢ 2.t
Increased development expenses on early development
stage program 2.2 8.€
Increased stock-based compensation expenses redate(
research and developme 2.1 3.t
Increased BMI-111 development expens 0.€ 0.€
(Decreased) increased BM190 development expens (0.2 1.6
Decreased Vimizim development expen (1.6 (13.9)
Decrease in non-allocated research and development
expenses and other net chan (4.9 (12.9
Research and development expense for the pericetiend
September 30, 201 $ 88.1 $ 257t
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The increases in BMN-701 and BMN-673 developmepeases were attributed to increased clinical &ritilvities related to these
product candidates. The increase in developmergresgon early stage programs was primarily atetbtw the $2.0 million license fee paid
in connection with the Factor VIII gene therapygmam for Hemophilia A from University College Londand St. Jude’s Children’s
Research Hospital and development costs relatdgetprograms acquired from Zacharon Pharmaceuticads(Zacharon). The increase in
PEG-PAL development expense was attributed to enease in clinical trial activity. The increaseBMN-190 development expense was
attributed to increased pre-clinical activitiesatetl to this product candidate. During the firsirger of 2013, we evaluated the facts and
circumstances supporting recoverability of pre-ldumanufacturing costs related to Vimizim and codeH that recoverability was probable
resulting in the capitalization of approximately$a million and $32.7 million pre-launch manufaatgrcosts during the three and nine
months ended September 30, 2013, respectivelylaBreh Vimizim manufacturing costs incurred durthg three and nine months ended
September 30, 2012 were expensed to research galbdment expense as significant uncertainty edisteer the recoverability of the costs.
The increase in stock-based compensation experaseesilt of an increased number of options oudétgndue to an increased number of
employees and an increase in the weighted-aveeaagealue of the equity awards granted during 201 decrease in naalocated researc
and development expense primarily includes incietassearch and development personnel and faciitsahat are not allocated to specific
programs.

For the remainder of 2013, we expect research amdlopment spending to increase over 2012 levedda@our PEG-PAL, BMN-673,
BMN-701, BMN-111 and BMNt90 programs progressing, including a few of thmegrams progressing to more advanced phasesafadl
studies. Phase 3 clinical trials for PEG-PAL and 8873 were initiated in the second and fourth quardér2013, respectively and we exp
to initiate a Phase 3 trial of BMN-701 in eithee ttourth quarter of 2013 or the first quarter o120We also expect increased spending on
pre-clinical and clinical activities for our eadigvelopment stage programs. Additionally, we exp@cbntinue incurring significant research
and development expense for the foreseeable fdtureo long-term clinical activities related to papproval regulatory commitments for
approved products. We continuously evaluate theverability of costs associated with pre-launch afacturing activities, and if it is
determined that regulatory approval and recoveatglzite highly likely and therefore future revenaee expected, the costs related to pre-
launch manufacturing activities may be capitalia&hen regulatory approval and the likelihood ofifetrevenues for a product candidate are
less certain, the related manufacturing costsgreresed as research and development expenses.

Selling, General and Administrative

Selling, general and administrative expense deetes$61.8 million for the three months ended Saper 30, 2013, from $46.3
million for the three months ended September 30228elling, general and administrative expenseeased to $163.5 million for the nine
months ended September 30, 2013, from $143.1 miléo the nine months ended September 30, 2012inthease in selling, general and
administrative expenses was primarily a resulheffollowing (in millions):

Three Months Nine Months

Selling, general and administrative expense foptréod ended September 30, 2012 $ 46.: $ 143.
Increased sales and marketing expenses relatesimercial product 4.5 9.8
Increased Vimizim pi-commercial expense 5.€ 8.7
Increased sto-based compensatic 1.7 2.1
Increased foreign exchange losses on unhedgecttaomss 1.2 1.2

Net increase (decrease) in corporate support dred atiministrative expens 2.5 (1.5
Selling, general and administrative expense foiperéod ended September 30, 2( $ 61.¢ $ 163t

We continue to incur sales and marketing expensidglazyme and Kuvan as a result of continued esipa of our international and
U.S. activities, respectively. We expect sellingngral and administrative expenses to increasgtumef periods as a result of the international
expansion of Naglazyme, the U.S. commercializagictivities for Kuvan, pre-commercial activities féimizim and the administrative
support of our expanding operations.
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I ntangible Asset Amortization and Contingent Consideration

Intangible asset amortization and contingent cansiibn expense is comprised of amortization oBhepean marketing rights for
Firdapse, changes in the fair value of contingeguasition consideration payable to former stockeo$ of our acquired businesses and
impairment loss (if any) on intangible assets. @eanin the fair value of contingent acquisition sideration payable result from updates to
the estimated probability of achievement or assutimeithg of milestones and adjustments to the distperiods and rates. Intangible asset
amortization and contingent consideration expenssisted of the following (in millions):

Three Months Ended September 3C Nine Months Ended September 3C
2013 2012 Change 2013 2012 Change
Amortization of Firdapse European
marketing rights $ 0.8 $ 0. $ 0 $ 24 $ 24 $ 0
Impairment loss on intangible ass 0 0 0 0.¢ 6.7 (5.9
Changes in the fair value of contingent
acquisition consideration payat 8.8 0.€ 8.2 9.6 (3.9 13.2
Total intangible asset amortization
and contingent consideratis $ 9.6 $ 1.4 $ 8.2 $ 13.2 $ 5.E $ 74

In the second quarter of 2013, we recorded an inmgait charge of $0.9 million related to in-processearch and development
(IPR&D) assets related to acquired pre-clinical poomds based on the status of current developnffentseand the related discounted cash
flows that no longer supported the carrying-valfithe IPR&D assets.

In the first quarter of 2012, we recorded an impaint charge of $6.7 million related to the U.Sd&pse IPR&D assets based on the
status of business development efforts at the éintethe related discounted cash flows that no losigigported the carrying-value of the
IPR&D assets. The IPR&D assets impaired were agtaatiwith the marketing rights for Firdapse in ths.

The changes in the fair value of the contingenugsition consideration payable were primarily &itiied to changes in the estimated
probability of achieving development milestonesdabgn the current status of the related developpragrams as well as changes in the
discount rate utilized in the fair value calculago

See Note 8 to our accompanying Condensed Consadiddhancial Statements for additional discussion.

Equity in the Loss of BioMarin/Genzyme LLC

Equity in the loss of BioMarin/Genzyme LLC includesr 50% share of the joint venture’s loss forpleeiod. BioMarin/Genzyme
LLC'’s operations consist primarily of certain resdaand development activities and the intellecpwaperty that are managed by the joint
venture, with costs shared equally by BioMarin @whzyme.

Equity in the loss of the joint venture totaled3illion and $0.7 million for the three and ninemths ended September 30, 2013,
respectively, compared to equity in the loss ofjtet venture of $0.3 million and $1.0 million fthe three and nine months ended
September 30, 2012, respectively.

Interest Income

We invest our cash, short-term and long-term irmests in government and other high credit quakityusities in order to limit default
and market risk. Interest income totaled $0.6 orilland $1.9 million for the three and nine monthdesl September 30, 2013, respectively,
compared to $0.8 million and $1.8 million for thede and nine months ended September 30, 2012ctesly. The increase in interest
income during the three and nine months ended Béyatie30, 2013, as compared to the three and nimhmended September 30, 2012 was
primarily due to higher cash and investment balanéée expect future interest income to increasetaltize October 2013 issuance of $750.0
million of senior subordinated convertible notesahhwill result in higher cash and investment bakm See Note 20 to our accompanying
Condensed Consolidated Financial Statements fatiawa discussion.

I nterest Expense and Debt Conversion Expense

We incur interest expense on our convertible debitaur capital leases. Interest expense for theethnd nine months ended
September 30, 2013 was $0.5 million and $2.9 mmiJli@spectively, compared to $1.8 million and $&ilfion for the three and nine months
ended September 30, 2012, respectively. The dexneasterest expense is attributed to the eanwecsion of $215.0 million and $31.5
million in aggregate principal of the 2017 NotesvMarch 2013 and August 2013, respectively, as agthe maturity of the 2013 Notes in
March 2013. In connection with the early conversibithe 2017 Notes, we recognized debt conversiperse of $1.7 million and $12.2
million during the
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three and nine months ended September 30, 2012 atésely. See Note 13 to our accompanying Conde@smsolidated Financial
Statements for additional discussion. We expeciréuinterest expense to increase due to the Oc&ili& issuance of $750.0 million of
senior subordinated convertible notes. See Note 20ir accompanying Condensed Consolidated FineBtatements for additional
discussion.

Provision for (Benefit from) Income Taxes

During the three and nine months ended Septemh&03@3 we recognized income tax expense of $0.[fom&nd an income tax
benefit of $2.8 million, respectively, comparedatoincome tax benefit of $6.4 million and $6.8 roill during the three and nine months
ended September 30, 2012, respectively. Incomexpgnse for the three and nine months ended Seete88p2013 and 2012 consisted of
state, federal and foreign current tax expenseghwviere offset by deferred tax benefits from feberphan drug credits, federal R&D credits
and California R&D credits. The provisions for theee and nine months ended September 30, 20130ritwere further reduced by the
benefit related to stock option exercises durirgttitee and nine months ended September 30, 2@1304r2. Additionally, the American
Taxpayer Relief Act of 2012 (the Relief Act), waseted on January 2, 2013. The Relief Act reindttite federal R&D credit retroactively
January 1, 2012. In accordance with ASC Topic Waccounted for the effects of change in thedaxih the period that included the
enactment date of the change, resulting in thegretion of a deferred tax benefit of $1.2 millicglated to R&D expenses incurred during
2012 as a discrete item during the nine monthseeBaéptember 30, 2013, which further increasedrmeome tax benefit for the current per
provision. These discrete benefits were offset B{.8& million increase in the valuation allowanetated to California net operating losses
that we believe are likely to expire unutilizedeS¢ote 19 to our Consolidated Financial Statemiectaded in our Annual Report on Form
10-K for the year ended December 31, 2012 for adit discussion of the components of our provig@m(benefit from) income taxes.

Financial Position, Liquidity and Capital Resources

We expect to fund our operations with our net podbdavenues from our commercial products, cashy egsivalents, short-term and
longterm investments supplemented by proceeds frontyequidebt financings and loans or collaborativeeagients with corporate partne
each to the extent necessary. We expect our cipredtict revenue, cash, cash equivalents and srantand long-term investments will
meet our operating and capital requirements fteadt the next twelve months based on our curngsinbss plans. This expectation could
change depending on how much we elect to spendiodavelopment programs and for potential licermsebacquisitions of complementary
technologies, products and companies. We will baliidependent on our net product revenue to sopgie our current liquidity and fund
our operations for the foreseeable future. We mapé future elect to supplement this with furttlebt or equity offerings or commercial
borrowing, even after giving effect to our OctoB13 senior subordinated convertible note offering.

We consider the unrepatriated cumulative earnifigerain of our foreign subsidiaries to be invdstalefinitely outside the U.S. As of
September 30, 2013, $109.5 million of our $527.Bioni balance of cash, cash equivalents and mabsketecurities was from foreign
subsidiary operations and is intended to fund &ifareign operations. In managing our liquidity deé the U.S., we do not rely on the
unrepatriated earnings as a source of funds arttbwee not provided for U.S. federal or state incdaxes on these undistributed foreign
earnings.

We are mindful that conditions in the current macanomic environment could affect our ability tdigwe our goals. Some of the
factors that could affect our business includeurfichanges to healthcare reform in the U.S., &ragation or worsening of global economic
conditions, patent expirations of competitive pradiand the launch of generic competitors, contirgmvernment pricing pressures
internationally and the potential volatility in fign currency exchange rates. We will continue tmitor these conditions and will adjust our
business processes, as appropriate, to mitigage tieks to our business.
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Our financial condition as of September 30, 2018 Bacember 31, 2012 was as follows (in millions):

September 3C December 31
2013 2012 Change
Cash and cash equivalents $ 181.€ $ 180.: $ 1.1
Shor-term investment 198.1 270.2 (72.7)
Long-term investment 147.¢ 116.( 31.¢
Cash, cash equivalents and investm $ 527t $ 566.7 $ (39.2
Current assel $ 713F $ 743t $ (30.0
Current liabilities 167.€ 170.¢ (2.9
Working capital $ 545.¢ $ 573.1 $ (27.2
Convertible deb $ 78.% $ 348.C $(269.¢

2013 2012 Change
Cash and cash equivalents at the beginning oféhieg $180.t $ 46.F $134.:
Net cash provided by (used in) operating activi (48.%) 5.€ (53.€
Net cash provided by (used in) investing activi 7.€ (143.9) 150.¢
Net cash provided by financing activiti 41.¢ 272.7 (230.¢
Cash and cash equivalents at the end of the p $181.¢ $181.c $ 0.3
Shor-term and lon-term investment 345.¢ 351.¢ (6.0
Cash, cash equivalents and investm $527.5 $ 533.2 $ (5.9

Cash, Cash Equivalents and I nvestments

The decrease in cash, cash equivalents and invetstihering the three months ended September 3@, 26th December 31, 2012 was
primarily attributed to the increase in cash usedgerating activities, purchases of property, todand equipment, the acquisition of Zacharon
and payments to holders of the 2017 Notes upow eaniversion of the 2017 Notes, offset by procdemis employee stock option exercises.

Working Capital

Working capital was $545.9 million at September3m.3, a decrease of $27.2 million from workingitamf $573.1 million at
December 31, 2012. The increase in working capita attributed to the following:

Working capital at December 31, 20 $573.1
Decreased cash, cash equivalents and-term investment (71.7)
Maturity of 2013 Notes on March 29, 20 23.2
Decreased accounts payable and accrued liab (20.6)
Net increase in other current operating as 41.1

Working capital at September 30, 2( $545.¢

The decrease in cash, cash equivalents and shoririgestments was primarily comprised of $48.3ioml of cash used in operating
activities, $9.9 million of net cash payments rethto the Zacharon acquisition and $12.2 millioid pa certain holders of the 2017 Notes in
connection with the early conversion of $246.5 ianillin aggregate principal, offset by proceeds®f.$ million from employee stock option
exercises. The net increase in other current apgrassets is primarily attributed to increase$1d.7 million and $20.0 million in accounts
receivable and inventory, respectively. The incedasaccounts receivable is attributed to timinlge Thcrease in inventory was primarily
attributed to the capitalization of Vimizim pre-tath inventory.

Our product sales to government-owned or governtfustited customers in certain Southern Europeantdesnincluding Greece,
Spain, Italy and Portugal, are subject to paymemhs that are imposed by government authority. Bezthese customers are government-
owned or government-funded, we may be impacteddgiirtes in sovereign credit ratings or sovereigiaualés in these countries. A
significant or further decline in sovereign credit
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ratings or a default in Greece, or in other Southl&uropean countries, may decrease the likelihbatwe will collect accounts receivable or
may increase the discount rates and the lengiimefuntil receivables are collected, which coulsufein a negative impact to our operating
results. Historically we have not experienced aificant level of uncollected receivables and heaeeived continued payments from our
more aged accounts. We believe that the allowdliocaubtful accounts for these countries are adeghased on our analysis of the specific
business circumstances and expectations of caltefir each of the underlying accounts in thesentt@s. As of September 30, 2013,
approximately 12% of our outstanding accounts red#e relate to such countries. See Note 18 ohotcompanying Condensed Consolid:
Financial Statements for additional discussion.

Cash Provided by (Used in) Operating Activities

Cash used in operating activities for the nine mesmnded September 30, 2013 was $48.3 million, eoedpto cash provided by
operating activities of $5.6 million for the nineomths ended September 30, 2012. The increaselinusasl in operating activities was
primarily related to increased research and devedop expense that drove the increase in our nglb$114.4 million for the nine months
ended September 30, 2013 adjusted for non-cask geoh as $37.9 million of depreciation and amatitn expenses, $42.6 million of stock-
based compensation expense, $21.0 million of ret oatflow related to changes in operating assetdiabilities and $19.2 million of
deferred income taxes.

Cash Provided by (Used in) I nvesting Activities

Net cash provided by investing activities during tiine months ended September 30, 2013 was $71i6mubmpared to net cash used
in investing activities of $143.3 million duringegmine months ended September 30, 2012. Our imgeatitivities have consisted primarily of
purchases and sales and maturities of investmedtsapital expenditures, such as manufacturingpegemt and facility improvements. The
decrease in net cash used in investing activitieghie nine months ended September 30, 2013 wamsply comprised of a $164.8 million
increase in net maturities of investment secutitéset by a $9.9 million increase in businessuggitions and a $4.8 million increase in
capital expenditures. We expect to make significapital investments in our Shanbally, Ireland nfacturing facility beginning in 2014 to
enable future commercial manufacturing of our paisat the facility.

Cash Provided by Financing Activities

Net cash provided by financing activities for theenmonths ended September 30, 2013 was $41.0millompared to net cash
provided by financing activities of $272.7 millidor the nine months ended September 30, 2012. ttiatty, our financing activities
primarily included payments related to our contimggcquisition obligations, payments related to @anvertible debt obligations and
proceeds from employee stock purchases under tR® B8d employee stock option exercises. The decieaet cash provided by financing
activities for the nine months ended SeptembeB803 was primarily attributed to a decrease of $&8illion in proceeds from the public
offering of our common stock that occurred in J28&2 and an increase of $12.2 million in debt cosiea expense, offset by increased
proceeds from stock option exercises and ESPPibatitm of $16.4 million.

Other Information

In March 2006, we sold approximately $172.5 millmfrsenior subordinated convertible notes due Ma@18 (the 2013 Notes), which
fully matured on March 29, 2013. The debt was idsateface value and bore interest at the rate58fhzer annum, payable semi-annually in
cash. The debt did not contain a call provisionawedvere unable to unilaterally redeem the remgidiebt prior to maturity in March 2013.
Upon maturity of the 2013 Notes, we issued 1.4ianilshares of our common stock pursuant to thegerinthe 2013 Notes and paid a bond
holder $98,000 in cash for the par value at matu@ee Note 13 to our accompanying Condensed Odated Financial Statements for
additional discussion.

In April 2007, we sold approximately $324.9 milliofisenior subordinated convertible notes due A®17 (the 2017 Notes) of which
$78.3 million remains outstanding at Septembe28@3. The debt was issued at face value and betarest at the rate of 1.875% per ann
payable semi-annually in cash. During the nine m®ended September 30 2013, we entered into seayaements with 16 of the existing
holders of the 2017 Notes pursuant to which sudtidns converted $246.5 million in aggregate priatigf the 2017 Notes into 12.1 million
shares of our common stock. In addition to isstivegrequisite number of shares of common stockyauntsto the 2017 Notes, we also made
varying cash payments to each of the holders,ingtaln aggregate of $13.9 million, of which $12.@®ion
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was recognized as Debt Conversion Expense on cullébsed Consolidated Statement of Comprehensivefboshe nine months ended
September 30, 2013. The remaining 2017 Notes areectible, at the option of the holder, at any tipn®r to maturity, into shares of our
common stock at a conversion price of approximab2§.36 per share, subject to adjustment in ceciatnmstances. Our debt does not
contain a call provision and we are unable to teikdly redeem the debt prior to maturity in 200 also must repay the debt if there is a
qualifying change in control or termination of thagl of our common stock. If a change of controlwsg we will pay a make whole premium
by increasing the conversion rate applicable ta20iE7 Notes. See Note 13 to our accompanying Carde@onsolidated Financial
Statements for additional discussion.

Our $78.3 million of total convertible debt as @fpfember 30, 2013 will impact our liquidity dueth® semi-annual cash interest
payments and will impact our liquidity if the holdedo not convert on or prior to the scheduled yepnts of the debt. Further, depending on
market conditions, our financial position and pearfance and other factors, we may in the future sbdo use a portion of our cash or cash
equivalents to repurchase our convertible debtlmercsecurities.

On October 15, 2013, the we completed an offerfr§j760.0 million in aggregate principal of seniabsrdinated convertible notes
consisting of $375.0 million 0.75% Senior SubordéaConvertible Notes due in October 2018 (the 20&t&s) and $375.0 million 1.50%
Senior Subordinated Convertible Notes due in Oat8b620 (the 2020 Notes). The net proceeds fronotteging were approximately $726.4
million, after deducting commissions and estimatffdring expenses which will be paid by us. The&0btes and the 2020 Notes accrue
interest at annual rates of 0.75% and 1.50%, réispéc which are payable semiannually in arreardApril 15 and October 15 of each year
beginning on April 15, 2014. See Note 20 for additil discussion regarding the 2018 and 2020 Notes.

On October 23, 2009, we acquired Huxley Pharmacaistinc. (Huxley), which has rights to Firdapseddotal purchase price of $37.2
million, of which $15.0 million was paid in cashdai22.2 million represented the acquisition datevialue of contingent acquisition
consideration payable. In connection with the asitjon, we agreed to pay the Huxley stockholdeditamhal consideration in future periods
of up to $41.9 million (undiscounted) in milestqueeyments if certain annual sales, cumulative satelsU.S. development milestones are |
During 2011, 2010 and 2009, we made milestone patsyad $3.0 million, $6.5 million and $1.0 milliorespectively, related to the
attainment of development milestones.

On February 10, 2010, we acquired LEAD Therapeulizs (LEAD), which had the key compound now re¢erto as BMN-673, for a
total purchase price of $39.1 million, of which $.&nillion was paid in cash and $20.5 million reggeted the acquisition date fair value of
contingent acquisition consideration payable. Wd $8.0 million of the $18.6 million in cash durif@ecember 2009. In connection with the
acquisition, we agreed to pay the LEAD stockholdelditional consideration in future periods of ag$68.0 million (undiscounted) in
milestone payments if certain clinical, developmamd sales milestones are met. During 2012 and, 204 @aid the former LEAD
stockholders $6.0 million and $11.0 million for thigeainment of a clinical milestone and regulatmilestone, respectively.

On August 17, 2010, we acquired ZyStor Therapeguiics (ZyStor), which had the compound now reféiieeas BMN-701, for a total
purchase price of $35.9 million, of which $20.3lmail was paid in cash and $15.6 million represemedacquisition date fair value of
contingent acquisition consideration payable. Inn@zttion with the acquisition, we agreed to payAhstor stockholders additional
consideration in future periods of up to $93.0 imill(undiscounted) in milestone payments if certdimical, development and sales
milestones are met.

On January 4, 2013, we acquired Zacharon, whichsied on developing small molecules targeting pageweé glycan and glycolipid
metabolism, for a net cash upfront payment of $8illflon. In connection with the acquisition, we agd to pay the Zacharon stockholders
additional consideration in future periods of uiB4.0 million (undiscounted) in milestone paynsehtertain clinical, development and
sales milestones are met.

Funding Commitments

We cannot estimate with certainty the cost to cetepany of our product development programs. Aolditily, except as disclosed un
“Overview” above, we cannot precisely estimate the time topteta any of our product development programs agmwilve expect to receive
net cash inflows from any of our product developtngrams. Please se®fsk Factors”included in Part Il Item 1A of this Quarterly
Report on Form 10-Q, for a discussion of the rease® are unable to estimate such information, anpiticular the following risk factors:

» if we fail to obtain or maintain regulatory apprawa commercially market and sell our drugs, oajfifproval is delayed, we will t
unable to generate revenue from the sale of thes#upts, our potential for generating positive cdlsiw will be diminished, and
the capital necessary to fund our operations wallibhcreased
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» if we are unable to successfully develop and mainteanufacturing processes for our drug productgroduce sufficient
guantities at acceptable costs, we may be unaliestet demand for our products and lose potentie¢mee, have reduced
margins or be forced to terminate a progra

» if we fail to compete successfully with respegirtzduct sales, we may be unable to generate sifficiales to recover our
expenses related to the development of a prodegram or to justify continued marketing of a protand our revenue could be
adversely affected; ar

« if we do not achieve our projected developmentgirathe timeframes we announce and expect, theneotialization of our
products may be delayed and the credibility of management may be adversely affected and, as ki, sustock price ma
decline .

Our investment in our product development progrants continued development of our existing commeépeiaducts has a major
impact on our operating performance. Our reseandhdavelopment expenses during the three and nimths ended September 30, 2013
2012, and the period since inception of the majogmams were as follows (in millions):

Three Months Ended September 3C Nine Months Ended September 3(C Since Program
2013 2012 2013 2012 Inception
Vimizim $ 19.¢ $ 21k $ 61.7 $ 75.C $ 273.t
Naglazyme 3.C 2.7 9.1 8.4 173.¢
Kuvan 3.3 3.3 11.2 11.1 152.(
Firdapse 3.C 0.8 6.C 4.€ 31.7
BMN-673 8.5 2.7 18.7 8.1 45.¢
BMN-701 9.8 5.1 36.< 17.2 87.¢
BMN-111 3.2 2.3 10.€ 10.1 42.¢
BMN-190 3.2 3.t 9.7 7.€ 27.4
PEC-PAL 15.2 5.8 39.¢ 21: 152.¢
Not allocated to specific major current proj 18.¢ 19.C 54.t 54.2 Not meaningfL
Totals $ 88.1 $ 66.2 $ 257.t $ 217.¢

We may elect to increase our spending above ouerulong-term plans and consequently we may bélaria achieve our long-term
goals. This may increase our capital requiremémttyding: costs associated with the commerciatizadf our products; additional clinical
trials; investments in the manufacturing of Naghaey Aldurazyme, Kuvan and Firdapse; preclinicafigs and clinical trials for our other
product candidates; potential licenses and othgmisitions of complementary technologies, prodacts companies; and general corporate
purposes.

Our future capital requirements will depend on meagjors, including, but not limited to:
e our ability to successfully market and sell Naglaey Kuvan and Firdaps
* Genzym's ability to continue to successfully commercialiddurazyme;
» the progress and success of our preclinical stadidclinical trials (including studies and the mi@cture of materials
» the timing, number, size and scope of our predinstudies and clinical trial

» the time and cost necessary to obtain regulatgoyospls and the costs of post-marketing studieshvimiay be required by
regulatory authorities

» the time and cost necessary to develop commereiaufacturing processes, including quality systeans, to build or acquire
manufacturing capabilitie:

» the progress of research programs carried out t

» our possible achievement of milestones identifiredur purchase agreements with the former stocknsldf LEAD, ZyStor,
Huxley and Zacharon that trigger related milestpagments
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» any changes made to, or new developments in, astirex collaborative, licensing and other commdrgitationships or any new
collaborative, licensing and other commercial ielahips that we may establish; &

» whether our convertible debt is converted to commstonk in the future

Off-Balance Sheet Arrangements

We do not have any off-balance sheet arrangemieatsite currently material or reasonably likelyotgomaterial to our consolidated
financial position or results of operations.

Contractual and Commercial Obligations

We have contractual and commercial obligations unde debt, operating leases and other obligatielsged to research and
development activities, purchase commitments, §esrand sales royalties with annual minimums. in&tion about these obligations as of
September 30, 2013 is presented in the table bgtomillions).

Payments Due by Perioc

2015 2017 2019 and
2013 2014 2016 2018 Thereafter Total

Convertible debt and related interest $07 $15 $3C $79.C $ 0 $84.-

Operating lease 2.5 10.z 18.¢ 16.4 20.2 68.2

Research and development and purchase commiti 7.3 18.4 2.8 0.5 0 29.1

Total $10.F  $30.1 $247 $95¢ $ 20.2 $181.t

We are also subject to contingent payments totapuroximately $438.4 million as of September 312 which are due upon
achievement of certain regulatory and licensingestdnes if they occur before certain dates indh&é. Of this amount, $57.6 million relates
to programs that are no longer being developed.
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ltem 3.  Quantitative and Qualitative Disclosures About Market Risk

Our market risks during the nine months ended $&pte 30, 2013 have not materially changed fromealtbscussed in Part 11, Item 7A
of our Annual Report on Form 10-K for the year eh@&cember 31, 2012, which was filed with the S|EG-ebruary 26, 2013.

Item 4. Controls and Procedures
(a) Controls and Procedures

An evaluation was carried out, under the supermisioand with the participation of our managemértluding our Chief Executive
Officer and our Chief Financial Officer, regarditige effectiveness of our disclosure controls amt@dures (as defined in Rules 13a-15(e)
and 15d-15(e) under the Securities Exchange At98#, as amended (the Exchange Act)) as of thektid period covered by this report.

Based on the evaluation, our Chief Executive Offared our Chief Financial Officer have concludeat thur disclosure controls and
procedures are effective to ensure that the infaomaequired to be disclosed by us in the repibrds we file or submit under the Exchange
Act is recorded, processed, summarized and repwitbdh the time periods specified in the SEC’sesibnd forms.

(b) Change in Internal Controls over Financial Repating

There were no changes in our internal control éwancial reporting, as such term is defined ind8ul3a-15(f) and 15d-15(f) under the
Exchange Act, during our most recently completealrtgr that have materially affected or are reasigridely to materially affect our intern
control over financial reporting. We are utilizitfge Committee of Sponsoring Organizations of thea@ivay Commission (COSO) 1992
Framework on internal control.

PART Il. OTHER INFORMATION

Item 1. Legal Proceedings
None.

Iltem 1A. Risk Factors

An investment in our securities involves a highrde@f risk. We operate in a dynamic and rapidlgiradiing industry that involves
numerous risks and uncertainties. The risks anctamties described below are not the only onegage. Other risks and uncertainties,
including those that we do not currently considetenial, may impair our business. If any of theksigliscussed below actually occur, our
business, financial condition, operating resultscash flows could be materially adversely affeciéds could cause the value of our
securities to decline, and you may lose all or gdryour investment.

We have marked with an asterisk (*) those riskdesbelow that include a substantive change fronmpaiate to the risk factors includ
in our Annual Report on Form 10-K, for the year eshddecember 31, 2012 filed with the SEC on Febrgérn2013.

*If we fail to obtain or maintain regulatory approv al to commercially market and sell our drugs, or ifapproval is delayed, we wil
be unable to generate revenue from the sale of theeproducts, our potential for generating positive ash flow will be diminished, and
the capital necessary to fund our operations will & increased.

We must obtain and maintain regulatory approvahéwket and sell our drug products in the U.S. anjdiisdictions outside of the U.S.
In the U.S., we must obtain FDA approval for eanlgdhat we intend to commercialize. The FDA appiqurocess is typically lengthy and
expensive, and approval is never certain. Prodiistsbuted abroad are also subject to governmemilation by international regulatory
authorities. Naglazyme, Aldurazyme and Kuvan haeeived regulatory approval to be commercially rate#t and sold in the U.S., EU and
other countries. Firdapse has received regulatopycval to be commercially marketed only in the Blthough we announced in November
2012 that our Phase 3 study of Vimizim™, an enzyepdacement therapy for patients with MPS IVA (MaiSyndrome), had met its
primary endpoint, Vimizim has not received regutatapproval in the
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U.S., EU or any other jurisdiction and may neveeiee approval. Also, even if we receive priorigyiew timelines from the FDA for
Vimizim, there is no assurance that the FDA willrggly with such timelines and there may be delaysdtimately the FDA may decide not
to approve Vimizim.

As part of the recent reauthorization of the Pigsion Drug User Fee Act (PDUFA), new biologics areluded in a new product revii
program intended to enhance FDA-sponsor communitato lead to greater first-cycle approval decisidAs part of this program,
applications for new biologics are subject to githd2-month standard or 8-month priority reviewige that begins from the date of
application submission. However, since this isw peoduct review program and no products have cetaglthis new review process, the
priority review period may take longer than eighinths and the standard review period may take lotihge 12 months. Similarly, although
the EMA has an accelerated approval process,nigities mandated by the regulations are subjabetpossibility of substantial delays.

In addition, the FDA and its international equivaiehave substantial discretion over the approraigss for pharmaceutical products.
As such, these regulatory agencies may in the ehdgree that we have demonstrated the requisiéé ¢ product safety and efficacy to
grant approval and may require additional data. FIDA has scheduled the Advisory Committee meetimg\fovember 19, 2013 to review
clinical trial data for Vimizim. The FDA and the Adory Committee will be reviewing a number of ris&nefit questions including whether
the magnitude and durability of effect demonstratetthe clinical studies are sufficient for a chimoondition and potentially life long
therapy. Although the FDA is not bound by the renmndations of an Advisory Committee, it typicalbfléws such recommendations. We
cannot provide any assurance as to the timingnaf the determinations to be made by, the FDA oittieisory Committee following any
such meeting. If we fail to obtain regulatory apgmidfor our product candidates, including Vimizime will be unable to market and sell th
drug products. Because of the risks and uncergaiimi pharmaceutical development, our product cites could take a significantly longer
time to gain regulatory approval than we expeanay never gain approval. We also rely on indepentiérl-party contract research
organizations, or CROs, to file some of our ex-l&l ex-EU marketing applications and importantatgpof the services performed for us
by the CROs are out of our direct control. If wi fa adequately manage our CROs, if the CRO elgcgsioritize work on our projects belc
other projects or if there is any dispute or disiaupin our relationship with our CROs, the filio§ our applications may be delayed.

From time to time during the regulatory approvalgass for our products and our product candidategngage in discussions with the
FDA and comparable international regulatory autiesiregarding the regulatory requirements fordmwelopment programs. To the extent
appropriate, we accommodate the requests of theategy authorities and, to date, we have genelabn able to reach reasonable
accommodations and resolutions regarding the uyidgrissues. However, we are often unable to deterine outcome of such deliberatic
until they are final. If we are unable to effectivand efficiently resolve and comply with the indges and requests of the FDA and other non-
U.S. regulatory authorities, the approval of owdurct candidates may be delayed and their valuebheagduced.

After any of our products receive regulatory apptpthey remain subject to ongoing regulation, Wwhéan impact, among other things
product labeling, manufacturing practices, adversmnt reporting, storage, expiration, distributiadyertising and promotion, and record
keeping. If we do not comply with the applicablgukations, the range of possible sanctions inclissance of adverse publicity, product
recalls or seizures, fines, total or partial suspmrs of production and/or distribution, suspensibmarketing applications, and enforcement
actions, including injunctions and civil or crimlrrosecution. The FDA and comparable internatioagllatory agencies can withdraw a
product’s approval under some circumstances, ssithesfailure to comply with regulatory requirenrseat unexpected safety issues. Further,
the FDA often requires post-marketing testing amgeillance to monitor the effects of approved prad. The FDA and comparable
international regulatory agencies may conditionrapal of our product candidates on the completibsuzh post-marketing clinical studies.
These post-marketing studies may suggest thatdupreauses undesirable side effects or may prasésk to the patient. If data we collect
from post-marketing studies suggest that one ofpproved products may present a risk to safegygtivernment authorities could withdraw
our product approval, suspend production or plaberanarketing restrictions on our products. Ifulegpry sanctions are applied or if
regulatory approval is delayed or withdrawn, theigaf our company and our operating results vélolversely affected. Additionally, we
will be unable to generate revenue from the satbege products, our potential for generating p@sitash flow will be diminished and the
capital necessary to fund our operations will rdéased.
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If we fail to obtain or maintain orphan drug exclusvity for some of our products, our competitors maysell products to treat the
same conditions and our revenues will be reduced.

As part of our business strategy, we intend to lbgveome drugs that may be eligible for FDA and &phan drug designation. Under
the Orphan Drug Act, the FDA may designate a prbda@n orphan drug if it is intended to treatra tisease or condition, defined as a
patient population of fewer than 200,000 in the .I'8e company that first obtains FDA approval fatesignated orphan drug for a given |
disease receives marketing exclusivity for uséaf tirug for the stated condition for a period®fen years. Orphan drug exclusive marke
rights may be lost if the FDA later determines tifvat request for designation was materially defeotir if the manufacturer is unable to
assure sufficient quantity of the drug. Similarukegions are available in the EU with a ten-yeaiqatof market exclusivity.

Because the extent and scope of patent protediosofne of our drug products is limited, orphangdidesignation is especially
important for our products that are eligible foploan drug designation. For eligible drugs, we ptarely on the exclusivity period under the
Orphan Drug Act to maintain a competitive positiirwe do not obtain orphan drug exclusivity foralrug products that do not have broad
patent protection, our competitors may then sellsshme drug to treat the same condition and oentes will be reduced.

Even though we have obtained orphan drug designédiocertain of our products and product candislated even if we obtain orphan
drug designation for our future product candidatie to the uncertainties associated with devetpplrarmaceutical products, we may no
the first to obtain marketing approval for any arar orphan indication. Further, even if we obtarphan drug exclusivity for a product, t
exclusivity may not effectively protect the prodfrcim competition because different drugs can h@@ped for the same condition. Even
after an orphan drug is approved, the FDA can sjussgly approve the same drug for the same conditiie FDA concludes that the later
drug is safer, more effective or makes a majorrdmution to patient care. Orphan drug designatieither shortens the development time or
regulatory review time of a drug, nor gives thegdamy advantage in the regulatory review or apgrpracess.

We may face competition from biological products aproved through an abbreviated regulatory pathway.

Our Naglazyme and Aldurazyme products, as welleaim of our product candidates, including Vimiziane regulated by the FDA as
biologics under the Federal Food, Drug and Cosmeticor the FDC Act, and the Public Health Serdag. Biologics require the submiss
of a Biologics License Application (BLA), and apped by the FDA prior to being marketed in the UHsstorically, a biologic product
approved under a BLA was not subject to the gertkrig review and approval provisions of the FDC.Atdwever, the Patient Protection
and Affordable Care Act of 2010, as amended byHbalth Care and Education Reconciliation Act of @Qdr collectively, the PPACA,
created a regulatory pathway for the abbreviatguiaal for biological products that are demonsttdtebe “biosimilar’ or “interchangeable”
with an FDA-approved biological product. In ordembeet the standard of interchangeability, a spomest demonstrate that the biosimilar
product can be expected to produce the same dliisalt as the reference product, and for a prothat is administered more than once, that
the risk of switching between the reference prodnct biosimilar product is not greater than thke asmaintaining the patient on the
reference product. Such biosimilars would referdsiotogical products approved in the U.S. The |atablishes a period of 12 years of data
exclusivity for reference products, which protetis data in the original BLA by prohibiting sponsaf biosimilars from gaining FDA
approval based in part on reference to data irotiginal BLA. Our products approved under BLAs vesl as products in development that
may be approved under BLAs, could be referenceuymtsdor such abbreviated BLAS.

To obtain regulatory approval to market our products, preclinical studies and costly and lengthy preitlical and clinical trials are
required and the results of the studies and trialgire highly uncertain.

As part of the regulatory approval process, we mastluct, at our own expense, preclinical studigbe laboratory and clinical trials
on humans for each product candidate. We expectuirder of preclinical studies and clinical trittiat the regulatory authorities will requ
will vary depending on the product candidate, tisease or condition the drug is being developextitiress and regulations applicable to the
particular drug. Generally, the number and sizeliofcal trials required for approval increase lthea the expected patient population that
may be treated with a drug. We may need to perfauttiple preclinical studies using various dosed fommulations before
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we can begin clinical trials, which could resultdelays in our ability to market any of our prodoahdidates. Furthermore, even if we obtain
favorable results in preclinical studies, the resinl humans may be significantly different. Aftee have conducted preclinical studies, we
must demonstrate that our drug products are safefiicacious for use in the targeted human patieanbrder to receive regulatory approval
for commercial sale.

Adverse or inconclusive clinical results would stepfrom filing for regulatory approval of our pract candidates. Additional factors
that can cause delay or termination of our clinidals include:

» slow or insufficient patient enrolimer

» slow recruitment of, and completion of necessastitutional approvals at, clinical site
* longer treatment time required to demonstrate a&dfi¢

» lack of sufficient supplies of the product candé:

» adverse medical events or side effects in treadtiéms;

» lack of effectiveness of the product candidate ¢pédisted; an

» regulatory requests for additional clinical trialspre-clinical studies

Typically, if a drug product is intended to treathaonic disease, as is the case with some of mualugt candidates, safety and efficacy
data must be gathered over an extended periochef twvhich can range from nine months to three yeansore. We also rely on independent
third-party contract research organizations, or GRO perform most of our clinical studies and mangortant aspects of the services
performed for us by the CROs are out of our dicecttrol. If we fail to adequately manage our CR@sf there is any dispute or disruption
our relationship with our CROs, our clinical triamtgy be delayed. Moreover, in our regulatory subioiss, we rely on the quality and valid
of the clinical work performed by third-party CROBany of our CROs’ processes, methodologies sulte were determined to be invalid or
inadequate, our own clinical data and results afated regulatory approvals could adversely be aiggh

If we continue to incur operating losses for a pedd longer than anticipated, we may be unable to cdimue our operations at
planned levels and be forced to reduce our operatis.

Since we began operations in March 1997, we haga begaged in very substantial research and dewelapand operated at a net loss
until 2008. Although we were profitable in 2008 a&@iL0, we operated at a net loss in 2009, 2012ahd. Based upon our current plan for
investments in research and development for egistimd new programs, we expect to operate at asefdr at least the next 12 months. Our
future profitability depends on our marketing aetlisg of Naglazyme, Kuvan and Firdapse, the susfoésontinued commercialization of
Aldurazyme by Genzyme, the receipt of regulatorgrapal of our product candidates, our ability tesessfully manufacture and market any
approved drugs, either by ourselves or jointly vathers, our spending on our development progrardgtee impact of any possible future
business development transactions. The extentrdiutwre losses and the timing of profitability drighly uncertain. If we fail to become
profitable or are unable to sustain profitability @ continuing basis, then we may be unable tameatour operations at planned levels an
forced to reduce our operations.

If we fail to comply with manufacturing regulations, our financial results and financial condition will be adversely affected.

Before we can begin commercial manufacture of esadycts, we, or our contract manufacturers, mutiolvegulatory approval of our
manufacturing facilities, processes and qualityesys. In addition, our pharmaceutical manufactufagjjities are continuously subject to
inspection by the FDA and international regulatanyhorities, before and after product approval. @anufacturing facilities in the U.S. have
been approved by the FDA, the European Commis&@), (and health agencies in other countries fomhaufacture of Aldurazyme and
Naglazyme. The manufacturing facility located ira8bally, Cork, Ireland that we purchased in 2014 i@t yet been approved by the FD/
EMA. In addition, our third-party manufacturerstitties involved with the manufacture of Naglazynkaivan, Firdapse and Aldurazyme
have also been inspected and approved by varigusatery authorities.

Due to the complexity of the processes used to faature our products and product candidates, webraynable to continue to pas:
initially pass federal or international regulatamgpections in a cost effective manner. For theesegason, any potential third-party
manufacturer of Naglazyme, Kuvan, Aldurazyme arrdapse or our product candidates may be unablenply with GMP regulations in a
cost effective manner and may be unable to injtiatlcontinue to pass a federal or internationglitatory inspection.
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If we, or third-party manufacturers with whom wentract, are unable to comply with manufacturingutetions, we may be subject to
fines, unanticipated compliance expenses, recalkmure of our products, total or partial suspemsif production and/or enforcement
actions, including injunctions, and criminal oritjpprosecution. These possible sanctions would el affect our financial results and
financial condition.

*If we fail to obtain the capital necessary to fundour operations, our financial results and financid condition will be adversely
affected and we will have to delay or terminate somor all of our product development programs.

As of September 30, 2013, we had cash, cash equigadnd short and long-term investments totalB&y$% million. On October 15,
2013, we completed an offering of senior subordidatonvertible notes and received net proceedpmbaimately $726.4 million, after
deducting commissions and estimated offering exggepayable by us. Notwithstanding the receipt efrtét proceeds from this offering, we
may require additional financing to fund our futaygerations, including the commercialization of approved drugs and drug product
candidates currently under development, preclirstadies and clinical trials, and potential licenaad acquisitions. We may be unable to
raise additional financing, if needed, due to aetgrof factors, including our financial conditiotine status of our product programs, and the
general condition of the financial markets. If ved fo raise additional financing if we need suuhds, we may have to delay or terminate
some or all of our product development programsamdinancial condition and operating results Wil adversely affected.

We expect to continue to spend substantial amafrdapital for our operations for the foreseeahteife. The amount of capital we will
need depends on many factors, including:

» our ability to successfully market and sell Naglaey Kuvan and Firdaps

* Genzym's ability to continue to successfully commercialiddurazyme;

» the progress and success of our preclinical stadidclinical trials (including studies and the m@cture of materials

« the timing, number, size and scope of our predinstudies and clinical trial

« the time and cost necessary to obtain regulatgoyospls and the costs of post-marketing studieshvimay be required by
regulatory authorities

» the time and cost necessary to develop commereiaufacturing processes, including quality systeans, to build or acquire
manufacturing capabilitie:

» the progress of research programs carried out t

» our possible achievement of milestones identifredur purchase agreements with the former stockineldf LEAD Therapeutics,
Inc., ZyStor, Huxley Pharmaceuticals, Inc., andhizaon Pharmaceuticals Inc. that trigger relate@stidine payment

e any changes made to, or new developments in, astirex collaborative, licensing and other commdrm#ationships or any new
collaborative, licensing and other commercial ietahips that we may establish; ¢

» whether our convertible debt is converted to comstonk in the future

Moreover, our fixed expenses such as rent, liceagenents, interest expense and other contractoahitments are substantial and r
increase in the future. These fixed expenses nagase because we may enter into:

« additional licenses and collaborative agreeme
e additional contracts for product manufacturing;
» additional financing facilities

We may need to raise additional funds from equitglabt securities, loans or collaborative agreeminte are unable to satisfy our
liquidity requirements. The sale of additional s#&tes may result in additional dilution to our skiolders. Furthermore, additional financing
may not be available in amounts or on terms satisfa to us or at all. This could result in thealglreduction or termination of our research,
which could harm our business.
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If we are unable to successfully develop and maintamanufacturing processes for our drug products tgproduce sufficient
guantities at acceptable costs, we may be unablenteet demand for our products and lose potential reenue, have reduced margins c
be forced to terminate a program.

Due to the complexity of manufacturing our produets may not be able to manufacture drug produatsessfully with a commercia
viable process or at a scale large enough to stigpsir respective commercial markets or at acddptaargins.

The development of commercially viable manufactyifimocesses typically is very difficult to achieamad is often very expensive and
may require extended periods of time. Changes imufe@turing processes (including manufacturing laedls), equipment or facilities may
require us to complete clinical trials to receiegulatory approval of any manufacturing improveraeAiso, we may be required to
demonstrate product comparability between a bickgiroduct made after a manufacturing change leagrtoduct made before
implementation of the change through additionaésypf analytical and functional testing or may heveomplete additional clinical studies.
Also, if we contract for manufacturing serviceshwéin unproven process, our contractor is subjettteedame uncertainties, high standards
and regulatory controls, and may therefore expedadtifficulty if further process development is assary.

Even a developed manufacturing process can enaadiffteulties. Problems may arise during manufaictg for a variety of reasons,
including human error, mechanical breakdowns, mnoisl with raw materials and cell banks, malfunctioiimternal information technology
systems, and other events that cannot always emed or anticipated. Many of the processes irchidlogical systems, which add
significant complexity, as compared to chemicaltlgnis. We expect that, from time to time, consistéth biotechnology industry
expectations, certain production lots will failgooduce product that meets our quality controlaséeacceptance criteria. To date, our
historical failure rates for all of our product grams, including Naglazyme, Aldurazyme and Vimiziraye been within our expectations,
which are based on industry norms. If the fail@te increased substantially, we could experienceased costs, lost revenue, damage to
customer relations, time and expense investigatiagause and, depending upon the cause, sinmsisedovith respect to other lots or
products. If problems are not discovered beforgotioeluct is released to the market, recall andymbliability costs may also be incurred.

In order to produce product within our time andtquerameters, we must continue to produce prodithtmour expected success rate
and yield expectations. Because of the compleXitguo manufacturing processes, it may be difficultmpossible for us to determine the
cause of any particular lot failure and we must@if/ely take corrective action in response to failyre in a timely manner.

Although we have entered into contractual relatigps with third-party manufacturers to producedbéve ingredient in Kuvan and
Firdapse, if those manufacturers are unwilling mathle to fulfill their contractual obligations, weay be unable to meet demand for these
products or sell these products at all and we rosg potential revenue. We have contracts for tbdymtion of final product for Kuvan and
Firdapse. We also rely on third-parties for porsiafi the manufacture of Naglazyme and Aldurazyradse manufacturers are unwilling or
unable to fulfill their contractual obligations satisfy demand outside of or in excess of the esital obligations, we may be unable to meet
demand for these products or sell these productt ahd we may lose potential revenue. Further aibailability of suitable contract
manufacturing capacity at scheduled or optimum sifmsenot certain.

In addition, our manufacturing processes subjetb asvariety of federal, state and local laws geglilations governing the use,
generation, manufacture, storage, handling anddimf hazardous materials and wastes resultorg their use. We may incur significant
costs in complying with these laws and regulations.

If we are unable to effectively address manufaotuissues, we may be unable to meet demand fquroducts and lose potential
revenue, have reduced margins, or be forced tdratma program.

Our manufacturing facility for Naglazyme, Aldurazyme and Vimizim is located near known earthquake faulzones, and the
occurrence of an earthquake or other catastrophic idaster could cause damage to our facility and equinent, or that of our third-
party manufacturers or single-source suppliers, wtih could materially impair our ability to manufacture Naglazyme, Aldurazyme
and Vimizim or our third-party manufacturer’s abili ty to manufacture Kuvan or Firdapse.
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Our Galli Drive facility located in Novato, Califoia is currently our only manufacturing facilityrflaglazyme, Aldurazyme and
Vimizim. It is located in the San Francisco Bay Areear known earthquake fault zones and is vultetatsignificant damage from
earthquakes. We, and the third-party manufactwv@éhswhom we contract and our single-source supplié raw materials, which include
many of our critical raw materials, are also vuliiBe to damage from other types of disasters, dnatyfires, floods, power loss and similar
events. If any disaster were to occur, or any testror criminal activity caused significant damageour facilities or the facilities of our third-
party manufacturers and suppliers, our ability Bmofacture Naglazyme, Aldurazyme and Vimizim, ohéwe Kuvan or Firdapse
manufactured, could be seriously, or potentialljnptetely impaired, and our commercialization efahd revenue could be seriously
impaired. The insurance that we carry, the invgntibat we maintain and our risk mitigation plansymat be adequate to cover our losses
resulting from disasters or other business inté¢ionp.

Supply interruptions may disrupt our inventory levels and the availability of our products and cause elays in obtaining
regulatory approval for our product candidates, orharm our business by reducing our revenues.

Numerous factors could cause interruptions in thaply of our finished products, includin

« timing, scheduling and prioritization of productibp our contract manufacturers or a breach of guee@ments by our contract
manufacturers

e labor interruptions

» changes in our sources for manufactur

» the timing and delivery of shipmen

» our failure to locate and obtain replacement mastufers as needed on a timely basis;

» conditions affecting the cost and availability afw materials

Any interruption in the supply of finished productsuld hinder our ability to distribute finishedoglucts to meet commercial demand.

With respect to our product candidates, produatioproduct is necessary to perform clinical triatgl successful registration batches
necessary to file for approval to commercially nedr&nd sell product candidates. Delays in obtaiolimgcal material or registration batches
could delay regulatory approval for our productdidates.

Because the target patient populations for our prodcts are small, we must achieve significant markethare and maintain high
per-patient prices for our products to achieve proitability.

All of our products target diseases with small gratipopulations. As a result, our per-patient griceist be relatively high in order to
recover our development and manufacturing costsaahibve profitability. For Naglazyme and Vimiziihapproved, we must market
worldwide to achieve significant market penetratidrthe product. In addition, because the numbgroténtial patients in the disease
populations are small, it is not only importanfital patients who begin therapy to achieve sigaificmarket penetration of the product, but
we also need to be able to maintain these patientserapy for an extended period of time. Duédexpected costs of treatment for our
products for genetic diseases, we may be unalmeiotain or obtain sufficient market share at ag@high enough to justify our product
development efforts and manufacturing expenses.

If we fail to obtain an adequate level of coveragand reimbursement for our drug products by third-party payers, the sales of oL
drugs would be adversely affected or there may beoncommercially viable markets for our products.

The course of treatment for patients using our petslis expensive. We expect patients to needmeatfor extended periods, and for
some products throughout the lifetimes of the pagieWe expect that most families of patients widt be capable of paying for this treatment
themselves. There will be no commercially viable'keafor our products without coverage and reimborsnt from third-party payers.
Additionally, even if there is a commercially viabharket, if the level of reimbursement is below expectations, our revenue and gross
margins will be adversely affected.
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Third-party payers, such as government or privatdth care insurers, carefully review and incregigichallenge the prices charged for
drugs. Reimbursement rates from private comparaes depending on the third-party payer, the instcegsian and other factors.
Reimbursement systems in international markets signyificantly by country and by region, and reimgement approvals must be obtained
on a country-by-country basis.

Reimbursement in the EU must be negotiated on atopby-country basis and in many countries thedpob cannot be commercially
launched until reimbursement is approved. The timacomplete the negotiation process in each cpuimbighly uncertain, and in some
countries we expect that it may exceed 12 months.

For our future products, we will not know what tieémbursement rates will be until we are ready tokat the product and we actually
negotiate the rates. If we are unable to obtaificseritly high reimbursement rates for our produttey may not be commercially viable or
our future revenues and gross margins may be aslyeafected.

A significant portion of our international sales are made based on special access programs, and changethese programs could
adversely affect our product sales and revenue imése countries.

We make a significant portion of our internatiosales of Naglazyme through special access or “ngragent” programs, which do not
require full product approval. We expect to alsbagt these programs for Vimizim. The specificstloé programs vary from country to
country. Generally, special approval must be olegifor each patient. The approval normally requarespplication or a lawsuit accompar
by evidence of medical need. Generally, the appsdea each patient must be renewed from timerteeti

These programs are not well defined in some camtnd are subject to changes in requirementsuawiihfy levels. Any change to
these programs could adversely affect our abititgell our products in those countries and delégss# the programs are not funded by the
respective government, there could be insufficients to pay for all patients. Further, governmdratge in the past undertaken and may in
the future undertake, unofficial measures to limitchases of our products, including initially dexyycoverage for purchasers, delaying
orders and denying or taking excessively long foraye customs clearance. Any such actions coulémadly delay or reduce our revenues
from such countries.

Without the special access programs, we would teedek full product approval to commercially mar&ed sell our products. This ¢
be an expensive and time-consuming process andsuiggct our products to additional price contrBlscause the number of patients is so
small in some countries, it may not be economidahsible to seek and maintain a full product apakcand therefore the sales in such
country would be permanently reduced or eliminakeat.all of these reasons, if the special accesgrams that we are currently using are
eliminated or restricted, our revenues could beseshbly affected.

If we fail to compete successfully with respect tproduct sales, we may be unable to generate suffcit sales to recover our
expenses related to the development of a productggram or to justify continued marketing of a produa and our revenue could be
adversely affected.

Our competitors may develop, manufacture and mamagtucts that are more effective or less expertbiae ours. They may also obt
regulatory approvals for their products faster tivancan obtain them (including those products witthan drug designation) or
commercialize their products before we do. If wendbcompete successfully, our revenue would bel@ely affected, and we may be un:
to generate sufficient sales to recover our experaated to the development of a product prograto justify continued marketing of a
product.

Government price controls or other changes in priaig regulation could restrict the amount that we areable to charge for our
current and future products, which would adverselyaffect our revenue and results of operations.

We expect that coverage and reimbursement maydoeaisingly restricted both in the U.S. and inteomatlly. The escalating cost of
health care has led to increased pressure on tih leare industry to reduce costs. Governmentlpgivate thirdparty payers have propos
health care reforms and cost reductions. A numbgrderal and state proposals to control the cbkealth care, including the cost of drug
treatments, have been made in the U.S. In somenaitenal markets, the government controls themgiovhich can affect the profitability of
drugs. Current government regulations and pos8iltlge legislation regarding health care may afteaterage and reimbursement for mec
treatment by third-party payers, which may rendergroducts not commercially viable or may adversdfect our future revenues and gross
margins.

45



Table of Contents

International operations are also generally sulifeetensive price and market regulations, antethee many proposals for additional
cost-containment measures, including proposalsibatd directly or indirectly impose additional p&i controls or mandatory price cuts or
reduce the value of our intellectual property pmitf. As part of these cost containment measumagscountries have imposed or threatened
to impose revenue caps limiting the annual volufreates of Naglazyme. To the extent that these aspsignificantly below actual demand,
our future revenues and gross margins may be aslyeaffected.

We cannot predict the extent to which our busimeag be affected by these or other potential futegéslative or regulatory
developments. However, future price controls oeotthanges in pricing regulation could restrictahgount that we are able to charge for our
current and future products, which would adverséigct our revenue and results of operations.

*Government health care reform could increase our ests, and would adversely affect our revenue and salts of operations.

Our industry is highly regulated and changes intaay adversely impact our business, operationsmanéial results. The PPACA is a
sweeping measure intended to expand healthcareagmavithin the U.S., primarily through the impasitof health insurance mandates on
employers and individuals and expansion of the lgediprogram.

Several provisions of the new law, which have vagyeffective dates, may affect us and will likehgiease certain of our costs. For
example, the Medicaid rebate rate was increasedhandolume of rebated drugs has been expandeatitede beneficiaries in Medicaid
managed care organizations. Among other thingsPE®CA also expanded the 340B drug discount prodexciuding orphan drugs),
including the creation of new penalties for non-gtiance; included a 50% discount on brand namegfagMedicare Part D participants in
the coverage gap, or “donut hole,” and imposedvafee on certain manufacturers and importers afideed prescription drugs (excluding
orphan drugs under certain conditions). The law edvised the definition of “average manufactunéegd for reporting purposes, which coi
increase the amount of the Medicaid drug rebatebtpastates.

In addition, other legislative changes have beep@sed and adopted since PPACA was enacted. Thasges include aggregate
reductions to Medicare payments to providers aofoup% per fiscal year, which went into effect onrih, 2013. In January 2013, President
Obama signed into law the American Taxpayer Rélatfof 2012, which, among other things, furtherueeld Medicare payments to several
types of providers and increased the statute afdtions period for the government to recover oagrpents to providers from three to five
years. These new laws may result in additional ¢gdas in Medicare and other healthcare fundingctvicould have a material adverse ef
on our customers and accordingly, our financialrafpens.

We anticipate that PPACA, as well as other heaithoaform measures that may be adopted in thedfuinay result in more rigorous
coverage criteria and an additional downward presso the reimbursement our customers may receiveur products. Any reduction in
reimbursement from Medicare and other governmesgnams may result in a similar reduction in payradrdm private payors. The
implementation of cost containment measures ondtbalthcare reforms may prevent us from being &bigenerate revenue, attain
profitability, or commercialize our products.

We face credit risks from customers that may adverdy affect our results of operations.

Our product sales to governmamned or supported customers in various countiigsiae of the U.S. are subject to significant payi
delays due to government funding and reimburseimeatices. This has resulted and may continuesidtren an increase in days sales
outstanding due to the average length of timewleahave accounts receivable outstanding. If sigaifi changes were to occur in the
reimbursement practices of these governmentsgmiérnment funding becomes unavailable, we mayaeatble to collect on amounts due
us from these customers and our results of opasatimuld be adversely affected.

If we are found in violation of federal or state “fraud and abuse”laws, we may be required to pay a penalty or be spended from
participation in federal or state health care progams, which may adversely affect our business, finaial condition and results of
operation.
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We are subject to various federal and state health “fraud and abuse” laws, including anti-kickb&aows, false claims laws and laws
related to ensuring compliance. The federal headtle program anti-kickback statute makes it illégabny person, including a
pharmaceutical company, to knowingly and willfuliffer, solicit, pay or receive any remuneratiomedily or indirectly, in exchange for or to
induce the referral of business, including the pase, order or prescription of a particular drogwhich payment may be made under fec
health care programs, such as Medicare and Medidaider federal government regulations, certaiaragements, or safe harbors, are
deemed not to violate the federal anti-kickbackuséa However, the exemptions and safe harbordraren narrowly, and practices that
involve remuneration not intended to induce présieg, purchases or recommendations may be sulbjectttiny if they do not qualify for ¢
exemption or safe harbor. Our practices may natlinases meet all of the criteria for safe hagotection from anti-kickback liability,
although we seek to comply with these safe harbtddations of the anti-kickback statute are punisle by imprisonment, criminal fines,
civil monetary penalties and exclusion from papition in federal healthcare programs.

Federal and state false claims laws prohibit amggrefrom knowingly presenting, or causing to besented, a false claim for payment
to the federal government, or knowingly makingcausing to be made, a false statement to have@adkilim paid. In addition, certain
marketing practices, including off-label promotionay also violate false claims laws. Under the Heellsurance Portability and
Accountability Act of 1996, we also are prohibitiedm knowingly and willfully executing a schemedefraud any health care benefit
program, including private payers, or knowingly awtfully falsifying, concealing or covering upraaterial fact or making any materially
false, fictitious or fraudulent statement in corti@twith the delivery of or payment for health edoenefits, items or services. Sanctions L
these federal and state laws may include civil rtemyepenalties, exclusion of a manufacturer’s potslfrom reimbursement under
government programs, criminal fines and imprisonimen

Many states have adopted laws similar to the fé@detikickback statute, some of which apply tceredl of patients for health care
services reimbursed by any source, not just goventah payers.

Substantial new provisions affecting compliance &lave been adopted, which may require us to madifyjbusiness practices with
health care practitioners. PPACA, among other #hingquires drug manufacturers to collect and tdpformation on payments or transfers
of value to physicians and teaching hospitals, @l @& investment interests held by physiciansthaeit immediate family members during
preceding calendar year. Failure to submit requimémmation may result in civil monetary penalti#®ie CMS has issued a final rule that
requires manufacturers to begin collecting requinéokrmation on August 1, 2013 with the first repodue March 31, 2014 (and by the 90th
day of each calendar year thereafter) and puldicaif the reported data in a searchable form ambdigpwebsite beginning September 30,
2014.

In addition, there has been a recent trend of aseré state regulation of payments made to physic@ertain states mandate
implementation of compliance programs, complianié e Office of Inspector General Compliance Pang Guidance for Pharmaceutical
Manufacturers and the PhRMA Code on Interactiorik Wealthcare Professionals, and/or the trackirgraporting of gifts, compensation,
and other remuneration to physicians. The shiftiogpliance environment and the need to implemesiegys to comply with multiple
jurisdictions with different compliance and/or refing requirements increases the possibility thaharmaceutical manufacturer may viol
one or more of the requirements.

While we believe we have structured our businesmgements to comply with these laws, becauseedbitbadth of these laws, the
narrowness of available statutory and regulatogepkions and the increased focus by law enforceagecies in enforcing such laws, it is
possible that some of our business activities cbaldubject to challenge under one or more of fawh. In addition, recent health care
reform legislation has strengthened , these laasekample, the PPACA, among other things, amdamalintent requirement of the federal
anti-kickback and criminal healthcare fraud statufe person or entity no longer needs to have dkh@wledge of this statute or specific
intent to violate it. Moreover, the PPACA providbat the government may assert that a claim inolyiems or services resulting from a
violation of the federal anti-kickback statute ciituges a false or fraudulent claim for purposethef False Claims Act. If we are found in
violation of one of these laws, we may be subjeatriminal, civil or administrative sanctions, inding debarment, suspension or exclusion
from participation in federal or state health qaregrams any of which could adversely affect owibess, financial condition and results of
operation.
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We conduct a significant amount of our sales and @pations outside of the U.S., which subjects us smlditional business risks
that could adversely affect our revenue and resultef operations.

A significant portion of the sales of Aldurazymedadaglazyme and all of the sales of Firdapse anemgged from countries other than
the United States. Additionally, we have operatimnseveral European countries, Brazil, other LAtinerican countries, Turkey and Asia.
We expect that we will continue to expand our in&ional operations in the future. Internationatigions inherently subject us to a number
of risks and uncertainties, including:

» changes in international regulatory and complisreciirements that could restrict our ability to mfacture, market and sell our
products;

» political and economic instabilit

» diminished protection of intellectual property ionse countries outside of the U.
» trade protection measures and import or exponh$itey requirement:

» difficulty in staffing and managing internationglerations

« differing labor regulations and business practi

» potentially negative consequences from changesimerpretations of tax law.

« changes in international medical reimbursementpsdiand program:

« financial risks such as longer payment cyclesjdliffy collecting accounts receivable and exposarfuctuations in foreign
currency exchange rates; ¢

» regulatory and compliance risks that relate to mad@iing accurate information and control over saled distributors’ and service
providers activities that may fall within the purview of tik@reign Corrupt Practices A«

Any of these factors may, individually or as a grpbave a material adverse effect on our busine$sesults of operations.

As we continue to expand our existing internatia@drations, we may encounter new risks. For exanasl we focus on building our
international sales and distribution networks iavmgographic regions, we must continue to devedtgtionships with qualified local
distributors and trading companies. If we are metessful in developing and maintaining these imahips, we may not be able to grow
sales in these geographic regions. These or othéasrisks could adversely affect our revenue prafitability.

If we are unable to protect our proprietary technobgy, we may not be able to compete as effectively.

Where appropriate, we seek patent protection faaiteaspects of our technology. Patent proteatiay not be available for some of
products we are developing. If we must spend siganit time and money protecting or enforcing ouepts, designing around patents helc
others or licensing, potentially for large feestgpas or other proprietary rights held by others, lmusiness and financial prospects may be
harmed.

The patent positions of biopharmaceutical prodacéscomplex and uncertain. The scope and extgdateht protection for some of our
products and product candidates are particulartetain because key information on some of ourypebdandidates has existed in the public
domain for many years. The composition and gersetipiences of animal and/or human versions of NaglezAldurazyme, and many of ¢
product candidates have been published and amvbdlto be in the public domain. The chemical stmecof BH4 (the active ingredient in
Kuvan) and 3,4-DAP (the active ingredient in Firs@phave also been published. Publication of tii@rmation may prevent us from
obtaining or enforcing patents relating to our ptd and product candidates, including withoutt#tdn composition-of-matter patents,
which are generally believed to offer the strongagént protection.

We own or have licensed patents and patent apipliatelated to Naglazyme, Kuvan, Aldurazyme anddfise and certain of our
product candidates, including Vimizim. However,d6gatents and patent applications do not ensargrdtection of our intellectual property
for a number of reasons, including without limitetithe following:

*  With respect to pending patent applications, undéesbuntil actually issued, the protective valu¢helse applications is impossible
to determine. We do not know whether our patentiegpons will result in issued paten
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» Competitors may interfere with our patent process variety of ways. Competitors may claim thaytivented the claimed
invention prior to us or that they filed their ajggtion for a patent on a claimed invention befeeedid. Competitors may also
claim that we are infringing on their patents ameréfore we cannot practice our technology. Cortgrstmay also contest our
patents by showing the patent examiner or a chattthe invention was not original, was not nowelvas obvious, for example.
litigation, a competitor could claim that our isdygatents are not valid or are unenforceable farraber of reasons. If a court
agrees, we would not be able to enforce that paféathave no meaningful experience with competitatexfering with or
challenging the validity or enforceability of ouatents or patent applicatior

» Enforcing patents is expensive and may absorbfiignt time of our management. Management woulagpess time and
resources on developing products, which could as@eur operating expenses and delay product pnsgi&e may not have the
financial ability to sustain a patent infringemeuwtion, or it may not be financially reasonable&oso.

» Receipt of a patent may not provide much, if amgcpical protection. For example, if we receiveadept with a narrow scope, tt
it will be easier for competitors to design produtttat do not infringe on our pate

* The recently enacted America Invents Act, whiclomefed certain patent laws in the U.S., may credtitianal uncertainty.
Among the significant changes are switching froffirat-to-invent” system to a “first-to-file” systa, and the implementation of
new procedures that permit competitors to challengepatents in the U.S. Patent Office after gr

In addition, competitors may also seek intellechraberty protection for their technology. Due lte amount of intellectual property in
our field of technology, we cannot be certain thratdo not infringe intellectual property rightsa@impetitors or that we will not infringe
intellectual property rights of competitors grantedtreated in the future. For example, if a patender believes our product infringes their
patent, the patent holder may sue us even if we heseived patent protection for our technologgolineone else claims we infringe their
intellectual property, we would face a number stiss, including the following:

» Defending a lawsuit, which takes significant tinmelaesources and can be very expen:
» If a court decides that our product infringes a petitor’'s intellectual property, we may have to pay sulistbdamages

» With respect to patents, in addition to requirirsgtal pay substantial damages, a court may pralmsbitom making, selling,
offering to sell, importing or using our productiess the patent holder licenses the patent tohes patent holder is not required
grant us a license. If a license is available,aymot be available on commercially reasonable $efror example, we may have to
pay substantial royalties or grant cross licensasit patents and patent applicatic

* We may need to redesign our product so it doefringe the intellectual property rights of othe

* Redesigning our product so it does not infringeititellectual property rights of competitors mayt be possible or could require
substantial funds and tim

It is also unclear whether our trade secrets aegately protected. Our employees, consultantsmiractors may unintentionally or
willfully disclose trade secrets to competitorsf@ning a claim that someone else illegally obtdiaad is using our trade secrets, as with
patent litigation, is expensive and time consumieguires significant resources and the outconnapgedictable. In addition, courts outside
the U.S. are sometimes less willing to protectdrselcrets. Furthermore, our competitors may indégraty develop equivalent knowledge,
methods and know-how, in which case we would nadtide to enforce our trade secret rights agairedt sampetitors.

We may also support and collaborate in researcHumiad by government organizations, hospitals,amities or other educational
institutions. These research partners may be ungitb grant us any exclusive rights to technologproducts derived from these
collaborations.

If we do not obtain required licenses or rights,ageld encounter delays in our product developra#fotts while we attempt to design
around other patents or may be prohibited from n@kiising, importing, offering to sell or sellingpducts requiring these licenses or rights.
There is also a risk that disputes may arise #setoights to technology or products developedoiteboration with other parties. If we are not
able to resolve such disputes and obtain the leosrights we need, we may not be able to devaioparket our products.
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If our Manufacturing, Marketing and Sales Agreement(MMS Agreement) with Genzyme were terminated, weauld be
prevented from continuing to commercialize Aldurazyne or our ability to successfully commercialize Aldrazyme would be delayed o
diminished.

Either party may terminate the Manufacturing, Méirkggand Sales Agreement (MMS Agreement), betweenz@me and us related to
Aldurazyme for specified reasons, including if tither party is in material breach of the MMS, hggegienced a change of control, as such
term is defined in the MMS agreement, or has dedl@ankruptcy and also is in breach of the MMSh@édigh we are not currently in breach
of the MMS, there is a risk that either party cobfdach the MMS in the future. Either party maydé&rminate the MMS upon one year prior
written notice for any reason.

If the MMS Agreement is terminated for breach, bheaching party will transfer its interest in BioMdGenzyme LLC, or the LLC, to
the non-breaching party, and the non-breaching pett pay a specified buyout amount for the braagtparty’s interest in Aldurazyme and
in the LLC. If we are the breaching party, we woldgle our rights to Aldurazyme and the relatedllietéual property and regulatory
approvals. If the MMS Agreement is terminated withcause, the non-terminating party would haveottéon, exercisable for one year, to
buy out the terminating partyinterest in Aldurazyme and in the LLC at a spedibuyout amount. If such option is not exercisgrights tc
Aldurazyme will be sold and the LLC will be dissetl: In the event of termination of the buyout optigithout exercise by the non-
terminating party as described above, all right gthelto Aldurazyme is to be sold to the highesider, with the proceeds to be split between
Genzyme and us in accordance with our percentageest in the LLC.

If the MMS Agreement is terminated by either pdrgcause the other party declared bankruptcy, tha@rtating party would be
obligated to buy out the other party and would wbé&dl rights to Aldurazyme exclusively. If the MM&greement is terminated by a party
because the other party experienced a change tbtdhe terminating party shall notify the othgarty, the offeree, of its intent to buy out
the offeree’s interest in Aldurazyme and the LL€dcstated amount set by the terminating partisatiscretion. The offeree must then either
accept this offer or agree to buy the terminatiagyjs interest in Aldurazyme and the LLC on theaene terms. The party who buys out the
other party would then have exclusive worldwidédntiggto Aldurazyme. The Amended and Restated Caitdiom Agreement between us and
Genzyme will automatically terminate upon the effecdate of the termination of the MMS Agreememd anay not be terminated
independently from the MMS Agreement.

If we were obligated, or given the option, to buy Genzymes interest in Aldurazyme and the LLC, and there@iy @xclusive rights t
Aldurazyme, we may not have sufficient funds tosdaand we may not be able to obtain the finan@ndptso. If we fail to buy out
Genzyme’s interest, we may be held in breach oatreement and may lose any claim to the righfddarazyme and the related intellectual
property and regulatory approvals. We would thdaatively be prohibited from developing and comniedizing Aldurazyme. If this
happened, not only would our product revenues dserebut our share price would also decline.

Based on our strategic alliance with Merck Seronajnless Merck Serono “opts in” to the PEG-PAL progran, we will not realize
any cost sharing for the development expenses, déygment milestones, or royalties for ex-U.S. sales.

In May 2005, we entered into an agreement with lM&erono for the further development and commeeeiabn of Kuvan (and any
other product containing 6R-BH4) and PEG-PAL forlPKRursuant to that agreement, we received develapmilestones on Kuvan and
receive royalties on sales by Merck Serono. Adddlly, we may be entitled to development milestomad royalties related to PEG-PAL.
However, Merck Serono has “opted out” of the PEQ-Rl&velopment program. Unless and until it elegteyit in, it is not obligated to pay
any of the milestones related to the program eeitbburse us for any of the development costs. #atdilly, even though Merck Serono has
opted out, we do not have any right to commera@aREG-PAL outside of the U.S. and Japan or to grapdne else such rights.

Merck Serono may elect to opt in at any time. IfrbkeSerono opts in to the PEG-PAL development @mogbefore the unblinding of
the first Phase 3 trial for PEG-PAL, it must pay4’6f the Phase 3 costs incurred prior to the optrici the $7,000,000 Phase 3 initiation
milestone. If it opts in after unblinding of thedfi Phase 3 trial for
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PEG-PAL, it must pay 100% of the Phase 3 costsrirduprior to the opt-in and the $7,000,000 Phagetiation milestone. Additionally, in
all cases after it opts in to the PEG-PAL developnpeogram, Merck Serono would be obligated to pag half of future development costs
under the agreement and any further milestonesidder the agreement. If Merck Serono does notrgjit will not have the right to use any
of the clinical or other independently developethda

We cannot determine when or if Merck Serono will iopto the PEG-PAL development program. If Merek@&o does not opt in, we
will not receive any milestones under the agreemenwill there be any sales outside of the U.Slagran generating revenue from royalties
or otherwise.

If we fail to compete successfully with respect tacquisitions, joint ventures or other collaborationopportunities, we may be
limited in our ability to develop new products andto continue to expand our product pipeline.

Our competitors compete with us to attract orgaiuna for acquisitions, joint ventures, licensiggmgements or other collaborations.
To date, several of our product programs have kequired through acquisitions, such as BMN-701BdN-673 and several of our product
programs have been developed through licensinglaborative arrangements, such as Naglazyme, Aldune, Kuvan and Firdapse. These
collaborations include licensing proprietary tedogg from, and other relationships with, acadensigaarch institutions. Our future success
will depend, in part, on our ability to identify @itional opportunities and to successfully entéo ipartnering or acquisition agreements for
those opportunities. If our competitors succesgfatiter into partnering arrangements or licenseegents with academic research
institutions, we will then be precluded from purgyithose specific opportunities. Since each ofelogportunities is unique, we may not be
able to find a substitute. Several pharmaceuticdldotechnology companies have already establigferdselves in the field of genetic
diseases. These companies have already begun mangeal/elopment programs, some of which may talipetases that we are also
targeting, and have already entered into partnenmglicensing arrangements with academic reseastitutions, reducing the pool of
available opportunities.

Universities and public and private research in8tihs also compete with us. While these orgaronatprimarily have educational or
basic research objectives, they may develop prapyieechnology and acquire patents that we mayg farethe development of our product
candidates. We will attempt to license this prajarng technology, if available. These licenses matyte available to us on acceptable tern
at all. If we are unable to compete successfullhwéspect to acquisitions, joint venture and otlediaboration opportunities, we may be
limited in our ability to develop new products aondcontinue to expand our product pipeline.

If generic manufacturers use litigation and regulabry means to obtain approval for generic versionsfduvan, our revenue and
results of operations would be adversely affected.

The Hatch Waxman Act permits the FDA to approverabiated new drug applications, or ANDAs, for geaeersions of branded
drugs. We refer to this process as the “ANDA preteBhe ANDA process permits competitor compan@stitain marketing approval for a
drug with the same active ingredient for the sas®sibut does not generally require the conducsahrhission of clinical efficacy studies -
that product. In place of such clinical studiesANDA applicant usually needs only to submit da¢anenstrating that its product is
bioequivalent to the branded product based on piieokinetic studies. Pursuant to the Hatch Waxmandemnpanies were able to file an
ANDA application for the active ingredient in Kuvahany time after December 2011. At present, we m@ information that any other pa
has filed or has conducted the bioequivalency sheyessary to file an ANDA for Kuvan.

The Hatch Waxman Act requires an applicant forugdhat relies, at least in part, on our data miggrthe safety and efficacy of
Kuvan, to notify us of their application and poiahinfringement of our patents listed in the FBAApproved Drug Products with Therape!
Equivalence Evaluations (Orange Book). Upon rea#fit notice alleging that our patents listed ia @range Book are invalid or not
infringed by the proposed competitor product (peaph iv notice), we would have 45 days to bringatept infringement suit in federal
district court against the company seeking appréoals product. The discovery, trial and appgalscess in such suits can take several y
If we commence such a suit alleging infringemenbé or more of our Orange Book listed patentsiwid days from receipt of the
paragraph iv notice, the Hatch Waxman Act provia@®-month stay on the FDA'’s approval of the coiitques application. If the litigation i
resolved in favor of the applicant or the challehgatent expires during
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the 30-month stay period, the stay is lifted arelRDA’s review of the application may be complet8dch litigation is often timeonsuming
costly and may result in competition if such paf@nére not upheld or if the competitor does nbitrige such patent(s). However, generic
versions of Kuvan would be prohibited until the eapon of orphan drug exclusivity in December 2@¥4June 2015 if we receive pediatric
exclusivity.

The filing of an ANDA application in respect to Kav could have an adverse impact on our stock pridditigation to enforce our
patents is likely to cost a substantial amountr@ggire significant management attention. If theepes covering Kuvan were not upheld in
litigation or if the generic competitor is foundrot infringe these patents, the resulting genmiapetition following the expiration of orph.
exclusivity would have a material adverse effecbanrevenue and results of operations.

If we do not achieve our projected development gaosiin the timeframes we announce and expect, the camarcialization of our
products may be delayed and the credibility of oumanagement may be adversely affected and, as a réésour stock price may
decline.

For planning purposes, we estimate the timing efatcomplishment of various scientific, clinicagulatory and other product
development goals, which we sometimes refer toikestones. These milestones may include the comemeait or completion of scientific
studies and clinical trials and the submissioregiutatory filings. From time to time, we publiclprsounce the expected timing of some of
these milestones. All of these milestones are basexdvariety of assumptions. The actual timinghese milestones can vary dramatically
compared to our estimates, in many cases for redsmyond our control. If we do not meet these noless as publicly announced, the
commercialization of our products may be delayetithe credibility of our management may be advgra#fiected and, as a result, our stock
price may decline.

We depend upon our key personnel and our ability tattract and retain employees.

Our future growth and success will depend in lgrget on our continued ability to attract, retairgmage and motivate our employees.
The loss of the services of any member of our senamagement or the inability to hire or retain@xgnced management personnel could
adversely affect our ability to execute our bussnglsin and harm our operating results.

Because of the specialized scientific and manalgaaiare of our business, we rely heavily on odlitglio attract and retain qualified
scientific, technical and managerial personnepdrticular, the loss of one or more of our seni@aaitive officers could be detrimental to us
if we do not have an adequate succession plarveg dannot recruit suitable replacements in a im&nner. While our senior executive
officers are parties to employment agreements usgtithese agreements do not guarantee that thienemihin employed with us in the future.
In addition, in many cases, these agreements deestrict our senior executive officers’ ability compete with us after their employment is
terminated. The competition for qualified personinghe pharmaceutical field is intense, and thewelimited pool of qualified potential
employees to recruit. Due to this intense competjtive may be unable to continue to attract aradrreualified personnel necessary for the
development of our business or to recruit suitabpdacement personnel. If we are unsuccessful imemruitment and retention efforts, our
business may be harmed.

Our success depends on our ability to manage our guwth.

Product candidates that we are currently developingay acquire in the future may be intended &irgmt populations that are
significantly larger than any of MPS |, MPS VI, PKdd LEMS. In order to continue development and rating of these products, if
approved, we will need to significantly expand operations. To manage expansion effectively, wel neeontinue to develop and improve
our research and development capabilities, manufagtand quality capacities, sales and marketappbilities, financial and administrative
systems and standard processes for global opesathan staff, financial resources, systems, pro@sdar controls may be inadequate to
support our operations and may increase our expdseuegulatory and corruption risks and our manegg may be unable to manage
successfully future market opportunities or ouatiehships with customers and other third-parties.

Changes in methods of treatment of disease coulddece demand for our products and adversely affectavenues.
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Even if our drug products are approved, if doctdext a course of treatment which does not inctudedrug products, this decision
would reduce demand for our drug products and aglerffect revenues. For example, if gene thelsmpmes widely used as a treatmer
genetic diseases, the use of enzyme replacemeaptheuch as Naglazyme and Aldurazyme in MPS deseaould be greatly reduced.
Changes in treatment method can be caused byttoeuction of other companies’ products or the dgy@ent of new technologies or
surgical procedures which may not directly competh ours, but which have the effect of changingvhanctors decide to treat a disease.

If product liability lawsuits are successfully brought against us, we may incur substantial liabilitis.

We are exposed to the potential product liabilisks inherent in the testing, manufacturing andketimg of human pharmaceuticals.
We maintain insurance against product liability $ants for commercial sale of our products and lfer ¢linical trials of our product
candidates. Pharmaceutical companies must baleeam®st of insurance with the level of coveragesiam estimates of potential liability.
Historically, the potential liability associatedttviproduct liability lawsuits for pharmaceuticabgucts has been unpredictable. Although we
believe that our current insurance is a reasoregilmate of our potential liability and represemtsommercially reasonable balancing of the
level of coverage as compared to the cost of therance, we may be subject to claims in conneatitmour clinical trials and commercial
use of Naglazyme, Kuvan, Aldurazyme and Firdapseuoclinical trials for PEG-PAL, Vimizim, BMN-7QIBMN-673, BMN-111 or BMN-
190 for which our insurance coverage may not beaate.

The product liability insurance we will need to aibtin connection with the commercial sales of maduct candidates if and when tt
receive regulatory approval may be unavailable @aningful amounts or at a reasonable cost. Iniaddivhile we continue to take what we
believe are appropriate precautions, we may belenatavoid significant liability if any productbility lawsuit is brought against us. If we
are the subject of a successful product liabiligma that exceeds the limits of any insurance cagemwe obtain, we may incur substantial
charges that would adversely affect our earningsraquire the commitment of capital resources tiight otherwise be available for the
development and commercialization of our produogpams.

We rely significantly on information technology andany failure, inadequacy, interruption or security lapse of that technology,
including any cybersecurity incidents, could harm ar ability to operate our business effectively.

We rely significantly on our information technologpd manufacturing infrastructure to effectivelymage and maintain our inventory
and internal reports, to manufacture and ship prtsdio customers and to timely invoice them. Aniufa, inadequacy or interruption of that
infrastructure or security lapse of that technolaggluding cybersecurity incidents could harm ability to operate our business effectively.
Our ability to manage and maintain our inventorgl arternal reports, to manufacture and ship oudpets to customers and timely invoice
them depends significantly on our enterprise resmptanning, production management, and othernmdition systems. Cybersecurity attacks
in particular are evolving and include, but are limotted to, malicious software, attempts to gairauthorized access to data and other
electronic security breaches that could lead tugisons in systems, misappropriation of our coefitial or otherwise protected information
and corruption of data. Cybersecurity incidentsite®y in the failure of our enterprise resourcanpling system, production management or
other systems to operate effectively or to integyvaith other systems, or a breach in security beotinauthorized access of these systems,
may affect our ability to manage and maintain owentory and internal reports, and result in delaygoduct fulfilment and reduced
efficiency of our operations. A breach in secunitgauthorized access resulting in misappropriatioeft, or sabotage with respect to our
proprietary and confidential information, includingsearch or clinical data could require significeapital investments to remediate any such
failure, problem or breach, all of which could abady affect our business, financial condition a@sults of operations.

*Qur business is affected by macroeconomic conditits.

Various macroeconomic factors could adversely affec business and the results of our operatioddiaancial condition, including
changes in inflation, interest rates and foreigmency exchange rates and overall economic comditamd uncertainties, including those
resulting from the current and future conditionshia global financial markets. For instance, ifatibn or other factors were to significantly
increase our business costs, it may not be feasilpass through price increases on to our custrher to the process by which health care
providers are reimbursed for our products by theegament. Interest rates, the liquidity of the d@rethrkets and the volatility of the capital
markets could also affect the value of our investim@nd our ability to liquidate our investment®ider
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to fund our operations. We purchase or enter intareety of financial instruments and transactiansluding investments in commercial
paper, the extension of credit to corporationdijtintions and governments and hedging contracemnyfof the issuers or counter parties to
these instruments were to default on their oblageg;j it could materially reduce the value of tlamgaction and adversely affect our cash
flows.

For the nine months ended September 30, 2013 aippaitedy 4% of our net product revenues were froem3buthern European
countries of Italy, Spain, Portugal and Greece.r@gjmately 12% of our total accounts receivabl®@BSeptember 30, 2013 related to such
countries and we have included an allowance fobtfaliaccounts for certain accounts receivable f@raece. If the financial conditions of
these countries continues to decline, a substaidion of the receivables may be uncollectableictv would mean we would have to
provide for additional allowances for doubtful agnts or cease selling products in these countidser of which could adversely affect our
results of operations. Additionally, if one or marfethese countries were unable to purchase owugts, our revenue would be adversely
affected.

Interest rates and the ability to access crediketarcould also adversely affect the ability of oustomers/distributors to purchase, pay
for and effectively distribute our products. Simljathese macroeconomic factors could affect thiéta of our contract manufacturers, sole-
source or single-source suppliers to remain infmss or otherwise manufacture or supply produdiifeaby any of them to remain a going
concern could affect our ability to manufacturedarcts.

Risks Related to Ownership of Our Securities
Our stock price may be volatile, and an investmenh our stock could suffer a decline in value.

Our valuation and stock price since the beginniigaaling after our initial public offering have ¢hao meaningful relationship to
current or historical earnings, asset values, h@blie or many other criteria based on conventioredsures of stock value. The market price
of our common stock will fluctuate due to factamsluding:

» product sales and profitability of Naglazyme, Aldeyme, Kuvan and Firdaps
* manufacture, supply or distribution of Naglazyméjuwazyme, Kuvan and Firdaps

» progress of our product candidates through thelatay process and our ability to successfully careialize any such products
that receive regulatory approv

» results of clinical trials, announcements of tedbgizal innovations or new products by us or ounpetitors;

* government regulatory action affecting our prodrastdidates or our competitors’ drug products irhlibe U.S. and non U.S.
countries;

» developments or disputes concerning patent or j@apy rights;

» general market conditions and fluctuations foraheerging growth and pharmaceutical market sec

» economic conditions in the U.S. or abro

» broad market fluctuations in the U.S., EU or inestharts of the worlc

e actual or anticipated fluctuations in our operatiagults; ant

» changes in company assessments or financial esrbgtsecurities analys

In the past, following periods of large price deek in the public market price of a company’s séesr securities class action litigation

has often been initiated against that companygéiibn of this type could result in substantialts@nd diversion of management’s attention
and resources, which would hurt our business. Alweese determination in litigation could also sgbjes to significant liabilities. In additic

the current decline in the financial markets ardteel factors beyond our control, including thedidrand mortgage crisis in the U.S. and
worldwide, may cause our stock price to declinedigmnd unexpectedly.

*Recent and future regulatory actions and other eviets may adversely affect the trading price and ligidity of our senior
subordinated convertible notes.

We expect that many investors in, and potentiatipasers of, our notes will employ, or seek to emphoconvertible arbitrage strategy
with respect to the notes. Investors would typjcatiplement such a strategy by selling
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short the common stock underlying our senior suibatdd convertible notes and dynamically adjustivegr short position while continuing
to hold the notes. Investors may also implemesttifpe of strategy by entering into swaps on oanroen stock in lieu of or in addition to
short selling the common stock.

The SEC and other regulatory and self-regulatoth@ities have implemented various rules and taletain actions, and may in the
future adopt additional rules and take other astitimat may impact those engaging in short sedlctiyity involving equity securities
(including our common stock). Such rules and astioclude Rule 201 of SEC Regulation SHO, the ddogiy the Financial Industry
Regulatory Authority, Inc. of a “Limit Up-Limit Dow” program, the imposition of market-wide circuiebkers that halt trading of securities
for certain periods following specific market deels, and the implementation of certain regulatefgrms required by the Dodd-Frank Wall
Street Reform and Consumer Protection Act of 28HY. governmental or regulatory action that restritie ability of investors in, or
potential purchasers of, our senior subordinaten/edible notes to effect short sales of our comstogk or enter into swaps on our common
stock could adversely affect the trading price thadliquidity of the notes.

In addition, if investors and potential purchasasking to employ a convertible arbitrage strasagyunable to borrow or enter into
swaps on our common stock, in each case on comatign@asonable terms, the trading price and lidyiof our senior subordinated
convertible notes may be adversely affected.

Anti-takeover provisions in our charter documents ad under Delaware law may make an acquisition of ysvhich may be
beneficial to our stockholders, more difficult.

We are incorporated in Delaware. Certain anti-take@rovisions of Delaware law and our charter doents as currently in effect may
make a change in control of our company more diffjeven if a change in control would be benefitiathe stockholders. Our anti-takeover
provisions include provisions in our certificateioforporation providing that stockholders’ meesingay only be called by our Board of
Directors and provisions in our bylaws providingttthe stockholders may not take action by writtensent and requiring that stockholders
that desire to nominate any person for electiooutoBoard of Directors or to make any proposal wéthpect to business to be conducted at a
meeting of our stockholders be submitted in appat@iform to our Secretary within a specified périd time in advance of any such
meeting. Additionally, our Board of Directors hag tauthority to issue shares of preferred stocktamigtermine the terms of those shares of
stock without any further action by our stockhotdérhe rights of holders of our common stock atges to the rights of the holders of any
preferred stock that may be issued. The issuanpeefdrred stock could make it more difficult fothérd-party to acquire a majority of our
outstanding voting stock. Delaware law also prdkiborporations from engaging in a business contibimavith any holders of 15% or more
of their capital stock until the holder has held tock for three years unless, among other pdiisihi our Board of Directors approves the
transaction. Our Board of Directors may use thesgigions to prevent changes in the managementanitol of our company. Also, under
applicable Delaware law, our Board of Directors radgpt additional anti-takeover measures in theréut

Item 2. Unregistered Sales of Equity Securities and Use Bfoceeds.
None.

Item 3. Defaults Upon Senior Securities
None.

Item 4. Mine Safety Disclosures
None.

Iltem 5. Other Information.
None.

ltem 6. Exhibits.

10.1»  Amended and Restated Severance Plan and Summar@saription effective July 29, 2013, previouslgd with the Commissio
on July 30, 2013 as Exhibit 10.1 to the Comy' s Current Report on Forn-K, which is incorporated herein by referen
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31.1* Certification of Chief Executive Officer pursuantRules 13a-14(a)/15d-14(a) of the Securities EnghaAct of 1934, as
amended

31.2* Certification of Chief Financial Officer pursuant Rules 13a-14(a)/15d-14(a) of the Securities EmghaAct of 1934, as
amended

32.1* Certification of Chief Executive Officer and Chighancial Officer pursuant to 18 U.S.C. Section(,3% adopted pursuan

Section 906 of the Sarbanes-Oxley Act of 2002. Twstification accompanies this report and shat] except to the extent
required by the Sarbanes-Oxley Act of 2002, be dekfited for purposes of §18 of the Securities Exafe Act of 1934, as
amended

101.INS* XBRL Instance Documer

101.SCH’ XBRL Taxonomy Extension Schema Docum
101.CAL* XBRL Taxonomy Extension Calculation Documi
101.DEF* XBRL Taxonomy Extension Definition Linkba
101.LAB* XBRL Taxonomy Extension Labels Linkbase Docunr
101.PRE’ XBRL Taxonomy Extension Presentation Link Docurr

* Filed herewith
A Management contract or compensatory plan or arraege

Attached as Exhibit 101 to this report are documémtmatted in XBRL (Extensible Business Reportiagguage): (i) Condensed
Consolidated Balance Sheets as of September 38,8l December 31, 2012, (ii) Condensed Consotidatatements of Comprehensive
Loss for the three and nine months ended Septe&the013 and 2012, (iii) Condensed ConsolidateteBtants of Cash Flows for the nine
months ended September 30, 2013 and 2012, anddies to Condensed Consolidated Financial Statement
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SIGNATURE

Pursuant to the requirements of the Securities &xgl Act of 1934, the registrant has duly caussdéport to be signed on its behalf
by the undersigned thereunto duly authorized.

BIOMARIN PHARMACEUTICAL INC.

Dated: October 28, 2013 By /SI_DANIEL SPIEGELMAN
Daniel Spiegelman,
Executive Vice President and Chief Financial Offi
(On behalf of the registrant and as principal fitiahofficer)

EXHIBIT INDEX

10.17 Amended and Restated Severance Plan and Summar&aription effective July 29, 2013, previouslgd with the
Commission on July 30, 2013 as Exhibit 10.1 toGloenpany’s Current Report on Form 8-K, which is mpayated herein by
reference

31.1* Certification of Chief Executive Officer pursuantRules 13a-14(a)/15d-14(a) of the Securities ExghaAct of 1934, as
amended

31.2* Certification of Chief Financial Officer pursuant Rules 13a-14(a)/15d-14(a) of the Securities Emghaict of 1934, as
amended

32.1* Certification of Chief Executive Officer and Chiéinancial Officer pursuant to 18 U.S.C. Section@,3% adopted pursuan

Section 906 of the Sarbanes-Oxley Act of 2002. Testification accompanies this report and shat]] agcept to the extent
required by the Sarbanes-Oxley Act of 2002, be @ekfited for purposes of 818 of the Securities Exale Act of 1934, as
amended

101.INS* XBRL Instance Documer

101.SCH’ XBRL Taxonomy Extension Schema Docum
101.CAL* XBRL Taxonomy Extension Calculation Documi
101.DEF* XBRL Taxonomy Extension Definition Linkba:
101.LAB* XBRL Taxonomy Extension Labels Linkbase Docunr
101.PRE* XBRL Taxonomy Extension Presentation Link Docurr

* Filed herewith
A Management contract or compensatory plan or arraege

Attached as Exhibit 101 to this report are documémtmatted in XBRL (Extensible Business Reportiagguage): (i) Condensed
Consolidated Balance Sheets as of September 38,&@lDecember 31, 2012, (ii) Condensed Consotidatatements of Comprehensive
Loss for the three and nine months ended Septedihe@013 and 2012, (iii) Condensed ConsolidateteBtents of Cash Flows for the nine
months ended September 30, 2013 and 2012, anNdies to Condensed Consolidated Financial Statement
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Exhibit 31.1
CERTIFICATION

I, Jean-Jacques Bienaimé, certify that:
1. I have reviewed this Quarterly Report on Forr-Q of BioMarin Pharmaceutical Inc

2. Based on my knowledge, this report does notaiominy untrue statement of a material fact or don#tate a material fact
necessary to make the statements made, in ligheafircumstances under which such statementsmwade, not misleading with
respect to the period covered by this reg

3. Based on my knowledge, the financial statemems,other financial information included in théport, fairly present in all
material respects the financial condition, resoftgperations and cash flows of the registrantfaara for, the periods presente(
this report;

4.  The registrant’s other certifying officer(s) anare responsible for establishing and maintainiisglosure controls and procedures
(as defined in Exchange Act Rules 13a-15(e) and1Bd)) and internal control over financial repogti(as defined in Exchange
Act Rules 13-15(f) and 15-15(f)) for the registrant and hav

a) Designed such disclosure controls and procedaresnused such disclosure controls and procedoifes designed
under our supervision, to ensure that materialrinégion relating to the registrant, including ithsolidated
subsidiaries, is made known to us by others with@se entities, particularly during the period ihieh this report is
being preparec

b) Designed such internal control over financiglarting, or caused such internal control over fiiahreporting to be
designed under our supervision, to provide readeradsurance regarding the reliability of financegorting and the
preparation of financial statements for externappsges in accordance with generally accepted atioguprinciples;

c) Evaluated the effectiveness of the registragisslosure controls and procedures and presentédsineport our
conclusions about the effectiveness of the discsantrols and procedures, as of the end of thegeovered by
this report based on such evaluation;

d) Disclosed in this report any change in the tegig’s internal control over financial reportirgat occurred during the
registrant’s most recent fiscal quarter (the regigts fourth fiscal quarter in the case of an aimaport) that has
materially affected, or is reasonably likely to erélly affect, the registrard’internal control over financial reportir
and

5. The registrant’s other certifying officer(s) andave disclosed, based on our most recent evatuat internal control over
financial reporting, to the registrant’s auditorsldhe audit committee of the registrant’'s boardiofctors (or persons performing
the equivalent functions

a) All significant deficiencies and material weagses in the design or operation of internal cortvelr financial

reporting which are reasonably likely to adversafgct the registrant’s ability to record, processnmarize and
report financial information; an

b)  Any fraud, whether or not material, that invawveanagement or other employees who have a signifiole in the
registran’s internal control over financial reportir
Date: October 28, 2013

/sl JEAN-JACQUES BIENAIME
Jear-Jacques Bienain
Chief Executive Office




Exhibit 31.2
CERTIFICATION

I, Daniel Spiegelman, certify that:
1. I have reviewed this Quarterly Report on Forr-Q of BioMarin Pharmaceutical Inc

2. Based on my knowledge, this report does notaiominy untrue statement of a material fact or don#tate a material fact
necessary to make the statements made, in ligheafircumstances under which such statementsmwade, not misleading with
respect to the period covered by this reg

3. Based on my knowledge, the financial statemems,other financial information included in théport, fairly present in all
material respects the financial condition, resoftgperations and cash flows of the registrantfaara for, the periods presente(
this report;

4.  The registrant’s other certifying officer(s) anare responsible for establishing and maintainiisglosure controls and procedures
(as defined in Exchange Act Rules 13a-15(e) and1Bd)) and internal control over financial repogti(as defined in Exchange
Act Rules 13-15(f) and 15-15(f)) for the registrant and hav

a) Designed such disclosure controls and procedaresnused such disclosure controls and procedoifes designed
under our supervision, to ensure that materialrinégion relating to the registrant, including ithsolidated
subsidiaries, is made known to us by others with@se entities, particularly during the period ihieh this report is
being preparec

b) Designed such internal control over financiglarting, or caused such internal control over fiiahreporting to be
designed under our supervision, to provide readeradsurance regarding the reliability of financegorting and the
preparation of financial statements for externappsges in accordance with generally accepted atioguprinciples;

c) Evaluated the effectiveness of the registragisslosure controls and procedures and presentédsineport our
conclusions about the effectiveness of the discsantrols and procedures, as of the end of thegeovered by
this report based on such evaluation;

d) Disclosed in this report any change in the tegig’s internal control over financial reportirgat occurred during the
registrant’s most recent fiscal quarter (the regigts fourth fiscal quarter in the case of an aimaport) that has
materially affected, or is reasonably likely to erélly affect, the registrard’internal control over financial reportir
and

5. The registrant’s other certifying officer(s) andave disclosed, based on our most recent evatuat internal control over
financial reporting, to the registrant’s auditorsldhe audit committee of the registrant’'s boardiofctors (or persons performing
the equivalent functions

a) All significant deficiencies and material weagses in the design or operation of internal cortvelr financial

reporting which are reasonably likely to adversafgct the registrant’s ability to record, processnmarize and
report financial information; an

b)  Any fraud, whether or not material, that invawveanagement or other employees who have a signifiole in the
registran’s internal control over financial reportir
Date: October 28, 2013

/s/  DANIEL SPIEGELMAN
Daniel Spiegelma
Executive Vice President and Chief Financial Offi




Exhibit 32.1

CERTIFICATION PURSUANT TO
18 U.S.C. SECTION 1350,
AS ADOPTED PURSUANT TO
SECTION 906 OF THE SARBANES-OXLEY ACT OF 2002

We, Jean-Jacques Bienaimé and Daniel Spiegelmabyeertify, pursuant to 18 U.S.C. §1350, as adbptasuant to §906 of the Sarbanes-
Oxley Act of 2002, that BioMarin Pharmaceutical.la®uarterly Report on Form 10-Q for the periodesh September 30, 2013, fully
complies with the requirements of Section 13(a)%(d) of the Securities Exchange Act of 1934 amditfiormation contained in such Form
10-Q fairly presents, in all material respects,fthancial condition and results of operations adMBarin Pharmaceutical Inc.

/sl JEAN-JACQUES BIENAIME
Jear-Jacques Bienainmr
Chief Executive Office

October 28, 201

/s/ DANIEL SPIEGELMAN
Daniel Spiegelma
Executive Vice President and Chief Financial Offi

October 28, 201



