On a mission to advance transformative treatments
for people living with serious and rare diseases
Based in Boston, Massachusetts, Akcea Therapeutics is a drug development
and commercialization company focused on helping patients living with
serious and rare diseases. The company has a robust portfolio of
development- and registration-stage drugs covering multiple targets
and diseases using advanced RNA-targeted antisense therapeutics to
address the unmet needs and complex medical challenges of patients.
Our Approach

“Akcea is dedicated to
innovation that will transform
the treatment of severe
cardiometabolic and rare
disorders, improve patient
lives, and help physicians
provide better care.”
– Paula Soteropoulos
President and CEO

Akcea’s portfolio is based on proprietary antisense technology originally developed
by Ionis Pharmaceuticals, Inc. While many traditional drugs modify the proteins
associated with diseases, Akcea is working to develop antisense drugs able to
decrease the production of these proteins in the first place, offering the potential to
significantly improve how many serious disorders are addressed.

Our Target Disease States
hATTR Amyloidosis
Hereditary transthyretin-mediated (hATTR) amyloidosis is a progressive, systemic,
and fatal genetic disorder caused by the inappropriate formation and aggregation
of the protein TTR as amyloid deposits in various tissues and organs throughout
the body. Patients with hATTR amyloidosis experience a range of symptoms
including polyneuropathy, gastrointestinal issues, bilateral carpal tunnel syndrome
and cardiomyopathy.
The progressive accumulation of TTR amyloid deposits in these tissues and organs
also often leads to sensory, motor and autonomic dysfunction, which can have
debilitating effects on multiple aspects of a patient’s life.
In 2018, the first injectable drug approved in the U.S. for treatment of the polyneuropathy of hATTR amyloidosis became available to patients. Together with Ionis
Pharmaceuticals, Akcea is also working to develop AKCEA-TTR-LRX, a next-generation ligand conjugated antisense (LICA) drug designed to inhibit the production of
transthyretin and treat patients with all forms of ATTR amyloidosis.

FCS and FPL
Familial chylomicronemia syndrome (FCS)
is a serious and rare lipid disorder caused by
impaired function of the enzyme lipoprotein
lipase and characterized by the build-up of
chylomicrons, a large lipoprotein particle that
transports dietary fat and cholesterol in the
body. It often leads to a risk of unpredictable
and potentially fatal acute pancreatitis.

Lane, hATTR patient

Familial partial lipodystrophy (FPL) is a rare lipid disorder characterized by abnormal
fat distribution across the body and a range of metabolic abnormalities, including
severe insulin resistance, dyslipidemia and hypertriglyceridemia, hepatic steatosis
and, in affected women, features of hyperandrogenism.
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Akcea is working to develop volanesorsen, currently under regulatory review as a
potential treatment for FCS and in Phase 3 clinical development for the treatment
of FPL. In March 2019, the EMA Committee for Medicinal Products for Human Use
adopted a positive opinion recommending conditional marketing authorization
for volanesorsen as an adjunct to diet in adult patients with genetically confirmed
familial chylomicronemia syndrome (FCS) who are at high risk for pancreatitis, in
whom response to diet and triglyceride lowering therapy has been inadequate.
Volanesorsen has been shown to prevent formation of the protein apoC-III, a protein
produced in the liver that plays a central role in the regulation of plasma triglycerides.
Results from a pivotal Phase 3 study showed a robust and sustained reduction in
triglycerides and a statistically significant decrease in pancreatitis attacks among
FCS patients with a history of high frequency pancreatitis.

Our Pipeline
Amit, FCS patient

AKCEA-APO(a)-LRX is in development for patients who are at significant risk of
cardiovascular disease due to elevated Lp(a), a form of low-density lipoprotein that
promotes the formation of plaques in the arteries and increases the risk of blood
clots. In February 2019, Novartis exercised its option to license AKCEA-APO(a)-LRX
and will assume responsibility for all future development activities including a
planned global Phase 3 cardiovascular outcomes study. AKCEA-APOCIII-LRX
has been shown to inhibit production of apoC-III – the same protein inhibited by
volanesorsen – and is in development for the broad population of patients at risk
for cardiometabolic disease due to elevated triglyceride levels. This program is
also part of Akcea’s exclusive, worldwide option and collaboration agreement with
Novartis. An additional compound, AKCEA-ANGPTL3-LRX, is in development to treat
multiple lipid disorders including nonalcoholic fatty liver disease.
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Akcea is on a mission to transform the treatment of unaddressed or underaddressed serious and rare diseases using leading edge RNA-targeted medicines.
With a focus on innovation and an unwavering commitment to patients, we have
built a global clinical and commercial organization positioned to deliver innovative
new therapies to address many serious health challenges in the years ahead.
For more information about Akcea, visit www.akceatx.com.
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