
2015 Annual Report

Nasdaq: XLRN



Dear Fellow Shareholders, 

Acceleron is dedicated to building long-term value for all of our stakeholders with a core focus 
on scientific excellence, innovation and capital efficient drug development driven by a 
passionate commitment to improving the lives of patients with serious and rare diseases. The 
significant accomplishments of the past year have built momentum toward the realization of 
our vision to become a leading biopharmaceutical company.    

Acceleron discovers and develops therapeutic candidates that engage the body’s ability to 
rebuild and repair damaged or diseased cells and tissues. Our researchers have pioneered new 
approaches to leverage this powerful biology and create a portfolio of innovative therapeutic 
candidates. We have advanced four internally discovered programs into the clinic and it is our 
goal to bring a new therapeutic into human clinical trials every 12-18 months. To that end, our 
productive research organization recently introduced a new drug discovery engine called the 
IntelliTrap™ platform. It enables us to create a diverse set of targeted therapeutic candidates 
that mimic the natural biological pathways that regulate cellular growth and repair. We believe 
this is a groundbreaking scientific advancement and we look forward to providing more details 
later in 2016. 

As a result of our unique research and development (R&D) approach to engage the body’s 
ability to rebuild and repair itself, we seek to advance programs that have the potential to treat 
patients with serious and rare diseases. 

Hematologic diseases: Patients with certain hematologic diseases are unable to produce 
a sufficient number of red blood cells and require red blood cell transfusions. We are 
developing luspatercept to reduce or eliminate patients’ need for these transfusions. 
Neuromuscular diseases: Patients with diseases such as muscular dystrophy suffer from 
a debilitating loss of muscle mass, strength and function. We are developing therapeutic 
candidates, such as ACE-083, that have the potential to increase muscle mass, strength 
and function in their upper extremities (e.g. feed themselves) and lower extremities 
(e.g. ability to walk). 
Cancer: Many tumors require a network of blood vessels to supply nutrients to these 
malignant cells to support their rapid and invasive growth. A proven therapeutic 
approach is to inhibit blood vessel growth and thereby inhibit the growth of the tumor. 
We are developing dalantercept to inhibit the growth of these blood vessels to treat 
patients with renal cell cancer.  
 

Advancements in Hematology 

We made great strides during 2015 with luspatercept, our lead hematology program, which is 
being developed under a global collaboration with Celgene, the world’s leading hematology 
company. We presented Phase 2 data at several major medical conferences highlighting positive 
results that provided the basis for entering pivotal Phase 3 clinical trials in both myelodysplastic 



syndromes (MDS) and beta-thalassemia. This is an exciting achievement for both companies, 
and a proud moment for Acceleron, as luspatercept is our first therapeutic candidate to enter 
registrational studies. In addition to the Phase 3 clinical studies, we are studying the safety and 
efficacy of luspatercept in segments of the MDS population not eligible for participation in the 
Phase 3 study.  We plan to provide updates from these Phase 2 clinical trials along with data 
from our ongoing Phase 2 extension studies during 2016.     

Building a Muscle Disease Franchise  

Discovering and developing innovative therapeutic candidates to treat neuromuscular diseases 
is an area of strategic focus within our R&D efforts. There is great need for new therapeutic 
options to treat neuromuscular diseases, including muscular dystrophies, inflammatory 
myopathies, age-related and disease-related muscle loss and neurogenic disorders, such as 
amyotrophic lateral sclerosis (ALS) and Charcot Marie-Tooth disease. We aim to become a global 
leader in muscle therapeutics with a diverse multi-product approach for treating these diseases.   

At our R&D day in October 2015, we reported exciting Phase 1 clinical data with our locally 
acting muscle agent, ACE-083, our fourth internally discovered program in clinical development. 
The results showed an unprecedented increase in the volume of the muscle injected with ACE-
083. We expect to report additional Phase 1 data in mid-2016 and initiate our first ACE-083 
Phase 2 trial in facioscapulohumeral muscular dystrophy, or FSHD, by the second half of 2016. 
FSHD is one of the most prevalent forms of muscular dystrophy and there are currently very 
limited treatment options. 

Our lead preclinical therapeutic candidate and the first program derived from our IntelliTrap™ 
platform is ACE-2494, a systemic muscle therapeutic candidate. We presented the first 
preclinical results for this program last year, which demonstrated robust increases in muscle 
mass in animal models.  

Oncology – Dalantercept for Renal Cell Cancer  

In 2015, we reported data from Part 1 of the Phase 2 study of dalantercept in combination with 
axitinib that showed a progression-free survival rate that compared favorably to historical 
results for axitinib as a stand-alone therapy. By year-end, we expect to report topline Phase 2 
data with dalantercept in advanced renal cell carcinoma. 

Opportunity in Chronic Kidney Disease  

For the sotatercept program, which is also partnered with Celgene, we plan to meet with health 
authorities to discuss our development strategy for sotatercept in chronic kidney disease (CKD). 
Based on the preclinical and clinical data presented to date, we and Celgene are assessing the 
opportunity to study sotatercept in pre-dialysis CKD patients. This is a large disease area 
affecting millions of patients. We expect to have an update on our plans for this program in the 
second half of 2016.  



Financial Strength to Fulfill Our Strategic Vision 

We are in the strongest financial position of our twelve year history, and we believe our current 
cash position will be sufficient to fund operations into the second half of 2019. We anticipate 
that this cash runway will fund the company through multiple value inflection points over the 
next few years and will support our work toward realizing our “2020 Vision” of achieving FDA 
approvals in up to five indications, continuing to advance multiple Phase 3 clinical trials, 
launching clinical studies with eight unique protein therapeutic candidates, becoming cash flow 
positive, and establishing a sales and marketing organization in the United States.  I am proud to 
say we are in a strong position to execute our business plan over the long term. 

In closing, I want to recognize the entire Acceleron team for their efforts and success in 2015. I 
also want to acknowledge our collaboration partner Celgene, the clinical investigators across all 
of our clinical trials and most importantly, the patients who participate in these clinical trials, for 
the part they each play in our unwavering mission to develop innovative therapies for unmet 
medical needs. Lastly, I want to thank you, our shareholders, for your continued support and 
encouragement. 

Sincerely, 
 

 
 
John Knopf, Ph.D. 
Chief Executive Officer 
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Pioneering the Discovery and Development of Therapeutic Candidates
that Engage the Body’s Ability to Rebuild and Repair Itself
Acceleron is advancing multiple clinical programs to treat a wide range of serious and rare diseases with
substantial unmet medical need. Our innovatiive research platform is based on engaging the body’s
ability to rebuild and repair its own cells and tissues.

Executive Leadership

John Knopf, Ph.D.
Chief Executive Officer

Steven Ertel
Chief Operating Officer

Matthew Sherman, M.D.
Chief Medical Officer

Kevin McLaughlin
Chief Financial Officer

Ravi Kumar, Ph.D.
Chief Scientific Officer

John Quisel, J.D., Ph.D.
General Counsel

Board of Directors

Francois Nader, M.D.
Chair of the Board of Directors

John Knopf, Ph.D.
Chief Executive Officer
and Director

Jean George
Director

George Golumbeski, Ph.D.
Director

Terrence Kearney
Director

TomManiatis, Ph.D.
Director

Terrance McGuire
Director

Richard Pops
Director

Joseph Zakrzewski
Director

Annual Meeting
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will be held at 10:00 a.m. ET on June 2,
2016, at:
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800 Boylston Street
Boston, MA 02199

Independent Auditors
Ernst & Young LLP; Boston, MA

Investor Inquires
617.649.9200
investor@acceleronpharma.com

Stock Listing
NASDAQ: XLRN

Transfer Agent
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Annual Report on Form 10 K
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