


Dear Shareholders, 

A few months ago, Acceleron achieved its most significant milestone in the 16-year history of the 
company, and one that many biopharmaceuticals never accomplish: our first drug approval. Discovered 
by Acceleron scientists just over a decade ago, REBLOZYL® (luspatercept-aamt) became the first and only 
FDA approved erythroid maturation agent in November 2019. Earlier this month, REBLOZYL also 
received FDA approval for its second indication. REBLOZYL is now FDA approved for the treatment of:  

 Anemia in adult patients with beta thalassemia who require regular red blood cell (RBC) 
transfusions; and 

 Anemia failing an erythropoiesis stimulating agent and requiring 2 or more RBC units per 8 
weeks in adult patients with very low- to intermediate-risk myelodysplastic syndromes (MDS) 
with ring sideroblasts or with a myelodysplastic/myeloproliferative neoplasm with ring 
sideroblasts and thrombocytosis. 

The approvals of REBLOZYL mark a huge victory for patients with beta-thalassemia and MDS, who—until 
now—have been waiting for a new option to treat their anemia.  

With the hiring of our commercial team (as part of our North America co-promote agreement with our 
long-time collaboration partner Bristol Myers Squibb or BMS, formerly Celgene), Acceleron has 
successfully transitioned from a research-and-development focused organization to a fully integrated 
biopharmaceutical company.  

I am happy to say that the REBLOZYL commercial launch is off to a strong start. As many of you know 
beta-thalassemia represents a smaller patient population in the US, we are encouraged by the first four 
months of REBLOZYL sales, which include new and repeat orders from medical centers across the 
country.  

This early commercial success in beta-thalassemia has our teams well prepared to launch REBLOZYL’s 
second indication to the hematologists-oncologists who treat and care for tens of thousands of patients 
living with MDS every year.  

While REBLOZYL remains a top priority, we are equally excited by the progress we are making in 
pulmonary disease. In January, we announced positive topline results from the PULSAR Phase 2 trial of 
sotatercept for the treatment of pulmonary arterial hypertension (PAH). These important data introduce 
the possibility that sotatercept could change the way physicians treat patients with PAH. Following the 
topline announcement, we were absolutely elated for sotatercept to be granted Breakthrough Therapy 
designation by the FDA—a first for an Acceleron-discovered medicine and for a therapeutic candidate in 
PAH. 

Hematologic Disease – REBLOZYL (luspatercept-aamt) now US FDA approved in two anemia 
indications, with further expansion opportunities to drive additional growth 

In addition to the important regulatory and commercial activities in the US, our teams continue to work 
with the European Medical Agency to make REBLOZYL available to additional patients in need of new 
treatment options for their chronic anemias. We expect a potential European approval during the 
second half of this year.  

As a company long rooted in clinical trial execution and data analysis, we were thrilled that the results of 
the pivotal Phase 3 MEDALIST and BELIEVE trials of luspatercept were both published in the New 



England Journal of Medicine in the first quarter of 2020. The publications mark our first inclusions in this 
prestigious peer-reviewed journal. 

At the American Society of Hematology (ASH) annual meeting in December, we had the opportunity to 
present positive results from the long-term extension phases of the pivotal MEDALIST and BELIEVE trials. 
We were also pleased to present positive Phase 2 trial results in anemia associated with myelofibrosis 
(MF), our newest area of development for luspatercept-aamt. Following this presentation, Acceleron 
and BMS are now preparing to initiate a new pivotal Phase 3 trial called INDEPENDENCE.  

As we look toward the future for luspatercept-aamt, the consistent, clinically meaningful activity now 
seen across three distinct diseases associated with anemia further validates luspatercept-aamt’s novel 
mechanism of late-stage erythroid maturation as a possible platform treatment for thousands of 
patients suffering from anemia caused by a variety of hematologic disorders.  

For this reason, we are currently evaluating luspatercept-aamt in the Phase 3 COMMANDS trial in 
patients with lower-risk MDS who are treatment naïve and in the Phase 2 BEYOND trial in patients with 
non-transfusion-dependent beta-thalassemia. As the BMS and Acceleron teams work to initiate the 
Phase 3 INDEPENDENCE trial in MF this year, we continue to evaluate additional disease areas for future 
expansion of the overall market opportunity for REBLOZYL/luspatercept-aamt. 

Pulmonary Disease – Positive results from the PULSAR Phase 2 trial of sotatercept drive future 
investment in PAH as an entry point into broader pulmonary development. 

At our research and development day in 2017, as one of my first orders of business as the new CEO of 
Acceleron, I presented our updated vision and strategy to drive future growth and value creation. That 
day, we declared our therapeutic focus on hematology, neuromuscular, and pulmonary diseases. With 
respect to pulmonary, we announced an amendment to the sotatercept collaboration agreement with 
Celgene coincident with our plan to evaluate sotatercept in patients with PAH.  

Our team’s meticulous execution of the 2017 pulmonary plan put us in position to announce impressive 
results from the Phase 2 PULSAR trial in January. Our upcoming priorities in PAH now include: 

 End-of-Phase 2 interactions with global health authorities  
 

 Presentation and publication of the detailed PULSAR trial topline results later this year   
 

 Completion of global development plans for sotatercept in PAH  
 

 Presentation of preliminary results from our open-label SPECTRA Phase 2 trial later this year, 
along with additional insights from the PULSAR long-term extension period.   

 

With the positive results from PULSAR, we have cemented our commitment and future plans for 
continued development in PAH. We have also taken another significant step toward achieving one of 
our major goals for patients with PAH, which is the potential of treatment with sotatercept in addition 
to approved PAH-specific medicines to reverse vascular remodeling caused by the disease.  

I remain thrilled about the future of sotatercept in pulmonary hypertension and its potential to truly 
transform our company over the short- and long-term.  



While acknowledging our progress over the last year, I would be remiss not to address the tragedy of 
the global COVID-19 pandemic affecting all of us today. 

As we continually monitor and evaluate new information, the management team has been moving 
rapidly to protect and support our employees and the patients we serve. In early March, we 
implemented a work-from-home policy and successfully transitioned to virtual external stakeholder 
engagements. Business-critical laboratory, manufacturing and related support activities continue and 
have been subject to heightened precautions to ensure the safety of employees and the continuation of 
highest-priority activities. To date, we have been fortunate to experience minimal impact on our 
business. This is in large part due to the foresight, hard work, commitment, flexibility, and creativity of at 
the entire Acceleron team. With that said, we are constantly evaluating the rapidly evolving impact of 
COVID-19 and working to further mitigate risks to patients and our business.  

Today, Team Acceleron stands ~250 people strong. As we continue to build and grow our organization, 
attaining, retaining, and developing talent at Acceleron remains a top priority. 

At the highest level of the organization, our leadership team has never been stronger. In 2019, we 
successfully recruited two key executives. Dr. Jay Backstrom, former Chief Medical Officer at Celgene, 
joined Acceleron as our new Head of Research and Development. I had the pleasure of collaborating 
with Jay over the last 3.5 years as part of our REBLOZYL partnership, and I could not be more pleased to 
now work alongside him daily. Kevin McManus joined Acceleron as our new Chief Human Resources 
Officer. Kevin previously spent the last two-decades in senior human resources roles at leading 
pharmaceutical companies, including Bayer and BMS, and has been an outstanding addition to the 
Company. 

We also seek to promote top-performing leaders internally to our executive management team. Senior 
Vice President, General Counsel, Adam Veness and Vice President, Operations, Lisa Wyman serve as two 
of the latest examples of our goal to strengthen our organization from within. 

Turning to our capital resources, the strength of our balance sheet allows us to execute on our future 
growth plans. We ended 2019 with more than $450 million in cash, just as we begin to receive royalties 
from REBLOZYL commercial sales. We continue to take a disciplined approach to capital allocation while 
supporting key long-term growth initiatives. When programs do not meet our criteria for future 
investment, we discontinue them efficiently, as we did most recently with our neuromuscular programs. 

In closing, I would like to thank our many key stakeholders including patients, our partners, employees, 
and investors for your continued support of Acceleron. Our progress and success in hematology and 
pulmonary over the last 12 months have us well prepared for the opportunities ahead. 

Sincerely, 

Habib Dable 
President and Chief Executive Officer 
Acceleron Pharma Inc. 

 

Facing challenges with strong leadership and financial discipline  
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