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Dear Stockholders, 
We had a tremendous year in 2023, achieving our 2023 corporate 
milestones across discovery, development, and commercial. We 
received U.S. and European regulatory approval for AYVAKIT®/
AYVAKYT® (avapritinib) in indolent systemic mastocytosis, or 
indolent SM, and subsequently launched in both geographies; 
we nominated our development candidate BLU-808, an oral, 
potent, selective wild-type KIT inhibitor, for mast cell diseases; we 
advanced multiple early-stage clinical programs to inform a pipeline 

Our strong execution has demonstrated that we can realize the 
harmony between our mission of bringing new, innovative medicines 
to patients while also building a strong and thriving business to 
create substantial value for our stockholders. 

As we enter 2024, AYVAKIT continues to be the foundation of our 
expanding business, with our early launch momentum putting 

$2 billion product. With AYVAKIT’s continued success, our growing 
revenue is enabling us to invest in compelling opportunities within 
our pipeline to drive longer-term growth as we strive to deliver 
additional transformational medicines in the future. 

AYVAKIT Annual Net Product Revenue ($M)

To achieve our goals this year, we are focusing on three key 
aspects of our business:

Our first area of focus is to continue the successful launch of 
AYVAKIT as the first and only approved treatment for indolent 
SM in the United States and Europe. Indolent SM is a debilitating, 
lifelong disease that requires chronic treatment to control 
burdensome symptoms that can severely impact a person’s 
ability to work, take care of their family and live a full life. AYVAKIT 
provides durable and clinically meaningful improvement across a  

Kate Haviland 

and Director

Estimated >$2B global SM peak revenue

2024 
Guidance

2020

$21

2021

$53

2022

Actual

$111

2023

$204

Our strong execution has 
demonstrated that we can 

realize the harmony between 
our mission of bringing new, 

innovative medicines to 
patients while also building a 

strong and thriving business to 
create substantial value for our 

stockholders.

Figure is provided as graphical representation and is not intended as financial guidance.
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broad range of symptoms with a well-tolerated, 
once-daily pill available in a range of doses to 
meet the medical needs across a spectrum of 
indolent SM and advanced SM patients. Indolent 
SM represents a sizeable, rare disease population 
of approximately 70,000 prevalent patients in the 
United States and Europe alone, roughly 15 times 
larger than the advanced SM population (for which 
AYVAKIT is also approved). 

In 2023, catalyzed by the first few months of 
launch, we delivered results in both our ability 
to reach patients and drive revenue, generating 
AYVAKIT net product revenues of $204.2 million for 
fiscal year 2023, up 84% from fiscal year 2022. At 
peak, AYVAKIT represents a greater than $2 billion 
potential market opportunity, and AYVAKIT’s early 
launch trajectory toward this goal is on par with 
other highly successful rare disease medicines.  

Our second area of focus is to advance our 
portfolio of innovative, investigational medicines 
by scaling our SM leadership position to target 
additional allergic-inflammatory diseases where 
mast cells play a central role and advancing 
development of innovative therapies targeting cyclin 
dependent kinases in solid tumors. Our prioritized 
investments in these focused areas allow us to 
address areas of high medical needs in large 
patient populations where we can also leverage our 
expertise and infrastructure.  

A core component of our growth strategy is to build 
on our leadership position in SM by expanding to 
other diseases where mast cells play a core role in 
disease biology. We are uniquely positioned to build 

a franchise in mast cell-mediated diseases because 
of our scientific leadership and proprietary insights 
into mast cell and KIT biology, and our clinical and 
commercial capability and infrastructure. AYVAKIT 
and elenestinib, our next-generation candidate in 
development for SM, allow us to comprehensively 
address mast cell diseases driven by mutated KIT. 
Building on our success in SM, we are expanding 
into additional mast cell diseases representing 
much larger opportunities, beginning with chronic 
urticaria, where inhibition of wild-type KIT with BLU-
808 represents a compelling therapeutic approach 
to impact fundamental disease biology. We believe 
the BLU-808 program can move quickly, building on 
the established proof-of-concept for KIT inhibition 
in these diseases and our track record of clinical 
execution and commercial success. 

We are also making strides in developing 
treatments for breast cancer and other solid 
tumors, by advancing the development of our CDK 
franchise anchored by the CDK2 inhibitor BLU-222, 
which has the potential to serve as the backbone 
of front-line combination therapy in breast cancer. 
Given the large market potential for BLU-222, we 
are seeking to collaborate with a partner who has 
a shared view of the importance of this target and 
in the compelling profile of BLU-222 as a potential 
best- and first-in-class CDK2 inhibitor. The BLU-
222 program is an important near-term value driver 
for us, with key emerging clinical data expected 
this year and into early 2025. Beyond BLU-222, we 
have multiple early research efforts ongoing with 
potential to expand our CDK franchise, including 
BLU-956, a next-generation CDK2 kinase inhibitor, 
as well as targeted protein degradation efforts 
aimed at CDK2 and other undisclosed targets. 
This franchise approach, leveraging both our 
kinase inhibitor and targeted protein degradation 
platforms, uniquely positions our company to 
drive comprehensive innovation in targeting cyclin 
dependent kinases and has the potential to generate 
significant long-term value.

Our third area of focus is to maintain a strong and 
durable financial position with cash management 
continuing to be a priority focus area for us in 
2024. We anticipate that the combination of our 
strong revenue ramp and disciplined approach to 
our operating expenses will result in a continued 
decrease in cash burn throughout 2024, providing 
us with a clear pathway to potential profitability. 

Mast Cells are Powerful Regulators of the 
Immune System

• KIT-mediated signaling plays a central role in survival, 
proliferation, and activation of mast cells

• When degranulation occurs, release of inflammatory 
molecules leads to a broad range of physiological effects

KIT
cytokines

prostaglandins

histamine

tryptase

degranulation
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The real value is what we can achieve over the long 
term. As we grow AYVAKIT revenue throughout this 
year, we will still be just scratching the surface of 
the SM opportunity.  We are confident that our early 
launch trajectory positions us squarely on the path 
to building a greater than $2 billion potential market 
opportunity with AYVAKIT in SM, as we continue 
to reach the thousands of patients who could 
potentially benefit from treatment with AYVAKIT this 
year and beyond.   

We know that our people are driving the success 
of our business, and we are committed to 
providing tools and fostering culture to drive 
high performance. We were named a “2024 Top 
Workplace USA” by USA Today for the third year 
running, and also recognized by Fast Company 
as one of the 10 most innovative companies 
in medicines and therapeutics in 2024. These 
recognitions span both the incredible impact we 
are having on patients globally as well as the 
impact our unique culture has on our “Blue Crew” 
team members and their ability to do their best 
work. We were also named as one of the “Top 100 
Women-Led Businesses in Massachusetts” in 2023 
by The Women’s Edge, reflecting our commitment 
to diversity and championing strong corporate 
values. More importantly, our team members 
tell us directly how they feel about working at 
our company: In early 2024, 97% of our global 
workforce participated in our annual Engagement 

and Enablement survey, with 94% of our employees 
reporting that they were proud to work at Blueprint 
Medicines and 94% understanding how their role 
contributes to our goals. 

Today, we are well positioned to drive compelling 
near-term growth and invest in future innovation 
while maintaining financial discipline and enhancing 
stockholder value. I am confident that we have the 
right people, portfolio, and capabilities in place to 
achieve our goals in 2024 and realize our mission 
of changing the outcomes and extending the lives 
of patients while building a strong and thriving 
business for the long term. 

On behalf of our board of directors, team members, 
patients and healthcare partners, thank you for 
your continued support and investment in Blueprint 
Medicines.

Sincerely,

Kate Haviland 

President, Chief Executive Officer and Director 
On Behalf of the Board of Directors

Cambridge, Massachusetts 
April 25, 2024
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Unlocking hope through the power of 
self-advocacy
F

developed urticaria pigmentosa and was experiencing 
an unexplained low-grade fever multiple times per week. 

started searching for answers beyond primary care.

misdiagnosed as sunspots, eczema and contact 
dermatitis – none of which explained her other 
symptoms. She then took it upon herself to search 
online. She found forums for people with undiagnosed 
diseases and started interacting with others who had 
similar symptoms and experiences. Someone replied 

describing systemic mastocytosis (SM). She printed 
information on SM to share with her primary care 
physician and asked if she should be tested, but he said 
there was no way she could have SM because it is too 
rare. Approximately 1 in every 10,000 people has SM.1 

may be able to help her; despite reluctance from her 
doctor, she secured the appropriate referrals. First, a 

tryptase levels. Then, a new dermatologist who had 
experience with SM and mast cell diseases conducted 

had cutaneous mastocytosis. Finally, after additional 
appointments and a bone marrow biopsy with a new 

indolent SM (ISM) in 2008.

bounced from specialist to specialist and back again, 
and learned the importance of being her own advocate.

Managing ISM and practicing mindfulness

ennifer’s rare disease diagnosis was shocking and 
brought uncertainty into her life. She experiences highly 

distress, skin reactions and neurological effects. 

re-reading what I just read, but other times it is severe, 
and I’ll be standing at the fridge trying to remember 

up. Her triggers include physical activity and exercise, 
heat, stress, lack of sleep, a variety of foods, smells, 
loud sounds, and sometimes touch. This means that 

everyday activities like socializing, going to the gym, 
or working at her job as a wildlife biologist can be 
challenging or nearly impossible. 

triggers consumes time, energy and attention that 
she would rather devote to her career and living – but 
she believes there’s hope. “Awareness, education and 

my best to remain positive because I believe we are 
headed in the right direction.” 

To prioritize her mental health and maintain a positive 
outlook, she focuses on meditation and mindfulness, 
relies on support from her husband and friends, and 
dedicates time to advocating for people with chronic 
illnesses and disabilities. “I hope people living with 
ISM and other illnesses don’t feel they have to hide but 
instead are empowered to be their full selves, with all 

thankful Blueprint has created a space for me to share 
my story and increase awareness about ISM.”

Sometimes my brain fog is mild, 

I just read, but other times it is 
severe, and I’ll be standing at the 
fridge trying to remember how to 

open a water bottle. 

1. Cohen et al 2014
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diagnosis – and ultimately embracing the 
transformative potential of a clinical trial.

ill lost consciousness for 45 minutes after being 

allergy, but then she realized there had been other 
strange things happening with her body and wondered 
if they were all connected.

in temperature, was triggered by scents from items 
like common household cleaners and felt exhausted 

internal itchiness. She noticed a high sensitivity to 
other insect bites, which could cause life-threatening 

tell her friends and family about her condition, which felt 
incredibly isolating.

Throughout her years-long diagnostic journey, 

overlooked her symptoms and attributed her 
anaphylactic episodes to anxiety. After multiple visits 
with an allergist and dermatologist, a blood test 

nurse with extensive experience working in an 

answer. She found that elevated tryptase levels could 
mean many things, but after matching her symptoms 

as the potential cause. 

After visiting several more doctors and pressing them 

undergo a bone marrow biopsy as a step toward 

of ISM. She felt a sense of relief – and vindication. “The 

word ’indolent’ is misleading. It makes it seem like it’s 
a background thing, but a person can be very sick,” 

oncologist mentioned the PIONEER clinical trial 
evaluating a potential treatment for patients with ISM. 
After discussing the potential risks with her doctor, 

.

Less burdensome symptoms, more time for life

While on treatment with AYVAKIT as part of the clinical 

started as a subtle improvement transformed into 
feeling less tired during the day and not feeling as 
worried about trigger responses. The Texas heat used 

as carrying groceries from her car into her house. Now, 

day-to-day tasks and doesn’t take that for granted. 

experiences some fatigue, and bug bites sometimes 
induce a tingling sensation that she is able to manage. 

antihistamines. She also doesn’t walk across grass to 
avoid potential bug bites.

Because Jill feels better and less worried about a 
severe reaction to one of her triggers, she’s been able 
to get back to some of the activities she loves. 
her husband competitively race sailboats – something 

entering a clinical trial, she is grateful to have taken that 
chance. Today, she’s generous in sharing her story with 
the goal of encouraging others to self-advocate as part 
their experience with SM. 

...after nearly a decade of 

diagnosis of ISM. She felt a sense 
of relief – and vindication. “The 
word ’indolent’ is misleading. It 

makes it seem like it’s a background 
thing, but a person can be very sick. 
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L AT E - S TA G E
D E V E LO P M E N T C O M M E R C I A L

Mast cell disorders

Elenestinib: KIT D816V
» Indolent SM

AYVAKIT® (avapritinib)1: KIT D816V

» Advanced SM2,4

» Indolent SM2,3 

BLU-222: CDK2
» HR+/HER2- breast cancer
» Other CDK2 vulnerable cancers

Solid tumors

BLU-808: Wild-type KIT
» Chronic urticaria

BLU-956: CDK2
» HR+/HER2- breast cancer

Targeted protein degrader: CDK2
» HR+/HER2- breast cancer

Targeted protein degrader: 
undisclosed

Programs: undisclosed

Undisclosed mast cell 
targets/modalities

Additional research

Blueprint Medicines Pipeline

1Also approved in the U.S. for adults with unresectable or metastatic GIST harboring a PDGFRA exon 18 mutation, including PDGFRA D842V 
mutations. Approved in Europe (AYVAKYT®) for.adults with unresectable or metastatic GIST harboring the PDGFRA D842V mutation. 

2CStone Pharmaceuticals has exclusive rights to develop and commercialize avapritinib in Greater China. 
3Approved in the U.S. for adults with indolent SM. Approved in Europe (AYVAKYT) for adults with indolent SM with moderate to severe symptoms 
inadequately controlled on symptomatic treatment.

4Approved in the U.S. for adults with advanced SM, including aggressive SM (ASM), SM with an associated hematological neoplasm (SM-AHN) 
and mast cell leukemia (MCL). Approved in Europe for adults with ASM, SM-AHN or MCL, after at least one systemic therapy.
GIST = gastrointestinal stromal tumors. SM = systemic mastocytosis.
Reference: https://www.blueprintmedicines.com/pipeline/
Blueprint Medicines and associated logos are trademarks of Blueprint Medicines Corporation.

Updated as of April 25, 2024
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Unless otherwise stated, all references to “us,” “our,” “Blueprint,” “Blueprint Medicines,” “we,” the 
“Company” and similar designations in this Annual Report on Form 10-K refer to Blueprint Medicines Corporation and 
its consolidated subsidiaries. Blueprint Medicines, AYVAKIT®, AYVAKYT® and associated logos are trademarks of 
Blueprint Medicines Corporation. Other brands, names and trademarks contained in this Annual Report on Form 10-K 
are the property of their respective owners.  
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Mast Cell-mediated Diseases — AYVAKIT®/AYVAKYT® (avapritinib), Elenestinib (BLU-263), and BLU-808 



Systemic Mastocytosis (SM) 

 

AYVAKIT®/AYVAKYT® (avapritinib) 



Avapritinib Clinical Data in SM 

Phase 2 PIONEER Trial in Indolent SM 

Data Presented at the American Academy of Allergy, Asthma, and Immunology (AAAAI) Annual Meeting in 
February 2023 

Clinical Activity Data.



Safety Data

Phase 1 EXPLORER Trial and Phase 2 PATHFINDER Trial in Advanced SM 

 

Data Presented at the European Hematology Association Annual Meeting in June 2022  

Clinical Activity Data

Data Presented at the American Society of Hematology Annual Meeting in December 2022 

Clinical Activity Data

Safety Data. 



Elenestinib (BLU-263) 

Elenestinib Clinical Data in Indolent SM 

Phase 2/3 HARBOR Trial in Indolent SM 

Data Presented at the American Society of Hematology Annual Meeting in December 2023 

Clinical Activity Data.

Safety Data

BLU-808



HR+/HER2- Breast Cancer and Other Solid Tumors– BLU-222, BLU-956 and additional research programs

Solid Tumors: RET-Altered Cancers — GAVRETO® (pralsetinib) 



Solid Tumors: EGFR-Mutated NSCLC – BLU-945, BLU-451, and BLU-525 

Discovery Platform  

Collaborations and 
Licenses Summary

Collaborations and Licenses Summary 

Roche—Immunotherapy Collaboration. 

 

Roche—Pralsetinib Collaboration. 



CStone. 

 
Clementia. 

 
 
Zai Lab.

 
 
VantAI. 

 
IDRx. 



Mergers & Acquisitions Summary 

Lengo Therapeutics

Financing Arrangement Summary 

Royalty Purchase Agreement. 

Synthetic Royalty Facility.

 
Debt Facility. 



 

•

•

•

•

•

•



Roche – Immunotherapy Collaboration 

Roche – Pralsetinib Collaboration 

CStone 



 

Clementia 

 



Zai Lab  

VantAI 



IDRx

Lengo Therapeutics, Inc. 



Royalty Purchase Agreement. 

Synthetic Royalty Facility.

Debt Facility. 



AYVAKIT/AYVAKYT (avapritinib)   

GAVRETO (pralsetinib) 

KIT Program—Elenestinib 

 



CDK2 Program  

MAP4K1 Program  

Other Considerations

— Government Regulation — U.S. Patent Term Restoration and Marketing Exclusivity



SM 

Chronic Urticaria 



HR+/HER2- Breast Cancer and Other Cancers Vulnerable to CDK2 Inhibition   

RET-Altered Cancers 

GIST 

Commercialization  



Manufacturing and Supply  

 

 

U.S. Drug Development 

•

•



•

•

•

•

•

•

•

•



in vitro

NDA and FDA Review Process 





Special FDA Expedited Review and Approval Programs 



Pediatric Trials 

Post-Marketing Requirements 



Other Regulatory Matters 



U.S. Patent Term Restoration and Marketing Exclusivity 

Orphan Drug Designation 



Rare Pediatric Disease Designation and Priority Review Vouchers  

European Union Drug Development 

Clinical Trial Approval 



Drug Review and Approval 

Pediatric Investigation Plan 



Data and Market Exclusivity

Orphan Drug Designation and Exclusivity  

Regulatory Requirements After a Marketing Authorization has been Obtained  

•

•



•

Reform of the Regulatory Framework in the European Union 

Brexit and the Regulatory Framework in the United Kingdom  

Rest of the World Regulation 



Data Privacy and Security Laws 



Item 1C, Cybersecurity.

Coverage and Reimbursement 

•

•

•

•

•



Healthcare Reform 



•

•

•

•



Other Healthcare Laws 







 

 

The following risk factors and other information included in this Annual Report on Form 10-K should be carefully 
considered. The risks and uncertainties described below are not the only ones we face. Additional risks and uncertainties 
not presently known to us or that we presently deem less significant may also impair our business operations. We believe 
the risks described below include risks that are material to us as well as other risks that may adversely affect our 
business, financial condition, results of operations and growth prospects. Please see review the discussion regarding 
some of the forward-looking statements that are qualified by these risk factors contained elsewhere in this Annual 
Report on Form 10-K. If any of the following risks occur, our business, financial condition, results of operations and 
future growth prospects could be materially and adversely affected. 

We are in the process of growing as a commercial company and the marketing and sale of AYVAKIT/AYVAKYT or 
any future approved drugs may be unsuccessful or less successful than anticipated.

•

•



•

•

•

•

The commercial success of AYVAKIT/AYVAKYT, as well as any other drugs that we may bring to the market, will 
depend upon the degree of market acceptance by physicians, patients, third-party payors and others in the medical 
community.

•

•

•

•

•

•

•

•

If we are unable to establish additional commercial capabilities and infrastructure, we may be unable to generate 
sufficient revenue to sustain our business.  



•

•

•

•

If the market opportunities for our approved drugs or drug candidates are smaller than we estimate or if any approval 
that we obtain is based on a narrower definition of the patient population, our revenue and ability to achieve 
profitability will be adversely affected. 

We face substantial competition, which may result in others commercializing, developing or discovering drugs before 
or more successfully than we do. 





Product liability lawsuits against us could cause us to incur substantial liabilities and could limit commercialization 
of any of our approved drugs or drug candidates that we may develop. 

•

•

•

•

•

•

•

Increasing demand for compassionate use of our drug candidates could negatively affect our reputation and harm 
our business. 



Our reliance on single-source third-party suppliers could harm our ability to commercialize our drugs or any drug 
candidates that may be approved in the future.

If we are unable to establish, maintain and, if necessary, expand sales and marketing capabilities or enter into 
agreements with third parties to sell and market our drugs and drug candidates, we may not be successful in 
commercializing our drugs and drug candidates if and when they are approved. 

If we are unable to advance our drug candidates to clinical development, obtain regulatory approval for our drug 
candidates, including for avapritinib in additional geographies, and ultimately commercialize them, or experience 
significant delays in doing so, our business will be materially harmed.  

•

•

•



•

•

•

•

•

•

•

•

If we experience delays or difficulties in the enrollment of patients in clinical trials, our receipt of necessary 
regulatory approvals could be delayed or prevented. 

•

•

•

•

•

•



•

•

•

If we are not able to obtain, or if there are delays in obtaining, required regulatory approvals for our drug candidates, 
we will not be able to commercialize, or may be delayed in commercializing, such drug candidates, and our ability to 
generate revenue will be materially impaired. 

•

•



•

•

•

•

•

•

Inadequate funding for the FDA, the SEC and other government agencies, including from government shutdowns, or 
other disruptions to these agencies’ operations, could hinder their ability to hire and retain key leadership and other 
personnel, prevent new products and services from being developed or commercialized in a timely manner or 
otherwise prevent those agencies from performing normal business functions on which the operation of our business 
may rely, which could negatively impact our business. 
 



Results from earlier stage trials may not be predictive of the results of later stage trials and interim and preliminary 
data from our clinical trials that we announce or publish from time to time may change as more patient data become 
available or as additional analyses are conducted and as the data are subject to audit and verification procedures that 
could result in material changes in the final data. 

•

•

•

•

•

  

Our drugs and drug candidates may cause undesirable side effects that could delay or prevent their regulatory 
approval, limit the commercial profile of an approved label, result in restrictive distribution or result in significant 
negative consequences following marketing approval, if any. 



•

•

•

•

•

•

•

•

•

We may seek designation for our discovery platform as a designated platform technology, but we might not receive 
such designation, and even if we do, such designation may not lead to faster drug development or a faster regulatory 
review or approval process.  



A fast track or breakthrough therapy designation by the FDA for our drug candidates may not lead to a faster 
development or regulatory review or approval process, and it does not increase the likelihood that our drug 
candidates will receive marketing approval.



We may be unsuccessful in obtaining or may be unable to maintain the benefits associated with orphan drug 
designation, including the potential for market exclusivity. 



We may not be successful in our efforts to expand our pipeline of drug candidates. 

We may expend our limited resources to pursue a particular drug candidate or indication and fail to capitalize on 
drug candidates or indications that may be more profitable or for which there is a greater likelihood of success. 



We intend to develop drug candidates in combination with other therapies, which exposes us to additional risks. 

 

We are required to comply with comprehensive and ongoing regulatory requirements for any of our current or future 
approved drugs, including conducting confirmatory clinical trials for any drug that receives accelerated approval. In 
addition, our current or future approved drugs could be subject to labeling and other restrictions and market 
withdrawal and we may be subject to penalties if we fail to comply with regulatory requirements or experience 
unanticipated problems with our drugs. 



•

•

•

•

•



Even though we may have obtained approvals for certain of our products, such drug or drug candidate may become 
subject to unfavorable pricing regulations or third-party coverage and reimbursement policies, which would harm 
our business.

Business – Coverage and Reimbursement



Healthcare legislative reform measures may have a material adverse effect on our business and results of operations. 

“Business – Healthcare Reform.”

•

•

•

•

•



Our relationships with customers and third-party payors will be subject to applicable anti-kickback, fraud and abuse 
and other healthcare laws and regulations, which could expose us to criminal sanctions, civil penalties, exclusion 
from government healthcare programs, contractual damages, reputational harm and diminished profits and future 
earnings. 

Business – Other Healthcare Laws.



If we fail to comply with our reporting and payment obligations under the Medicaid Drug Rebate Program or other 
governmental pricing programs, we could be subject to additional reimbursement requirements, penalties, sanctions 
and fines, which could have a material adverse effect on our business, financial condition, results of operations and 
growth prospects.  



Our future growth may depend, in part, on our ability to penetrate foreign markets, where we would be subject to 
additional regulatory burdens and other risks and uncertainties. 



•

•

•

•

•

•

•

•

•

•

•

•

Governments outside the U.S. tend to impose strict price controls, which may adversely affect our revenues, if any. 

If we fail to comply with environmental, health and safety laws and regulations, we could become subject to fines or 
penalties or incur costs that could have a material adverse effect on the success of our business. 



We are a precision therapy company in the process of growing our operations. We have incurred significant 
operating losses since our inception and anticipate that we will incur continued losses for the foreseeable future. 

•

•

•



•

•

•

We may seek to raise additional funding from time to time. If we are unable to raise capital when needed, we may be 
forced to delay, reduce or eliminate some of our drug development programs or commercialization efforts. 

•

•

•

•

•

•



•

•

•

•

•

•

Raising additional capital may cause dilution to our stockholders, restrict our operations or require us to relinquish 
rights to our technologies or drug candidates. 



Our level of indebtedness and the terms of the Financing Agreement with Sixth Street Partners could adversely affect 
our operations and limit our ability to plan for or respond to changes in our business. If we are unable to comply with 
restrictions in the Financing Agreement, the repayment of our existing indebtedness could be accelerated.

 

We have entered into collaborations and licenses with our partners for the development and commercialization of 
several of our drugs and drug candidates. If our collaborations are not successful, we may not be able to capitalize on 
the market potential of these drugs and drug candidates. 



We rely on third parties to conduct our clinical trials. If these third parties do not successfully carry out their 
contractual duties, comply with regulatory requirements or meet expected deadlines, we may not be able to obtain 
regulatory approval for or commercialize our drug candidates and our business could be substantially harmed.  

•

•



•

•

•

We contract with third parties for the manufacture of our approved drugs and drug candidates, including for 
preclinical, clinical and commercial supply. This reliance on third parties increases the risk that we will not have 
sufficient quantities of our approved drugs or drug candidates or such quantities at an acceptable cost, which could 
delay, prevent or impair our development or commercialization efforts.  



•

•

•

•

 



The third parties upon whom we rely for the supply of the API, drug substance and drug product used in avapritinib 
are our sole source of supply, and the loss of any of these suppliers could significantly harm our business. 

Certain of our research and development, clinical trials and manufacturing and supply for certain raw materials used 
in our drugs and our drug candidates takes place in China through third-party CROs, collaborators or 
manufacturers. A significant disruption in the operation of those CROs, collaborators or manufacturers, could 
materially adversely affect our business, financial condition and results of operations. 



If we are unable to adequately protect our proprietary technology or obtain and maintain patent protection for our 
technology and drugs or if the scope of the patent protection obtained is not sufficiently broad, our competitors could 
develop and commercialize technology and drugs similar or identical to ours, and our ability to successfully 
commercialize our technology and drugs may be impaired.  



Third parties may initiate legal proceedings alleging that we are infringing their intellectual property rights, the 
outcome of which would be uncertain and could have a material adverse effect on the success of our business. 



 

We may become involved in lawsuits to protect or enforce our patents and other intellectual property rights, which 
could be expensive, time-consuming and unsuccessful. 



Intellectual property litigation could cause us to spend substantial resources and distract our personnel from their 
normal responsibilities. 

If we are not able to obtain, or in applicable cases maintain, patent term extension or non-patent exclusivity in the 
United States under the Hatch-Waxman Act and in foreign countries under similar legislation, thereby potentially 
extending the marketing exclusivity term of our products or product candidates, our business may be materially 
harmed. 



Obtaining and maintaining patent protection depends on compliance with various procedural, document submission, 
fee payment and other requirements imposed by governmental patent agencies, and our patent protection could be 
reduced or eliminated for non-compliance with these requirements. 

We may not be able to effectively enforce our intellectual property rights throughout the world. 



We depend on intellectual property licensed from third parties and termination of any of these licenses could result in 
the loss of significant rights, which would harm our business 

Issued patents covering our product candidates could be found invalid or unenforceable if challenged in court or the 
USPTO 

Changes to the patent law in the U.S. and other jurisdictions could diminish the value of patents in general, thereby 
impairing our ability to protect our drugs and drug candidates. 



If we are unable to protect the confidentiality of our trade secrets, our business and competitive position may be 
harmed. 

We may be subject to damages resulting from claims that we or our employees have wrongfully used or disclosed 
alleged trade secrets of our competitors or are in breach of non-competition or non-solicitation agreements with our 
competitors. 

Our future success depends on our ability to retain key executives and to attract, retain and motivate qualified 
personnel. 



We will need to develop and expand our company, and we may encounter difficulties in managing this development 
and expansion, which could disrupt our operations.  

Unfavorable global economic or political conditions could adversely affect our business, financial condition or results 
of operations.



Rising inflation rates could negatively impact our revenues and profitability if increases in the prices of our products 
or a decrease in spending on products in the biopharmaceutical industry in general results in lower sales by us or 
those who we collaborate with. In addition, if our costs increase and we are not able to correspondingly adjust our 
commercial relationships to account for this increase, our net income would be adversely affected, and the adverse 
impact may be material.

Foreign currency exchange rates fluctuations could have an adverse impact on our operating results.

We or the third parties upon whom we depend may be adversely affected by earthquakes or other natural disasters 
and our business continuity and disaster recovery plans may not adequately protect us from a serious disaster. 



Our internal computer systems, or those of our third-party collaborators, service providers, contractors or 
consultants, may fail or suffer security breaches, which could result in a material disruption of our drugs’ and drug 
candidates’ development programs and have a material adverse effect on our reputation, business, financial 
condition or results of operations. 

Interruptions in the availability of server systems or communications with Internet or cloud-based services, or failure 
to maintain the security, confidentiality, accessibility or integrity of data stored on such systems, could harm our 
business. 



Compliance with global privacy and data security requirements could result in additional costs and liabilities to us or 
inhibit our ability to collect and process data globally, and the failure to comply with such requirements could have a 
material adverse effect on our business, financial condition or results of operations. 





Our employees, principal investigators, CROs and consultants may engage in misconduct or other improper activities, 
including non-compliance with regulatory standards and requirements and insider trading.



We may acquire or in-license businesses, technologies or platforms, approved drugs, drug candidates or discovery-
stage programs, or form strategic alliances, collaborations or partnerships, in the future, and we may not realize the 
benefits of such acquisitions, in-licenses, alliances, collaborations or partnerships. 

We may be subject to adverse legislative or regulatory tax changes that could negatively impact our financial 
condition.  

The price of our common stock has been and may in the future be volatile and fluctuate substantially. 



•

•

•

•

•

•

•

•

•

•

•

•

•

•

•



We have in the past relied in part on sales of our common shares through our at-the-market (ATM) offering program 
to raise capital. Increased volatility and decreases in market prices of equity securities generally and of our common 
shares in particular may have an adverse impact on our willingness and/or ability to continue to sell our common 
shares through our ATM offering. Decreases in these sales could affect the cost or availability of equity capital, 
which could in turn have an adverse effect on our business, including current operations, future growth, revenues, 
net income and the market prices of our common shares.

If equity research analysts publish negative evaluations of or downgrade our common stock, the price of our common 
stock could decline. 

Our executive officers, directors, principal stockholders and their affiliates maintain the ability to exercise significant 
influence over our company and all matters submitted to stockholders for approval. 

•

•



•

Anti-takeover provisions in our charter documents and under Delaware law could make an acquisition of us, which 
may be beneficial to our stockholders, more difficult and may prevent attempts by our stockholders to replace or 
remove our current management. 

Our bylaws contain exclusive forum provisions, which may limit a stockholder’s ability to bring a claim in a judicial 
forum it finds favorable and may discourage lawsuits with respect to such claims.



Future sales of our common stock, including by us or our directors and executive officers or shares issued upon the 
exercise of currently outstanding options, could cause our stock price to decline. 

We have incurred and will continue to incur substantial costs as a result of operating as a public company, and our 
management is required to devote substantial time to new compliance initiatives and corporate governance practices. 

Because we do not anticipate paying any cash dividends on our capital stock in the foreseeable future, capital 
appreciation, if any, will be the sole source of gain for our stockholders. 



Repurchases of our capital stock may be subject to additional tax. 

Our ability to utilize our net operating loss carryforwards and certain other tax attributes may be limited.  



Item 1A, Risk Factors.





 



The following discussion and analysis of our financial condition and results of operations should be read in 
conjunction with our audited consolidated financial statements and related notes appearing elsewhere in this Annual 
Report on Form 10-K. Some of the information contained in this discussion and analysis or set forth elsewhere in this 
Annual Report on Form 10-K, including information with respect to our plans and strategy for our business, includes 
forward-looking statements that involve risks and uncertainties. As a result of many factors, including those factors set 
forth in the ‘‘Risk Factors’’ section of this Annual Report on Form 10-K, our actual results or timing of certain events 
could differ materially from the results or timing described in, or implied by, these forward-looking statements.  

Information pertaining to fiscal year 2021 was included in the Company’s Annual Report on Form 10-K for the 
year ended December 31, 2022 on pages 113 through 125 under Part II, Item 7, “Management’s Discussion and 
Analysis of Financial Position and Results of Operations,” which was filed with the Securities and Exchange 
Commission (the “SEC”) on February 16, 2023. 



Business

Business

•

•

•

•

•

•

•

•

•



Revenue 

Cost of Sales 



Expenses 

Collaboration Loss Sharing 

Collaboration and License Agreements

Research and Development Expenses 

•

•

•

•

•

•

•

•

•

•

•



•

•

•

•

•



Selling, General and Administrative Expenses 

Interest Income (Expense), net 

Financing Arrangements

Other Income (Expense), net 

Income Tax Expense 



Critical Accounting Policies and Estimates  

Summary of 
Significant Accounting Policies and Recent Accounting Pronouncements,

Revenue Recognition  

Product Revenue 

Collaboration and License Revenue  



Accrued Research and Development Expenses 

Acquisitions 



Equity Investment  

Liabilities related to the sale of future royalties and revenues 



Comparison of Years Ended December 31, 2023 and 2022 

Total Revenues 

Product Revenue, Net 



Collaboration and License Revenue 

•

•

•

, Collaboration and License Agreements

License Revenue – Related Party 

, Collaboration and License 
Agreements

Cost of Product Sales



Collaboration Loss Sharing

Research and Development Expense 

•

•

Selling, General and Administrative Expense 



•

•
 

Interest Expense, Net 

Other Income (Expense), Net 

 

Income Tax Expense 



Income Taxes

Sources of Liquidity 

Cash Flows 

Net Cash Used in Operating Activities. 

 

Net Cash Provided by (Used in) Investing Activities. 

Net Cash Provided by Financing Activities.

  



Debt Financing 
 

 

Financing Arrangements

Funding Requirements 



•

•

•

•

•

•

•

•

•

•

•

•



Supply agreements  

Lease commitments 

Leases

Long-term debt obligations 

Financing Arrangements

Defined benefit obligation 

Employee Benefit Plans



Research service commitments 

Other obligations 

Summary of Significant Accounting Policies and Recent Accounting 
Pronouncements



•

•

•



 

 



Chief Financial Officer 12/6/23































President, Chief Executive Officer and Director 
 

(Principal Executive Officer) 

(Principal Financial Officer) 

 (Principal Accounting Officer)





 Accrued Clinical Trial Expenses 

Description of 
the Matter 



How We 
Addressed the 
Matter in Our 
Audit 













Basis of Presentation 

 

Use of Estimates 



Significant Accounting Policies 

Revenue Recognition 

Revenue from 
Contracts with Customers

Product revenue 

 

Chargebacks:



Government rebates:

Trade discounts and allowances: 

 

Product returns: 

Other deductions: 

Collaboration and license revenue 

Collaborative Arrangements 



Exclusive Licenses. 

Research and Development Services. 

Customer Options. 

Milestone Payments. 

Royalties. 



 Collaboration and 
License Agreements

Accounts Receivable, net 

Inventory 

 

Fair Value Measurements 

•

•

•



Cash and cash equivalents 

Marketable securities 

Comprehensive Income (Loss)  

 

Research and Development Expenses

Selling, General and Administrative Expenses  



Property and Equipment, Net 

Impairment of Long - Lived Assets 

Leases 

Leases 



Stock - Based Compensation Expense 

Compensation –Stock 
Compensation 

•

•

•
Share - Based Payment,

•



Equity Investment 

Liabilities related to the sale of future royalties and revenues 

Acquisition 

Business Combinations 

Research and Development

Income Taxes 



Foreign currency translation 

Concentrations of Credit Risk and of Significant Suppliers 

Segment and Geographic Information 

New Accounting Pronouncements 



Royalty Pharma Purchase and Sale Agreement 

 Liabilities



Financing Arrangements with Sixth Street Partners 

 
Sixth Street Partners Purchase and Sale Agreement 

 
Sixth Street Partners Term Loan 





 



 



Collaboration and License Agreements



 
Balance sheet classification

Leases



IDRx 



VantAI 



Zai Lab 





Roche – Pralsetinib Collaboration 





Financing Arrangements

Clementia 



CStone Pharmaceuticals  







Roche – Immunotherapy Collaboration 



 



2015 Stock Option and Incentive Plan 

2020 Inducement Plan

Stock-based Compensation Expense



Stock Options 



Restricted stock units 
 

Performance-based restricted stock units 

2015 Employee Stock Purchase Plan 









38 Sidney Street 

45 Sidney Street 



 



Purchase Commitments Associated with Clinical and Commercial Supply Agreements 

Legal Proceedings 



Indemnification Agreements 
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Cautionary Note Regarding Forward-Looking Statements

Trademarks
AYVAKIT, AYVAKYT and associated logos are trademarks of Blueprint Medicines Corporation.

Leadership:

Kathryn Haviland, M.B.A. 

and Director 

Percy H. Carter, M.B.A., Ph.D. 

Debra Durso-Bumpus 

Becker Hewes, M.D.  

Ariel Hurley 
Senior Vice President, Finance  

Michael Landsittel, M.B.A. 

Philina Lee, Ph.D.  

Tracey L. McCain, Esq.  

Christopher K. Murray, Ph.D.  
Chief Technical Operations and 

 

Fouad Namouni, M.D.
President, Research Development 

Christina Rossi, M.B.A. 

Board of Directors:

Jeffrey W. Albers, M.B.A. 
Chairperson of the Board of Directors, 
Blueprint Medicines Corporation and 
Venture Partner, Atlas Venture 

Daniella Beckman 

Therapeutics, Inc. 

Alexis Borisy  
Co-founder and Operating Chairman, 
CurieBio, Inc. 

Lonnel Coats  

and Board Director, Lexicon 
Pharmaceuticals, Inc. 

Habib Dable, M.B.A. 
Part-time Venture Partner, RA Capital 
Management, L.P. 

Mark Goldberg, M.D. 
Lecturer in Medicine, Harvard 
Medical School and Faculty Member, 
Hematology Division, Brigham and 
Women’s Hospital 

Nicholas Lydon, Ph.D., F.R.S. 
 

Medicines Corporation 

Lynn Seely, M.D.  

Director, Lyell Immunopharma and 
Lead Independent Director, Blueprint 
Medicines Corporation

John Tsai, M.D. 

Therapeutics Ltd.

Annual Meeting of Shareholders
The 2024 annual meeting of stock holders 

3:00 
p.m. ET online at http://www.virtu-
alshareholdermeeting.com/BPMC2024.

Stock Listing
Nasdaq: BPMC
Independent Registered Public 
Accounting Firms
Ernst & Young LLP  
200 Clarendon Street, 
Boston 02116
Ernst & Young LLP

Investor Relations
A copy of the Blueprint Medicines’

Exchange
Commission is available free of charge from
the company’s Investor Relations
Department by calling (617) 374-7580,
emailing ir blueprintmedicines.com or
sending a written request to: Investor
Relations, Blueprint Medicines Corporation,

idney Street, Cambridge, MA 02139.

Transfer Agent
The transfer agent is responsible, among 
other things, for handling stockholder 

address changes, including duplicate 
mailings, and changes in ownership or name 
in which shares are held. These requests 
may be directed to the transfer agent at the 
following address: Computershare Investor 
Services, P.O. Box 505005, Louisville, KY 
40233-5005, or by overnight mail to – 
Computershare Investor Services, 462 South 
4th Street, Suite 1600, Louisville, KY 40202, 
https://www-us. computershare.com/
Investor/#Contact/Enquiry.
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Blueprint Medicines Global 
Headquarters
45 Sidney Street 
Cambridge, MA 02139 
USA

Blueprint Medicines 
(Switzerland) GmbH

Baarerstrasse 8 
6300 Zug 
Switzerland

blueprintmedicines.com
Nasdaq: BPMC


