
A
L

N
Y

L
A

M
 

P
H

A
R

M
A

C
E

U
T

I
C

A
L

S
,

 
I

N
C

. 
2

0
2

0
 

A
N

N
U

A
L

 
R

E
P

O
R

T

A  Y E A R  L I K E  N O  O T H E R

2 0 2 0  A N N U A L  R E P O R T

JOHN,  D IAGNOSED WITH  
PR IMARY HYPEROXALURIA  

T YPE 1  (PH1),  U.S . 

C O N N E C T  W I T H  U S

Corporate Headquarters
Alnylam Pharmaceuticals, Inc.Alnylam Pharmaceuticals, Inc.
Henri A. Termeer Square Henri A. Termeer Square 
675 West Kendall Street675 West Kendall Street
Cambridge, MA 02142 Cambridge, MA 02142 
USAUSA
+1 617-551-8200+1 617-551-8200
alnylam.comalnylam.com

Stock Symbol
ALNY (Nasdaq)ALNY (Nasdaq)

© Alnylam Pharmaceuticals, Inc. 2021—All Rights Reserved

Corporate Counsel
Goodwin Procter LLPGoodwin Procter LLP
100 Northern Avenue100 Northern Avenue
Boston, MA 02210 Boston, MA 02210 
USA USA 
+1 617-570-1000+1 617-570-1000

Independent Auditors
PricewaterhouseCoopers LLPPricewaterhouseCoopers LLP
101 Seaport Boulevard, Suite 500101 Seaport Boulevard, Suite 500
Boston, MA 02210 Boston, MA 02210 
USAUSA
+1 617-530-5000+1 617-530-5000

Transfer Agent
First Class/Registered/Certified Mail:First Class/Registered/Certified Mail:
Computershare Investor Services Computershare Investor Services 
PO BOX 505000 PO BOX 505000 
Louisville, KY 40233-5000 Louisville, KY 40233-5000 
USAUSA

Courier Services
Computershare Investor ServicesComputershare Investor Services
462 South 4th Street Suite 1600 462 South 4th Street Suite 1600 
Louisville, KY 40202 Louisville, KY 40202 
USAUSA

To those who say “impossible, impractical, unrealistic,” we say:

C H A L L E N G E  A C C E P T E D
We’re relentless in our pursuit of new treatments because  
patients shouldn't have to wait for hope.

@AlnylamPharma@AlnylamPharma

@Alnylam@Alnylam

Alnylam PharmaceuticalsAlnylam Pharmaceuticals



When Alnylam was founded, many deemed our goals “impossible,” 

“impractical” and “unrealistic” yet our innovative science proved the 

naysayers wrong. With the approval of our 3rd and 4th medicines— 

OXLUMO™ and Leqvio® (licensed to Novartis) in 2020, and exciting 

growth in our pipeline, we have furthered our reputation for unbounded 

innovation and cemented our leadership in RNAi therapeutics.
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CHEN,  D IAGNOSED WITH HATTR AMYLOIDOSIS ,  
AND HIS  WIFE  K ALINE,  BRAZIL

U N W A V E R I N G 
F O C U S

As we celebrate the approval of our medicines in new markets, and expand 

our workforce and operations around the world, we continue our  

unwavering focus on the needs of patients and helping them access our 

innovative therapies. They have been and will always be our North Star.
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As the pioneer in RNAi therapeutics, we have always been uncompromisingly  

dedicated to translating the breakthrough discovery of RNA interference (RNAi) into 

transformational medicines to help as many people as we can. As our advances  

allow us to begin to pivot toward diseases with larger patient populations, we believe  

that we are beginning to recognize the full potential of this new class of medicines.

U N C O M P R O M I S I N G  
D E D I C A T I O N

KYRA ,  ASSOCIATE  SCIENTIST,  U.S . 
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BENSON,  D IAGNOSED WITH PRIMARY  
HYPEROXALURIA  T YPE 1  (PH1),  U.S .

6

U N D E N I A B L E 
I M P A C T

Alnylam exists to bring forward new treatments for patients in need who  

have  limited or inadequate treatment options, like Benson, who is diagnosed  

with primary hyperoxaluria type 1 (PH1). The approval of OXLUMO™ (lumasiran), 

the first and only treatment for PH1, exemplifies our undeniable impact.



2020   was a year of remarkable accomplishments in the face of extraordinary challenges posed by the global pandemic;  
we not only fulfilled but exceeded our Alnylam 2020 vision and 

goals of building a multi-product, global biopharmaceutical company with a deep clinical 
pipeline and a robust, organic product engine to drive sustainable innovation and value 
creation. With four revenue-generating products, including most recently OXLUMO™ 
(lumasiran) and Leqvio® (inclisiran) in Europe with our partners at Novartis, a dozen 
programs in the clinic, including six in late stages of clinical development, we remained 
true to our “Challenge Accepted” mindset and exhibited our commitment to continue to 
innovate and produce important medicines for patients around the world in need. 

We are extremely pleased with the commercial performance of ONPATTRO® (patisiran)—
our first-in-class RNAi therapeutic for the treatment of polyneuropathy in adults with 
hereditary ATTR (hATTR) amyloidosis. ONPATTRO is now available across the globe— 
in the U.S., EU, Japan, Canada, Switzerland, Brazil and Israel, and achieved reimbursement 
in major EU countries faster than the average of all EMA-approved and reimbursed orphan  
drugs. By year end 2020, approximately 1,350 patients worldwide were receiving commercial  
drug, and we achieved global net product revenues of approximately $306 million for the 
year. In addition, we are continuing to advance patisiran in the APOLLO-B Phase 3 study in 
ATTR amyloidosis patients with cardiomyopathy. If successful, APOLLO-B could potentially 
enable label expansion for ONPATTRO in the 2022-2023 timeframe to include treatment of 
cardiomyopathy in patients with hereditary and wild-type ATTR amyloidosis.

Beyond ONPATTRO, we intend to create an ATTR franchise that also includes vutrisiran, 
our subcutaneously administered investigational RNAi therapeutic in development for 
the treatment of the polyneuropathy of hATTR amyloidosis and also in development for 
the treatment of ATTR amyloidosis. We recently reported positive topline results from 

T O  O U R  S T O C K H O L D E R S
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The Year We Fulfilled (and Exceeded)  
                                              Our “Alnylam 2020” Vision and Goals

Faced with a world and lives drastically upended  
by COVID-19, our people demonstrated incredible resilience  
and the fullest commitment to our mission of developing  
transformative medicines for patients.”



T O  O U R  S T O C K H O L D E R S

the Phase 3 HELIOS-A trial in patients with hATTR amyloidosis with polyneuropathy 
and are also evaluating vutrisiran in the HELIOS-B Phase 3 study in patients with ATTR 
cardiomyopathy, where we are collecting cardiovascular (CV) outcomes data. If positive, 
HELIOS-B could enable vutrisiran to enter the very large wild-type market with a label 
that could potentially include CV outcomes, providing us the opportunity to secure our 
leadership in the ATTR amyloidosis space. 

With GIVLAARI® (givosiran)—our first GalNAc conjugated RNAi therapeutic to gain 
regulatory approval—we are pleased by the rising demand that we are seeing. GIVLAARI 
is now available in the U.S., Canada, EU, and Brazil. By year-end 2020, approximately 200 
patients worldwide were receiving commercial drug, and we achieved global net product 
revenues of approximately $55 million for the year. 

In 2020, two additional RNAi medicines, OXLUMO™ in the U.S. and in the EU and Leqvio®  
in the EU, entered the market, extending our commercial journey well beyond ONPATTRO 
and GIVLAARI.

OXLUMO (lumasiran)—our RNAi therapeutic for the treatment of primary hyperoxaluria  
type 1 (PH1)—received back-to-back regulatory approvals from the European Medicines 
Agency (EMA) and the U.S. Food and Drug Administration (FDA) in November. OXLUMO is  
now the first-ever FDA and EMA approved medicine for the treatment of PH1 and the first 
RNAi medicine that was evaluated for use in adults and young children, including infants.  
On the clinical front, we presented positive readouts from our ILLUMINATE-A (for patients age 
six and older) and ILLUMINATE-B (for patients under the age of six) Phase 3 pivotal studies of 
lumasiran demonstrating clinically significant and sustained reductions of urinary oxalate 
in patients across all age groups and completed enrollment in our ongoing ILLUMINATE-C 
Phase 3 study evaluating lumasiran in patients of all ages with advanced PH1, including 
patients on dialysis. Collectively, the ILLUMINATE program is designed to support the broad 
utility of lumasiran across the full spectrum of PH1 disease onset and severity. 

In 2020, OXLUMO™ (lumasiran)—the world’s first RNAi therapeutic  
to have been evaluated in both adults and children, including infants— 
was approved by the FDA to lower urinary oxalate levels in adult  
and pediatric patients with primary hyperoxaluria type 1 (PH1)  
and by the EMA for the treatment of PH1 patients of all age groups.

2020 also marked the approval of Leqvio® (inclisiran) in Europe by  
our partners at Novartis—the first siRNA (RNAi therapeutic) approved  
by the EMA with the potential to benefit millions of people with  
hypercholesterolemia around the world, validating the future potential  
of RNAi therapeutics in large population diseases.  
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We also saw important advancements in our partnered programs. In December 2020, 
Novartis announced the approval of Leqvio (inclisiran)—the first and only siRNA therapy 
(or RNAi therapeutic) for the treatment of adults with hypercholesterolemia or mixed 
dyslipidemia—by the EMA. Importantly, the ORION program—designed to evaluate the 
safety and efficacy of inclisiran—represents the largest clinical experience for an RNAi 
therapeutic to date, providing a comprehensive overview of the safety profile from over 
3,600 patients and for the first time showcasing the utility of the RNAi therapeutic platform 
in the context of a highly prevalent disease setting. 

In addition, following a brief pause in dosing and enrollment due to a small number of  
nonfatal thrombotic adverse events, our partners at Sanofi have resumed dosing of 
adults and adolescents with fitusiran—in development for the treatment of hemophilia 
A or B, with or without inhibitors—in the ATLAS Phase 3 program. With the maturation of 
these partnered assets where we have a significant economic stake, we are excited by the 
potential for future royalty revenues.

With regard to our early-stage and preclinical assets, we have multiple important efforts 
ongoing across a variety of diseases including hypertension, non-alcoholic steatohepatitis 
(NASH), and complement-mediated diseases, as well as global diseases such as chronic 
hepatitis B virus infection and COVID-19. In particular, we are highly encouraged by the initial  
Phase 1 clinical data from our ALN-AGT program in development for the treatment of 
hypertension, where we have observed clinically meaningful reductions in blood pressure 
with an encouraging safety profile. Further, the durability profile of ALN-AGT may allow us to  
reimagine the treatment of hypertension with a potential quarterly or biannual dose regimen.

On the business front, we substantially strengthened our cash position, entering into a 
broad strategic financing collaboration with Blackstone—a leading private equity firm with 
a strong commitment to the life sciences—under which Alnylam will receive up to $2 billion. 
This deal—one of the largest financings in biotech history—provides Alnylam with very 
significant capital that, we believe, secures our path toward achieving a self-sustainable 
financial profile without the need to access the equity markets in the future. 
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A S IGNIF ICANT 
NUMBER OF  
ALNYLAM  
EMPLOYEES  
CONTINUED  
TO WORK  
ON -S ITE  
THROUGHOUT  
2020



T O  O U R  S T O C K H O L D E R S
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There were also a number of exciting developments across our management team with 
appointments of new leaders including Tolga Tanguler as our Chief Commercial Officer.  
In addition, Yvonne Greenstreet assumed an expanded role as President and Chief 
Operating Officer, and we welcomed Dr. Olivier Brandicourt, former CEO of Sanofi, to the 
Company’s Board of Directors. We believe these appointments more strongly position us 
to execute on our newly announced Alnylam P5 x 25 vision for the next stage of Alnylam’s 
journey to become a top 5 independent, global biopharma company admired for its 
dedication to patients, corporate culture, scientific innovation, social responsibility,  
and commercial excellence. 

Importantly, this year we put forth the pillars of our corporate social responsibility—our 
commitment to take on bold challenges that improve the health of humanity, acting 
every day as relentless advocates for science, patients, employees, communities and our 
planet. Our Patient Access Philosophy is consistent with that commitment where we hold 
ourselves accountable with a specific set of actions; our annual Patient Access Philosophy 
report details our progress and the steps we have taken as a company to ensure patients 
have access to the medicines that may benefit them. Our Diversity, Equity and Inclusion 
efforts demonstrate our commitment to employees and an inclusive work culture.

Relatedly, in 2020 we celebrated multiple notable recognitions by peers and the industry, 
including recognition by The Boston Globe as a Top Place to Work for the sixth year in a row; 
by Science magazine as a top biopharma employer for two consecutive years; the 2020 Prix 
Galien USA Award for Best Biotechnology Product for ONPATTRO® (patisiran); #3 ranking 
in gender parity and #1 in fair representation for Women of Color in Executive and Board 
Leadership, and among the top 25 employers in Massachusetts in the Eos Foundation's 
inaugural Women’s Power Gap in Corporate Massachusetts Survey and Rankings.    

In closing, I’d like to highlight that despite the many challenges associated with 2020, 
including an unprecedented global health crisis, this was a truly unforgettable year for 
Alnylam, a year when we came together to deliver on our ambitious goals, securing 
two regulatory approvals, achieving two positive Phase 3 readouts, filing a Clinical Trial 
Application (CTA) and surpassing 30 value-based agreements (VBAs) with payers across 
our marketed products, thus delivering value to patients, stockholders and employees 
alike. I am beyond grateful to our employees for their passion, hard work and untempered 
enthusiasm in such challenging times and to our stockholders for their continued support 
of Alnylam. 

JOHN MARAGANORE,  PHD  |   CHIEF  EXECUTIVE  OFF ICER ,  ALNYLAM
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A L N Y L A M  B Y  T H E  N U M B E R S 

1,450+
Employees Worldwide

30
Alnylam Offices

50+
Countries with Active  

Clinical Trials

13
Programs in the Clinic

21
Countries

in

4
Product Candidates Approved 

in Under 3 Years

Y VONNE GREENSTREET,  MBCH,  MBA  |   PRES IDENT &  COO,  ALNYLAM

Our growth during 2020 was made 
all the more remarkable by the conditions 
under which it happened. Despite COVID-19, 
our dedicated employees exceeded our  
goals for the year.”

A L N Y L A M  A C R O S S  T H E  G L O B E 

Argentina
Austria
Belgium
Brazil
Canada
Czech Republic
Denmark
France
Germany
Ireland
Italy

Japan
Luxembourg
Netherlands
Portugal
Spain
Sweden
Switzerland
Taiwan 
United Kingdom
United States

ALNYLAM OFF ICES          A LNYLAM D ISTR IBUTORS
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LIANA ,  D IAGNOSED W ITH HATTR AMYLOIDOSIS ,  BRAZ IL

Today, having a daughter who is not  
a carrier, and waiting for my first grandson  
to be born is the greatest joy I have because  
this is a quick disease that does not forgive.” 



~1,350
patients on commercial  
ONPATTRO

99%
U.S. lives with confirmed access  
to ONPATTRO, if prescribed

>20>20
countries outside U.S. where  
ONPATTRO has achieved  
market access

K E Y  S T A T I S T I C S

AS OF Q4 2020

adherence  
on commercial  

ONPATTRO

>90%ONPATTRO® (patisiran) is the first-ever 
FDA-approved RNAi therapeutic and  
our first product to receive marketing  
approval. In the U.S., ONPATTRO is 
indicated for the treatment of the 
polyneuropathy of hATTR amyloidosis 
in adults; in the EU, UK, Switzerland 
and Brazil, for the treatment of hATTR 
amyloidosis in adult patients with stage  
1 or stage 2 polyneuropathy; in Canada  
for the treatment of polyneuropathy in 
adult patients with hATTR amyloidosis, 
and in Japan for the treatment of TTR type 
familial amyloidosis with polyneuropathy.

2020  MILESTONES

• 	 Patisiran is currently being evaluated 
for efficacy and safety in patients 
with transthyretin-mediated (ATTR) 
amyloidosis with cardiomyopathy 
in the Phase 3 APOLLO-B study 

• 	 Filed for regulatory approval  
in Taiwan

Vutrisiran An investigational, 
subcutaneously-administered RNAi 
therapeutic in development for the 
treatment of ATTR amyloidosis, which 
encompasses both hereditary and wild-
type amyloidosis. It is designed to target 
and silence specific messenger RNA, 
blocking the production of wild-type  
and mutant TTR protein before it is made. 
Quarterly administration of vutrisiran  
may help to reduce deposition and 
facilitate the clearance of TTR amyloid 
deposits in tissues and potentially restore 
function to these tissues.

2020  MILESTONES

• 	 Positive topline results from the 
HELIOS-A Phase 3 study of vutrisiran 
in patients with hATTR amyloidosis 
with polyneuropathy were recently 
announced, and the Company plans to 
submit a New Drug Application with the 
U.S. FDA in early 2021 

• 	 HELIOS-B, a Phase 3 placebo-controlled 
mortality and cardiovascular events  
trial in patients with ATTR amyloidosis 
with cardiomyopathy, continues to  
enroll patients 

Transthyretin (ATTR) amyloidosis is a rare, underdiagnosed, 
rapidly progressive, debilitating, and fatal disease caused by 
misfolded TTR that accumulates as amyloid fibrils in multiple  
tissues including the nerves, heart, and GI tract. There are two  
types of ATTR amyloidosis: hereditary (hATTR) amyloidosis and  
wild-type (wtATTR) amyloidosis.
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NATHAN,  D IAGNOSED WITH ACUTE HEPATIC  PORPHYRIA ,  U.S .

I had to learn that you just have  
to keep going and rely on the support  
of the ones that love you, that keep  
encouraging you to take another step.”

A C U T E  H E P A T I C 
P O R P H Y R I A

14



K E Y  S T A T I S T I C S

AS OF Q4 2020

~200
patients worldwide on commercial  
GIVLAARI

94%
U.S. lives with confirmed access  
to GIVLAARI, if prescribed

10+
value-based agreements  
(VBAs) finalized

of people with AHP 
are women

80%

GIVLAARI® (givosiran) is an RNAi 
therapeutic targeting aminolevulinic 
acid synthase 1 (ALAS1) approved for 
the treatment of adults with AHP in 
the U.S., Brazil and Canada, and for 
the treatment of AHP in adults and 
adolescents aged 12 years and older 
in the EU. 

2020  MILESTONES

• 	 Published pivotal results from the 
ENVISION Phase 3 study in The New 
England Journal of Medicine 

•	 Reported 18-month interim results 
from the ongoing open-label extension 
period of the ENVISION Phase 3 study, 
demonstrating sustained efficacy  
and safety with long-term dosing  
of GIVLAARI

•	 Received regulatory approvals  
in the EU, Brazil and Canada 

•	 Filed for regulatory approvals  
in Switzerland, Israel and Japan

Acute hepatic porphyria (AHP) refers to a family of ultra-rare, 
genetic diseases characterized by debilitating, potentially life-
threatening attacks and, for some patients, chronic manifestations 
that negatively impact daily functioning and quality of life. While  
severe, unexplained abdominal pain is the most common symptom  
of AHP, people may also experience nausea, vomiting, seizures, 
anxiety and depression, and pain in their limbs, back or chest.

AHP FACTS

• 	 In the U.S. and EU, ~1k people suffer frequent and severe AHP attacks and ~5k people 
experience one or more AHP attacks annually 

•	 Severe, unexplained abdominal pain occurs in more than 90% of people  
who experience AHP attacks		

•	 Patients with AHP can wait up to 15 years for a confirmed diagnosis
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P R I M A R Y  H Y P E R O X A L U R I A  
T Y P E  1
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DAN,  FATHER OF  ELOISE  V IOLA ,  
D IAGNOSED WITH PR IMARY  
HYPEROXALURIA  T YPE 1  (PH1),  U.S .

To know that your child has  
a genetic disease is disheartening. 
We want to do everything we can  
to support her, that’s what drives us.”



OXLUMO™ (lumasiran) is an RNAi 
therapeutic targeting hydroxyacid 
oxidase 1 (HAO1) that encodes glycolate 
oxidase (GO), an enzyme upstream  
of the disease-causing defect in PH1. 
OXLUMO is approved in the U.S. for the 
treatment of PH1 to lower urinary oxalate 
levels in pediatric and adult patients,  
and in the EU for the treatment of PH1  
in all age groups. OXLUMO is the first- 
ever treatment for PH1 and the first RNAi 
medicine to have been evaluated in 
adults and children, including infants. 

The safety and efficacy of lumasiran are 
being evaluated in the ILLUMINATE-C 
Phase 3 study in children and adults  
with advanced PH1, including patients  
on dialysis.

2020  MILESTONES

• 	 Reported positive results from the 
ILLUMINATE-A study in patients six 
years of age and older

•	 Reported positive results from the 
ILLUMINATE-B study in patients under 
the age of six, including infants

•	 Completed enrollment in the 
ILLUMINATE-C study

•	 Received regulatory approvals  
in the U.S. and EU

•	 Received pediatric rare disease priority 
review voucher from FDA

•	 Filed for regulatory approval in Brazil

•	 Introduced enhanced value-based 
agreements (VBAs) with new patient 
need adjustment (PNA)

Primary hyperoxaluria type 1 (PH1) is an ultra-rare, inherited 
disease in which an enzyme defect in the liver causes oxalate 
overproduction, resulting in recurrent kidney stones, progressive 
loss of kidney function and, ultimately, end-stage renal disease with 
subsequent accumulation of oxalate throughout the body, including 
the eyes, bones, skin and the heart.  

PH1 FACTS

• 	 Majority of patients are diagnosed throughout childhood and adolescence,  
but patients can present with symptoms at any age, from infancy to late adulthood

• 	 Kidney stones are the most common and early symptom

• 	 Patients with advanced disease can face an aggressive dialysis regimen  
of 6-7 sessions per week
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patients with a confirmed PH1 
diagnosis in the U.S. and EU

1,300- 
2,100

mean time to diagnosis in adults 

average daily intake of water  
patients need to consume to help 
reduce kidney stone formation

~6yrs

>1gal

19 
start forms submitted to initiate 
treatment with OXLUMO

5
value-based agreements (VBAs) 
executed, as of mid March 2021

of PH1 patients remain  
undiagnosed until they  
progress to end-stage  

renal disease

~65%

K E Y  S T A T I S T I C S

AS OF Q4 2020



Alnylam’s robust clinical development pipeline  
is focused on four strategic therapeutic areas (STArs) 
targeting rare and more prevalent diseases. It features six 
programs in late-stage development.

1 POC, proof of concept—defined as having demonstrated target gene knockdown and/or additional evidence of activity in clinical studies
2 Includes marketing application submissions
3 �Approved in the U.S. and Canada for the polyneuropathy of hATTR amyloidosis in adults, in the EU, Switzerland, Brazil and Taiwan for the treatment of hATTR amyloidosis in adults with stage 1 or stage 2  

polyneuropathy, and in Japan for the treatment of transthyretin (TTR) type familial amyloidosis with polyneuropathy
4 Approved in the U.S., Brazil and Canada for the treatment of adults with acute hepatic porphyria (AHP), and in the EU for the treatment of AHP in adults and adolescents aged 12 years and older
5 Approved in the U.S. for the treatment of primary hyperoxaluria type 1 (PH1) to lower urinary oxalate levels in pediatric and adult patients, and in the EU for the treatment of PH1 in all age groups
6 Novartis has obtained global rights to develop, manufacture and commercialize inclisiran
7 50% of inclisiran royalty revenue from Novartis will be payable to Blackstone by Alnylam
8 Cemdisiran is currently in Phase 2 development and pozelimab is currently in Phase 1 development; Alnylam and Regeneron are evaluating potential combinations of these two investigational therapeutics
9 Dicerna is leading and funding development of ALN-AAT02 and DCR-A1AT and will select which candidate to advance in development
10  Potential 2021 IND candidate

PRODUCT/PROGRAM DISEASE HUMAN  
POC1

BREAKTHROUGH 
DESIGNATION

EARLY/MID STAGE 
(IND or CTA Filed-Phase 2)

LATE STAGE
(Phase 2-Phase 3)

 
REGISTRATION/ 
COMMERCIAL2

 
COMMERCIAL  

RIGHTS

ONPATTRO®
(patisiran)3

Hereditary ATTR  
Amyloidosis

Global

GIVLAARI®
(givosiran)4 Acute Hepatic Porphyria Global

OXLUMO™
(lumasiran)5

Primary Hyperoxaluria  
Type 1

Global

Leqvio®
(inclisiran)6 Hypercholesterolemia

Milestones & up 
to 20% Royalties7

Patisiran ATTR Amyloidosis  
Label Expansion

Global

Vutrisiran ATTR Amyloidosis Global

Fitusiran Hemophilia and Rare  
Bleeding Disorders

15-30%  
Royalties

Lumasiran Severe PH1 
Recurrent Renal Stones

Global

Cemdisiran Complement-Mediated 
Diseases

50-50

Cemdisiran/ 
Pozelimab8 

Complement-Mediated 
Diseases

Milestone/ 
Royalty

ALN-AAT02 
(DCR-A1AT)9 Alpha-1 Liver Disease

Ex-U.S. option  
post-Phase 3

ALN-HBV02
(VIR-2218)

Hepatitis B Virus 
Infection

50-50 option  
post-Phase 2

ALN-AGT Hypertension Global

ALN-HSD10 NASH 50-50

ALN-COV
(VIR-2703)10 COVID-19 

50-50 option  
post-Phase 2

Genetic Medicines Cardio-Metabolic Diseases

Infectious Diseases CNS/Ocular Diseases

Focused in 4 Strategic Therapeutic Areas
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O U R  
P I P E L I N E



JEAN-CHRISTOPHE, 
D IAGNOSED WITH  
HATTR AMYLOIDOSIS , 
FRANCE

1919

S T R A T E G I C  C O L L A B O R A T I O N S

RECREATE PMS(FROM PDF)

We seek out partners who share our passion for innovation,  
strive to make a significant impact in the lives of patients and who  
can help us advance RNAi therapeutics across therapeutic areas.  
Our partnerships range from financing to commercialization to 
development to preclinical research and genetics. 



 
 
 P A T I E N T  A C C E S S 

B Y  T H E  N U M B E R S

patients worldwide receiving  

commercial Alnylam therapies

>1,500
value-based agreements (VBAs)  

signed in the U.S. 

>30

Patients are at the core of everything we do. Alnylam was founded to help  
those people who lack adequate treatment options live fuller, healthier lives.  
Their needs inspire us to innovate and take action and their stories keep us  
focused on that goal. 

At Alnylam, we all live by a shared philosophy when it comes to patient access:  
our innovative therapies must get to those who may benefit from them. That 
philosophy of putting the patient first isn’t just a belief common among our 
leadership and employees, it’s a statement of intent and a specific set of actions 
that we’ve undertaken as a company. Our Patient Access Philosophy was created 
before our first medicine was approved. It is our North Star, guiding how we 
embrace the need for innovation in addressing coverage delays or barriers and  
the decisions we make to ensure that patients around the world can access  
every medicine we develop.

Our Patient Access Philosophy has three pillars: Help Patients, Deliver Value  
to Payers and Be Proactive and Accountable.

20

zero price increases to date on 

two launched products

Learn more about our commitment to patient access and download 
our 2020 Patient Access Philosophy Report at alnylam.com/access  
or by scanning this code with your mobile phone.

S U P P O R T I N G  P A T I E N T S  A N D  
H E A L T H C A R E  P R O F E S S I O N A L S



 
 
 

patients enrolled 
in Alnylam Assist

>700

GLAUCIENE,  D IAGNOSED  
WITH AHP,  BRAZIL
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Alnylam Assist® is our patient support program for patients liv-
ing in the U.S. and Canada prescribed one of our therapies, and 
their caregivers. Alnylam Assist provides support throughout 
the treatment journey including help understanding insurance 

coverage, options for financial support and educational materials and resources. Patients have 
a dedicated Case Manager to help make their experience more personalized. 

Alnylam Act® offers eligible patients in the U.S., Cana-
da and Brazil with no-charge, 3rd-party genetic testing 
and counseling. Alnylam Act was developed to help 

reduce barriers to genetic testing and counseling to help facilitate accurate diagnosis and help 
patients make informed decisions about their health with their healthcare provider. Healthcare 
professionals or patients who use this program have no obligation to recommend, purchase, 
order, prescribe, promote, administer, use, or support any Alnylam product.

genotyped samples  
through Alnylam Act

>30k

P A T I E N T  A C C E S S  A N D  D I A G N O S I S  P R O G R A M S



C O R P O R A T E  
R E S P O N S I B I L I T Y

Stemming from the core values of Stemming from the core values of 
Alnylam, our approach to corporate Alnylam, our approach to corporate 
responsibility (CR) embodies ourresponsibility (CR) embodies our 
“Challenge Accepted” philosophy.  philosophy. 
Our CR mission statement—Our CR mission statement—“Accepting 
Challenges to Improve the Health 
of Humanity”—helps articulate how helps articulate how 
we approach our work each day. It we approach our work each day. It 
describes our commitment to tackling describes our commitment to tackling 
unprecedented and complex challenges, unprecedented and complex challenges, 
taking courageous action, and using our taking courageous action, and using our 
business as a force for good. business as a force for good. 

Our CR efforts are focused in five key Our CR efforts are focused in five key 
areas, each with dedicated leadership areas, each with dedicated leadership 
and specific goals and metrics by which  and specific goals and metrics by which  
we will evaluate our progress and  we will evaluate our progress and  
impact annually.impact annually.
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JON,  SCIENTIST,  U.S .
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P A T I E N T S

We strive to improve 
patients’ lives and enable 
access to potentially  
life-changing treatments.

C O M M U N I T Y

We actively engage people 
in tackling the world’s most 
pressing community and 
health equity challenges.

S C I E N C E

We advocate for science 
and innovation to address 
critical health and social 
issues. 

P L A N E T

We seek to improve the 
health and sustainability  
of our planet.

Learn more about Corporate Responsibility at Alnylam and 
download our 2020 CR Summary at alnylam.com/responsibility 
or by scanning this code with your mobile phone.

E M P L O Y E E S

We foster an open, diverse 
culture where employees 
feel included, supported,  
and heard.



Our dynamic culture, exciting science and focus on diversity, equity and 
inclusion has made us a recognized leading employer. At Alnylam, we know 
that our long-term success and ability to deliver innovative medicines to patients 
require a highly motivated, diverse and inclusive workforce. We are committed to 
building a work environment with a shared mission and values and in which all 
employees feel they belong and are enabled to achieve their full potential. This  
focus on our people has made us an employer of choice around the world.

R E C O G N I T I O N

UK and
Switzerland

KELLEY  BOUCHER  |   CH IEF  HUMAN RESOURCE OFF ICER ,  ALNYLAM

We are extremely proud of the high-functioning, open  
and inclusive culture we've built. It makes us a magnet for the very  
best talent and a place where people thrive, which in turn enables  
us to deliver on our mission of bringing innovative medicines  
to patients as quickly as possible.”
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“Alnylam is a clear leader”
—EOS FOUNDATION
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Patent Number Country/Region* Patent Type Expiration Date** Owner/Licensor
8106022 United States Compositions of Matter & 

Methods of Use
12/12/2029 Alnylam 

8828956 United States Compositions of Matter & 
Methods of Use

12/4/2028 Alnylam 

9828606 United States Compositions of Matter 12/26/2034 Dicerna Pharmaceuticals 

10131907 United States Compositions of Matter & 
Methods of Use 

8/24/2028 Alnylam 

10435692 United States Methods of Use  12/26/2034 Dicerna Pharmaceuticals 

10465195 United States Compositions of Matter & 
Methods of Use

12/26/2034 Dicerna Pharmaceuticals 

10478500 United States Compositions of Matter & 
Methods of Use

10/9/2035 Alnylam 

10487330 United States Compositions of Matter & 
Methods of Use

12/26/2034 Dicerna Pharmaceuticals 

10612024 United States Compositions of Matter 8/14/2035 Alnylam 

10612027 United States Compositions of Matter & 
Methods of Use

8/14/2035 Alnylam 

3087184 Europe Compositions of Matter  12/26/2034 Dicerna Pharmaceuticals 









Drug (Company) Drug Description Phase Administration
Hemophilia A 
Advate (Takeda), Adynovate (Takeda), Kogenate 
(Bayer), Kovaltry (Bayer), Novoeight (Novo 
Nordisk), Xyntha (Pfizer), Nuwiq (Octapharma), 

Recombinant FVIII factor products Approved IV 

Valoctocogene roxaparvovec (BioMarin) Gene therapy Phase 3 IV - Single 
Administration

HEMLIBRA (Roche) Bispecific antibody mimetic of FVIII Approved SC - Monthly
Marstacimab (Pfizer)  Anti-TFPI antibody Phase 3 SC - Weekly
RG6357 (Roche) Gene therapy Phase 3 IV – Single 

Administration 
Hemophilia B 
Rixubis (Takeda), Rebinyn (Novo Nordisk), 
BeneFIX (Pfizer), Alprolix (Bioverativ), Idelvion 

Recombinant FIX factor products Approved IV 

Etranacogene dezaparvovec (uniQure/CSL rAAV5 FIX gene therapy Phase 3 IV - Single 
Administration

SPK-9001 (Roche, through its acquisition of Spark 
Therapeutics) 

Spark200 AAV FIX gene therapy Phase 3 IV - Single 
Administration

Inhibitor Patients 
Emicizumab HEMLIBRA, 
ACE-910 (Roche) 

Bispecific antibody mimetic of FVIII Approved SC - Monthly 

Feiba (Takeda) Bypassing agent Approved IV
NovoSeven (Novo Nordisk) Bypassing agent Approved IV
Marstacimab (Pfizer)  Anti-TFPI antibody Phase 3 SC - Weekly 
Hemophilia A and B    
Concizumab, anti-TFPI (Novo Nordisk) Anti-TFPI antibody Phase 2 SC  

Marstacimab (Pfizer)  Anti-TFPI antibody Phase 3 SC - Weekly   



































































































































































































































When Alnylam was founded, many deemed our goals “impossible,” 

“impractical” and “unrealistic” yet our innovative science proved the 

naysayers wrong. With the approval of our 3rd and 4th medicines— 

OXLUMO™ and Leqvio® (licensed to Novartis) in 2020, and exciting 

growth in our pipeline, we have furthered our reputation for unbounded 

innovation and cemented our leadership in RNAi therapeutics.

U N B O U N D E D  
I N N O V A T I O N

A L N Y L A M  L E A D E R S H I P

M A N A G E M E N T  T E A M

John M. Maraganore, PhD
Chief Executive Officer  Chief Executive Officer  
& Director& Director

Al Boyle, PhD
Chief Technical Operations Chief Technical Operations 
& Quality Officer& Quality Officer

Yvonne L. Greenstreet, 
MBChB, MBA
President & Chief President & Chief 
Operating OfficerOperating Officer

Jeffrey V. Poulton, MBA
Chief Financial OfficerChief Financial Officer

Akshay K. Vaishnaw, 
MD, PhD
President, Research  President, Research  
& Development& Development

Kelley Boucher
Chief Human Resource Chief Human Resource 
OfficerOfficer

Pushkal Garg, MD
Chief Medical OfficerChief Medical Officer

Tolga Tanguler, MBA
Chief Commercial Chief Commercial 
OfficerOfficer

Laurie B. Keating, JD
Chief Legal Officer  Chief Legal Officer  
& Secretary& Secretary

Michael W. Bonney, Chair
Board Chair, and former Executive Board Chair, and former Executive 
Chair and Chief Executive Officer  Chair and Chief Executive Officer  
of Kaleido Biosciences; Board of Kaleido Biosciences; Board 
Chair of Magenta Therapeutics; Chair of Magenta Therapeutics; 
Director of Bristol Myers Squibb Director of Bristol Myers Squibb 
Company; former Chief Executive Company; former Chief Executive 
Officer and Director of Cubist Officer and Director of Cubist 
Pharmaceuticals; former Director Pharmaceuticals; former Director 
of Sarepta Therapeutics and of Sarepta Therapeutics and 
Syros Pharmaceuticals.Syros Pharmaceuticals.

Dennis A. Ausiello, MD
Director of the Center for Director of the Center for 
Assessment Technology and Assessment Technology and 
Continuous Health (CATCH); Continuous Health (CATCH); 
Jackson Distinguished Professor  Jackson Distinguished Professor  
of Clinical Medicine at Harvard of Clinical Medicine at Harvard 
Medical School; Physician‐in‐Medical School; Physician‐in‐
Chief Emeritus at Massachusetts Chief Emeritus at Massachusetts 
General Hospital; Member of General Hospital; Member of 
the Institute of Medicine of the the Institute of Medicine of the 
National Academy of Sciences National Academy of Sciences 
and the American Academy of and the American Academy of 
Arts and Sciences; Director of Arts and Sciences; Director of 
Seres Therapeutics.Seres Therapeutics.

Olivier Brandicourt, MD
Senior Advisor at Blackstone Senior Advisor at Blackstone 
Group; former Chief Executive Group; former Chief Executive 
Officer and Director of Sanofi; Officer and Director of Sanofi; 
former Chief Executive Officer and former Chief Executive Officer and 
Chair of Bayer HealthCare; former Chair of Bayer HealthCare; former 
President and General Manager  President and General Manager  

of the Emerging Markets  of the Emerging Markets  
and Established Products  and Established Products  
business units; member  business units; member  
of the Executive Leadership  of the Executive Leadership  
Team of Pfizer Inc.Team of Pfizer Inc.

Marsha H. Fanucci
Former Chief Financial Officer  Former Chief Financial Officer  
of Millennium Pharmaceuticals; of Millennium Pharmaceuticals; 
Chair of the Board of Directors  Chair of the Board of Directors  
of Cyclerion Therapeutics;  of Cyclerion Therapeutics;  
Director of Syros Pharmaceuticals Director of Syros Pharmaceuticals 
and Forma Therapeutics.and Forma Therapeutics.

Margaret A. Hamburg, MD
Former Commissioner of the U.S. Former Commissioner of the U.S. 
Food & Drug Administration (FDA); Food & Drug Administration (FDA); 
Interim Vice President, Global Interim Vice President, Global 
Biological Policy and Programs Biological Policy and Programs 
at the Nuclear Threat Initiative; at the Nuclear Threat Initiative; 
former Foreign Secretary of the former Foreign Secretary of the 
National Academy of Medicine National Academy of Medicine 
(NAM); former Chair of the Board (NAM); former Chair of the Board 
of the American Association  of the American Association  
for the Advancement of  for the Advancement of  
Science (AAAS).Science (AAAS).

John M. Maraganore, PhD
Chief Executive Officer of Alnylam; Chief Executive Officer of Alnylam; 
Member of the Board of Directors Member of the Board of Directors 
of Agios Pharmaceuticals; of Agios Pharmaceuticals; 
Member and former Chair of Member and former Chair of 
the Biotechnology Industry the Biotechnology Industry 
Organization (BIO).Organization (BIO).

Steven M. Paul, MD
Chairman of the Board, President Chairman of the Board, President 
and Chief Executive Officer of and Chief Executive Officer of 
Karuna Therapeutics and board Karuna Therapeutics and board 
member of Voyager Therapeutics, member of Voyager Therapeutics, 
Inc.; Venture Partner at Third Rock Inc.; Venture Partner at Third Rock 
Ventures; co-founder and Director Ventures; co-founder and Director 
of SAGE Therapeutics; trustee for of SAGE Therapeutics; trustee for 
the Foundation for the National the Foundation for the National 
Institute of Mental Health (NIH); Institute of Mental Health (NIH); 
former President of the Lilly former President of the Lilly 
Research Laboratories of Eli Lilly Research Laboratories of Eli Lilly 
and Company; former Scientific and Company; former Scientific 
Director of the National Institute Director of the National Institute 
of Mental Health and adjunct of Mental Health and adjunct 
professor of Psychiatry  professor of Psychiatry  
at Washington University of  at Washington University of  
St. Louis School of Medicine.St. Louis School of Medicine.

David E.I. Pyott
Former Chair and Chief Executive Former Chair and Chief Executive 
Officer of Allergan; Member of the Officer of Allergan; Member of the 
Supervisory Board of Royal Philips Supervisory Board of Royal Philips 
in the Netherlands; Director of in the Netherlands; Director of 
BioMarin Pharmaceutical and BioMarin Pharmaceutical and 
Pliant Therapeutics; former Pliant Therapeutics; former 
Lead Director of Avery Dennison Lead Director of Avery Dennison 
Corporation.Corporation.

Colleen F. Reitan
Former President of Plan Former President of Plan 
Operations and Chief Operating Operations and Chief Operating 
Officer of Health Care Service Officer of Health Care Service 
Corporation (HCSC); former Corporation (HCSC); former 

President and Chief Operating President and Chief Operating 
Officer of Blue Cross Blue Shield Officer of Blue Cross Blue Shield 
of Minnesota; Director of Myriad of Minnesota; Director of Myriad 
Genetics and Cricket Health.Genetics and Cricket Health.

Amy W. Schulman
Managing Partner, Polaris Managing Partner, Polaris 
Partners; Co-founder, Executive Partners; Co-founder, Executive 
Chair, and former Chief Executive Chair, and former Chief Executive 
Officer of Lyndra Therapeutics; Officer of Lyndra Therapeutics; 
Chair of SQZ Biotech; Senior Chair of SQZ Biotech; Senior 
Lecturer at Harvard Business Lecturer at Harvard Business 
School; former Executive Vice School; former Executive Vice 
President and General Counsel President and General Counsel 
of Pfizer; served as the Business of Pfizer; served as the Business 
Unit Lead for Pfizer Consumer Unit Lead for Pfizer Consumer 
Healthcare.Healthcare.

Phillip A. Sharp, PhD
Institute Professor, The Koch Institute Professor, The Koch 
Institute for Integrative Cancer Institute for Integrative Cancer 
Research, MIT; Founding Director Research, MIT; Founding Director 
of McGovern Institute for Brain of McGovern Institute for Brain 
Research, MIT; Nobel Laureate; Research, MIT; Nobel Laureate; 
Founder of Alnylam; Co-founder Founder of Alnylam; Co-founder 
and former Director of Biogen; and former Director of Biogen; 
Member of the National Academy  Member of the National Academy  
of Sciences, the Institute of of Sciences, the Institute of 
Medicine, and the American Medicine, and the American 
Academy of Arts and Sciences; Academy of Arts and Sciences; 
Director of Syros Pharmaceuticals Director of Syros Pharmaceuticals 
and Vir Biotechnology.and Vir Biotechnology.
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Corporate Headquarters
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To those who say “impossible, impractical, unrealistic,” we say:

C H A L L E N G E  A C C E P T E D
We’re relentless in our pursuit of new treatments because  
patients shouldn't have to wait for hope.

@AlnylamPharma@AlnylamPharma

@Alnylam@Alnylam

Alnylam PharmaceuticalsAlnylam Pharmaceuticals




