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

CHALLENGE ACCEPTED
We’re relentless in our pursuit of new treatments because  
patients shouldn't have to wait for hope.
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In 2019, GIVLAARI® (givosiran) –  

our first subcutaneously administered  

RNAi therapeutic – was approved by the  

U.S. FDA for the treatment of adults with  

acute hepatic porphyria (AHP), an ultra-rare 

orphan disease with enormous burden.

VERONICA, DIAGNOSED WITH ACUTE HEPATIC PORPHYRIA, AND HER FATHER, SPAIN
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Our Leadership
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>>750  
 PATIENTS WORLDWIDE  

ARE RECEIVING  
COMMERCIAL ONPATTRO

4  

POSITIVE   
PHASE  

3 
READOUTS  

IN LESS  
THAN

3 
YEARS

The Year Alnylam  
Became a Multi-Product 
Company 
2019 WAS A TRANSFORMATIONAL YEAR FOR ALNYLAM, with strong global 
commercial execution with ONPATTRO® (patisiran), regulatory approval  
of the world’s second RNAi therapeutic, GIVLAARI® (givosiran), positive 
Phase 3 readouts in three separate programs, advancement of a robust 
development pipeline that includes six late-stage clinical programs, and 
completion of our largest-ever alliance with Regeneron Pharmaceuticals, 
Inc. to build a pipeline of potentially transformational medicines for central 
nervous system (CNS) and ocular diseases. 

In 2019, Alnylam became a global, multi-product commercial biopharma- 
ceutical company with two marketed products, two products in registration, a 
clinical pipeline with eleven programs, including six in late-stage development, 
and a product engine with the potential to deliver two to four new 
investigational new drug applications (INDs) per year. We’re proud of our 
productivity and efficiency and of what we have accomplished so far.

We are very pleased with the commercial execution with ONPATTRO – our 
first-in-class RNAi therapeutic for the treatment of polyneuropathy in adults 
with hereditary ATTR amyloidosis. ONPATTRO is now available in the U.S., 
EU, Japan, Brazil, Canada, UK and Switzerland. By year end 2019, over 750  
patients worldwide were receiving commercial drug and we achieved global 
net product revenues of approximately $166 million for the year. 

Going forward we expect steady and continued growth for ONPATTRO  
fueled by new patient finding, global expansion, and evidence-generating 
activities. In addition, we initiated our APOLLO-B Phase 3 trial of patisiran 
in ATTR amyloidosis patients with cardiomyopathy, which, if successful, 
could potentially lead to label expansion for ONPATTRO in the 2021-2022 
timeframe. We believe ONPATTRO is just the beginning of the value that 
we can create across our ATTR franchise. Vutrisiran, our subcutaneously 
administered investigational RNAi therapeutic for the treatment of ATTR 
amyloidosis, is being evaluated in the HELIOS Phase 3 program, where we 
plan to collect cardiovascular outcomes data, among other metrics, with the 
potential to provide the opportunity to extend our leadership across the entire 
ATTR amyloidosis spectrum. 

Our second approved product, GIVLAARI, is the first GalNAc conjugate  
small interfering RNA (siRNA) to ever gain regulatory approval. GIVLAARI is  
approved in the U.S. for the treatment of adults with AHP and in the EU for  
the treatment of AHP in adults and adolescents aged 12 years and older. While  
early in our launch, we are pleased by the initial demand that we are seeing 
in the U.S. We will be following the ONPATTRO playbook, leveraging global 

TO  OU R  STO C K H O L D E R S

NOW APPROVED IN  
THE U.S. AND EU
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commercial capabilities to bring this important medicine to patients. We 
continue to be proactive in our engagement with payers and are offering 
value-based agreements (VBAs) with an enhanced feature, called a 
prevalence-based adjustment, as an innovative framework to ensure strong 
patient access in ultra-rare conditions such as AHP. 

Our commercial story goes beyond ONPATTRO and GIVLAARI and in the next  
12-24 months we foresee the potential for up to four additional transformative 
medicines coming to market: lumasiran, vutrisiran, and, with partners, 
inclisiran and fitusiran. 

With lumasiran – our investigational RNAi therapeutic for the treatment of 
primary hyperoxaluria type 1 (PH1) – we ended 2019 with positive topline 
results from our ILLUMINATE-A pivotal Phase 3 study. We reported a highly 
significant effect on the primary endpoint with lumasiran demonstrating 
normalization or near normalization of urinary oxalate levels in patients with 
mild to moderate renal impairment, with a safety profile in line with that 
we had previously reported. Based on these results, we have initiated our 
rolling new drug application (NDA) submission to the U.S. Food and Drug 
Administration (FDA). Assuming positive regulatory review, we anticipate 
launching lumasiran by the end of 2020. In addition, we continue to evaluate 
lumasiran in our ILLUMINATE-B Phase 3 pediatric trial in children under 
the age of six (including infants), and our ILLUMINATE-C Phase 3 study in 
patients of all ages with advanced disease (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.

Turning to our partnered programs, The Medicines Company achieved a  
critical milestone in the inclisiran clinical development program with strongly 
positive results in patients with hypercholesterolemia across the Phase 3 
ORION pivotal trials. Importantly, the ORION program represents the largest 
clinical experience for an investigational RNAi therapeutic to date, providing  
a comprehensive overview of the safety profile from over 3,600 patients 
on drug. These results led to the $9.7 billion acquisition of The Medicines 
Company by Novartis AG, who have now filed an NDA and Marketing 
Authorisation Application (MAA) for inclisiran. In addition, our partners at 
Sanofi continue to advance fitusiran for the treatment of hemophilia A or B, 
with or without inhibitors, in the comprehensive ATLAS Phase 3 program. 
We are excited by the prospect of these partnered assets with substantial 
revenue potential and where we have a significant economic stake.

With regard to our early-stage and pre-clinical pipelines, we have multiple 
exciting efforts ongoing in a variety of rare diseases such as complement- 
mediated diseases, common diseases such as hypertension and non-
alcoholic steatohepatitis (NASH), as well as global diseases such as chronic 
hepatitis B virus infection. We were excited to share initial data from some of 
these programs at our R&D Day in November. 

On the business front, earlier in the year we entered into an industry-leading 
alliance with Regeneron to discover, develop, and commercialize RNAi  

L U M A S I R A N  

RECEIVED A  
PEDIATRIC RARE  
DISEASE DESIGNATION  
FOR THE TREATMENT OF  

PH1 FROM THE U.S. FDA

CNS AND OCULAR  

DELIVERY OF  

RNAi THERAPEUTICS  

REPRESENTS  

ALNYLAM'S  

NEXT WAVE  
OF POTENTIAL  

OPPORTUNITIES  
FOR SUSTAINABLE  

INNOVATION AND  

GROWTH

>250  
PUBLICATIONS 2003-2019



In 2019, Alnylam  
became a global, 

multi-product commercial 
biopharmaceutical company 
with two marketed products, 
two products in registration, a 
clinical pipeline with eleven  
programs including six in  
late-stage development and  
a product engine capable of 
delivering two to four new  
INDs per year. We’re proud of 
our productivity and efficiency 
and of what we have  
accomplished so far.

JOHN MARAGANORE, PH.D.
CHIEF EXECUTIVE OFFICER

therapeutics for the treatment of CNS and ocular diseases, in addition to a 
select number of programs designed to target genes expressed in the liver.  
In addition, we entered into a disease education and promotional agreement 
with Ironwood Pharmaceuticals, Inc. to help raise AHP awareness and bring 
GIVLAARI to gastroenterologists in the U.S.

We also strengthened our leadership team, with appointments of Jeff Poulton 
– our new Chief Financial Officer and Kelley Boucher – our new Chief Human 
Resources Officer; and the promotion of Kevin Fitzgerald – our Chief Scientific 
Officer and Pete Smith – our Chief Early Development Officer, positioning us 
for that next phase of commercial, talent, and pipeline growth.

We were thrilled to celebrate the publication of our 250th scientific paper, 
underscoring our commitment to scientific excellence and transparency. 
We were also honored to be recognized by Science magazine as the world’s 
number one biopharma employer, a wonderful accolade that symbolizes the 
tenacity, grit, and pioneering spirit that have been foundational for the  
company over the past 17 years.

In closing, I’d like to highlight that in a span of just over two years, we have 
had four positive results from Phase 3 programs yielding regulatory approvals 
of two important RNAi medicines and regulatory submissions for two others. 
This is a remarkable accomplishment that we are very proud of and that 
places us on a path to exceed our Alnylam 2020 goals of becoming a multi-
product, global commercial company with a deep clinical pipeline to drive 
future growth and a robust product engine to fuel sustainable innovation and 
patient impact. Without a doubt, this is a profile rarely achieved in biotech 
history and one that we believe is more tangible than ever. I am deeply 
indebted to our more than 1,350 employees for their fortitude, dedication, and 
commitment through this ambitious phase of Alnylam’s growth and to our 
stockholders for their lasting support and commitment. 

6+
YEARS OF  
LONGEST DURATION  
ON AN ALNYLAM RNAi  
THERAPEUTIC

1,350+
EMPLOYEES

2
APPROVED  
PRODUCTS

11
PROGRAMS IN  
CLINICAL  
DEVELOPMENT

FDA  
BREAKTHROUGH  

DESIGNATIONS

ALNYLAM  BY THE NUMBERS

3
3

As of Q4 2019



CATILENA, DIAGNOSED WITH hATTR AMYLOIDOSIS, SPAIN

4

I try to keep myself active 
by walking the dogs and  
doing everyday things. It helps 
me  feel as normal as possible 
and to not give up.



ATTR Amyloidosis

P A T I S I R A N
Patisiran — unbranded ONPATTRO — is our investigational RNAi 
therapeutic targeting TTR for the treatment of ATTR amyloidosis 
(hereditary or wild type) with cardiomyopathy.
M I L E S T O N E S  - Initiated APOLLO-B Phase 3 study, evaluating patisiran 
for the treatment of ATTR amyloidosis with cardiomyopathy

V U T R I S I R A N
Vutrisiran is 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.

M I L E S T O N E S - Initiated HELIOS-B, a Phase 3 placebo-controlled  
mortality and cardiovascular hospitalization trial in patients with ATTR  
amyloidosis with cardiomyopathy. Completed enrollment in HELIOS-A,  
an open-label Phase 3 study in patients with hATTR amyloidosis

Transthyretin (ATTR) amyloidosis is a rare, life-threatening,  
multisystemic disease encompassing hereditary ATTR (hATTR)  
amyloidosis and wild-type ATTR (wtATTR) amyloidosis, which  
result from either hereditary (genetic mutation) or nonhereditary 
(unknown) causes, respectively. In ATTR amyloidosis, misfolded  
transthyretin (TTR) proteins accumulate as amyloid fibrils in 
multiple organs and tissue types and can lead to manifestations 
associated with polyneuropathy and cardiomyopathy. 

$166 
MILLION GLOBAL NET  
PRODUCT REVENUES IN 2019

99%  
U.S. LIVES WITH CONFIRMED  
ACCESS TO ONPATTRO, IF PRESCRIBED

>15 
COUNTRIES OUTSIDE U.S. NOW  
SELLING ONPATTRO 

>750
PATIENTS ON  

COMMERCIAL ONPATTRO

>90%  
ADHERENCE ON 

COMMERCIAL 
ONPATTRO

IN U.S.

CECE - DIAGNOSED WITH hATTR 
AMYLOIDOSIS, WITH HER SON, U.S.

ONPATTRO CURRENT STATISTICS

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.

M I L E S T O N E S
Received regulatory approvals in 
Canada, Japan, Brazil, UK, Israel 
and Switzerland

Filed for regulatory approval  
in Taiwan

5

As of Q4 2019



Having a face and a name  
for the enemy you're fighting  
is life changing. I wasn't crazy.  
I wasn't drug-seeking.  
I was vindicated.

COLIN, DIAGNOSED WITH AHP, U.S.

6



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

M I L E S T O N E S

7

GIVLAARI CURRENT STATISTICS

Acute Hepatic Porphyria

Reported positive topline results from 
ENVISION Phase 3 study of givosiran

Filed for regulatory approval  
in Brazil

Introduced enhanced value- 
based agreements (VBAs) with  
prevalence-based adjustment

Received regulatory approvals  
in the U.S. and EU 

1K 
PEOPLE WITH RECURRENT  
ATTACKS IN THE U.S. AND EU

~5K 
PEOPLE WITH SPORADIC ATTACKS 
REPORTED IN THE U.S. AND EU

80% 
OF PEOPLE WITH  
AHP ARE WOMEN

ERIKA 
DIAGNOSED WITH AHP, ITALY

Acute Hepatic Porphyria 

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. Severe, unexplained abdominal pain is the most  

common symptom for patients who experience AHP attacks.

PATIENTS WITH AHP CAN WAIT  
U P TO 15 Y E A R S  

FOR A CONFIRMED DIAGNOSIS

Entered into a 
disease education 

and promotion 
agreement with 

Ironwood  
Pharmaceuticals

*As of Q4 2019

13  
START FORMS  
SUBMITTED*
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LUCY, DIAGNOSED WITH PH1, U.S.

It's hard when you don't see  
the light at the end of the tunnel,  
but we see hope in our children's faces  
because they're so resilient. We're  
going to do everything possible  
to give them the best lives  
they can have. 

—�NATALIE, MOTHER OF LUCY AND TWO OTHER  
CHILDREN DIAGNOSED WITH PH1
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LUMASIRAN CURRENT STATISTICS

L U M A S I R A N

Lumasiran is an investigational, subcutaneously administered RNAi  
therapeutic targeting glycolate oxidase for the treatment of PH1. 
The safety and efficacy of lumasiran are being evaluated across the 
ILLUMINATE Phase 3 clinical development program.

M I L E S T O N E S

UP TO

65%
OF PATIENTS REMAIN  
UNDIAGNOSED UNTIL THEY 
PROGRESS TO END-STAGE  
RENAL DISEASE MEAN TIME  

TO DIAGNOSIS  
IN ADULTS 

~3-5K
PATIENT POPULATION  
IN THE U.S. AND EU 

Primary Hyperoxaluria Type 1

~6  
YEARS 

JOHN 
DIAGNOSED WITH PH1, U.S.

Primary hyperoxaluria type 1 (PH1) is an ultra-rare, 

inherited disease in which a defect in the liver causes 

oxalate overproduction, recurrent kidney stones and  

progressive loss of kidney function, ultimately  

resulting in end-stage renal disease with subsequent 

accumulation of oxalate throughout the body  

including the eyes, bones and the heart. 

Reported final positive results  
from the Phase 1/2 study and 
positive topline results in the 
ILLUMINATE-A Phase 3 study of 
lumasiran in patients with PH1

Received pediatric rare disease  
designation by the U.S. FDA

T H E  M A J O R I T Y  O F  PAT I E N T S  A R E  
D I AG N O S E D  D U R I N G  C H I L D H O O D  
O R  A D O L E S C E N C E

ILUMINATE-A 
double-blind, placebo controlled Phase 3 
pivotal trial in PH1 patients at least six years 
of age with preserved renal function. 
Reported positive topline results

Initiated rolling submission of new drug  
application (NDA) to the U.S. FDA

ILLUMINATE-B 
single-arm, open-label Phase 3 pediatric 
study in PH1 patients less than six years  
of age, including infants, with preserved  
renal function. 
Study initiated with topline results  
expected mid-2020 

Enrollment completed

ILLUMINATE-C 
single-arm, open-label Phase 3 study in 
patients with advanced PH1, including 
patients on dialysis.

Study initiated with topline results  
expected in 2021
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Clinical Development Pipeline

Focused in 4 Strategic  
Therapeutic Areas (STArs):

  Genetic Medicines

  Hepatic Infectious Diseases

  Cardio-Metabolic Diseases

  CNS/Ocular Diseases

Our comprehensive clinical development pipeline spans 
across four strategic therapeutic areas, targeting rare  
and common diseases and features six Phase 3 programs, 
including two in registration and several additional  
programs in earlier stages of development. 

1  �Approved in the U.S. and Canada for the polyneuropathy of hATTR amyloidosis in adults, in the EU, Switzerland and Brazil 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

2 Approved in the U.S. 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 

As of March 2020

L A T E - S T A G E  P I P E L I N E

BREAKTHROUGH  
DESIGNATION

LATE-STAGE
(Phase 2-Phase 3) REGISTRATION COMMERCIAL

 
COMMERCIAL  

RIGHTS

ONPATTRO®
(patisiran)1 Hereditary ATTR Amyloidosis Global

GIVLAARI®️ 
(givosiran)2 Acute Hepatic Porphyria Global

Lumasiran Primary Hyperoxaluria Type 1 Global

Inclisiran Hypercholesterolemia
Milestones & up to 20% 

royalties (Novartis)

Patisiran
ATTR Amyloidosis Label 
Expansion Global

Fitusiran 
Hemophilia and Rare Bleeding 
Disorders

15-30% royalties 
(Sanofi)

Vutrisiran ATTR Amyloidosis Global
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Strategic Alliances
Together with our partners, we continue  
to forge ahead in advancing important 
investigational medicines, with the potential 
to have a meaningful impact in rare and 
common diseases alike. Our partnerships 
extend across our late-stage product 
candidates, inclisiran and fitusiran, and 
earlier stage programs, such as cemdisiran 
and ALN-HBV02, and leverage the strengths 
and expertise of our industry peers.

RECREATE PMS(FROM PDF)

1  �POC, proof of concept – defined as having demonstrated target gene knockdown and/or additional evidence of activity in clinical studies
2  �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

As of March 2020

E A R L Y - S T A G E  P I P E L I N E

HUMAN  
POC1

BREAKTHROUGH 
DESIGNATION

2020 IND
CANDIDATES

EARLY-STAGE
(Phase 1-Phase 2)

 
COMMERCIAL  

RIGHTS

Cemdisiran Complement-Mediated Diseases
50-50

(Regeneron)

Cemdisiran/ 
Pozelimab Combo2 Complement-Mediated Diseases Milestone/Royalty

(Regeneron)

ALN-AAT02 Alpha-1 Liver Disease Global

ALN-HBV02
(VIR-2218)

Hepatitis B Virus Infection
50-50 option post-

Phase 2
(Vir)

ALN-AGT Hypertension Global

ALN-HSD NASH
Milestone/Royalty

(Regeneron)

ALN-LEC ALECT2 Amyloidosis Global
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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 overriding mission. 

Alnylam Act® provides no-charge, third party genetic testing 
and counseling to individuals in the U.S. and Canada who may 
have hATTR amyloidosis, AHP or PH1.

Alnylam Assist® helps patients access ONPATTRO® (patisiran) 
and GIVLAARI® (givosiran) with personalized support.

26 
OFFICES

19 
COUNTRIES

Building Alnylam

AUSTRIA
BELGIUM
BRAZIL
CANADA 
CZECH REPUBLIC
DENMARK
FRANCE
GERMANY
ITALY
JAPAN
LUXEMBOURG
NETHERLANDS
PORTUGAL
SPAIN
SWEDEN
SWITZERLAND
TAIWAN 
UNITED KINGDOM
UNITED STATES

     ACROSS THE GLOBE
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Going forward we expect steady and continued 
growth fueled by new patient findings, geographic  
expansion, and evidence-generating activities.
	 —�YVONNE GREENSTREET, MBCHB, MBA, CHIEF OPERATING OFFICER OF ALNYLAM

PHILIP, DIAGNOSED WITH hATTR AMYLOIDOSIS, NETHERLANDS



P A T I E N T S

At Alnylam, we are inspired by the perseverance of our patients,  
committed to our employees, and focused on making a difference in the  
disease and geographic areas in which we work. We embrace the opportunity 
to influence and create positive change, which is demonstrated through the 
initiatives we support and undertake. 

THE FOCUS OF OUR MISSION

People living with rare, genetic diseases 
and those with high unmet medical  
needs are the focus of our efforts.  
They inspire us to innovate and take 
action and their stories keep us 
focused on our mission. We feel a 
deep connection to the people we seek 
to serve.

Corporate Social Responsibility

C O M M U N I T I E S

EMPLOYEES & OUR COMMUNITIES:  
PUTTING GOOD INTO ACTION

At Alnylam, we believe in the power of a positive culture, both within our walls  
and in the communities where we work and live. Our core values drive this belief,  
and the commitments we make to our employees, professional organizations,  
and community-based initiatives bring it to life.

14
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OUR FOCUS ON OUR  
EMPLOYEES HAS MADE US  
A RECOGNIZED LEADING  
EMPLOYER

At Alnylam, we believe that our long 
term success and ability to deliver 
medicines to patients requires a highly 
motivated, diverse and inclusive work-
force. We are committed to building an 
environment with a shared mission and 
values and in which all employees are 
enabled to achieve their full potential. 
This focus on our people has made us  
an employer of choice worldwide. 

EDUCATION & MENTORING:  
NURTURING THE NEXT GENERATION 

At Alnylam, innovation and discovery are at the core of what we do every day. 
For nearly 17 years, we’ve been pioneering cutting-edge science by employing 
some of the brightest minds in scientific, clinical, and business fields. We deeply 
understand the importance of science education and professional mentorship 
and are committed to nurturing the next generation of life science professionals.

Best Workplaces™

2019UK and Switzerland 

ENVIRONMENTAL  
SUSTAINABILITY:  
OUR ROLE,  OUR  
RESPONSIBILITY 

We believe that companies bear  
responsibility for the health of our 
environment, and that our actions 
and those of our employees have  
an impact on the planet. We’re  
committed to being an  
environmentally responsible  
member of our communities,  
and to supporting employees in  
their efforts as well.

5X
IN FIVE 
YEARS

E D U C A T I O N

E N V I R O N M E N T

At Alnylam, we believe in the power of a positive culture, both within our walls  
and in the communities where we work and live. Our core values drive this belief,  
and the commitments we make to our employees, professional organizations,  
and community-based initiatives bring it to life.

"ALNYLAM IS  
A CLEAR LEADER"

- EOS FOUNDATION
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Patients often have trouble accessing  
the medicines their doctors prescribe. 

At Alnylam, we believe  
that is unacceptable. 
Before our first medicine launched, we made a  
commitment to ensure our medicines get to those who  
will benefit from them. 

Our Patient Access Philosophy serves as our compass for  
fulfilling that promise — putting patients first, continuing  
our focus on innovation, and being accountable to patients 
and their families. We are proud to share how we are  
living those values.

80%  
OF U.S. PATIENTS HAVE 
ZERO COST-SHARE FOR 
ONPATTRO

Patient Access Philosophy 

A C C E S S  H I G H L I G H T S *

99%  
OF U.S. LIVES WITH CONFIRMED  
ACCESS TO ONPATTRO, IF  
PRESCRIBED

>15  
SIGNED VALUE-BASED  
AGREEMENTS (VBAs), COVERING 
OVER 130 MILLION U.S. LIVES

We want to be as innovative when it comes to access as we have 

been with our science. We are working diligently and collaboratively with 

regulators and health authorities around the world to ensure that patients 

who may benefit from our therapies are able to access them.
—�BARRY GREENE, PRESIDENT OF ALNYLAM

*As of Q4 2019
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Clinically Proven Approach with Transformational Potential

Nobel Prize-winning science

Silence any gene in genome

Potent and durable mechanism of action

Product engine for sustainable pipeline

Now commercial



BREAKTHROUGH 
DESIGNATION

LATE STAGE 
(Phase 2-Phase 3)

REGISTRATION COMMERCIAL COMMERCIAL 
RIGHTS

hATTR Amyloidosis1 Global

Acute Hepatic Porphyria2 Global

Lumasiran Primary Hyperoxaluria Type 1 Global

Inclisiran Hypercholesterolemia
Milestones & up to 

20% Royalties
(Novartis)

Patisiran ATTR Amyloidosis 
Label Expansion Global

Fitusiran Hemophilia and Rare 
Bleeding Disorders

15-30% Royalties
(Sanofi)

Vutrisiran ATTR Amyloidosis Global

Focused in 4 Strategic Therapeutic Areas (STArs):
Genetic Medicines Cardio-Metabolic Diseases

Hepatic Infectious Diseases CNS/Ocular Diseases

1 Approved in the U.S. and Canada for the polyneuropathy of hATTR amyloidosis in adults, in the EU and Switzerland 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
2 Approved in the U.S. for the treatment of adults with acute hepatic porphyria











1 POC, proof of concept – defined as having demonstrated target gene knockdown and/or additional evidence of activity in clinical studies 
2 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

HUMAN
POC1

BREAKTHROUGH
DESIGNATION

2020 IND
CANDIDATES

EARLY STAGE
(Phase 1-Phase 2)

COMMERCIAL
RIGHTS

Cemdisiran Complement-Mediated Diseases
50-50

(Regeneron)

Cemdisiran/Pozelimab
Combo2 Complement-Mediated Diseases

Milestone/Royalty

(Regeneron)

ALN-AAT02 Alpha-1 Liver Disease Global

ALN-HBV02
(VIR-2218) Hepatitis B Virus Infection

50-50 option post-Phase 2

(Vir)

ALN-AGT Hypertension Global

ALN-HSD NASH
Milestone/Royalty

(Regeneron)

ALN-LEC ALECT2 Amyloidosis Global

Focused in 4 Strategic Therapeutic Areas (STArs):
Genetic Medicines Cardio-Metabolic Diseases

Hepatic Infectious Diseases CNS/Ocular Diseases
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In 2019, GIVLAARI® (givosiran) –  

our first subcutaneously administered  

RNAi therapeutic – was approved by the  

U.S. FDA for the treatment of adults with  

acute hepatic porphyria (AHP), an ultra-rare 

orphan disease with enormous burden.

VERONICA, DIAGNOSED WITH ACUTE HEPATIC PORPHYRIA, AND HER FATHER, SPAIN

MANAGEMENT TEAM

John M. Maraganore, Ph.D. 
Chief Executive Officer & Director

Barry E. Greene 
President

Akshay K. Vaishnaw, M.D., Ph.D. 
President, Research & Development 

Yvonne L. Greenstreet,  
MBChB, MBA 
Chief Operating Officer

Pushkal Garg, M.D. 
Chief Medical Officer

Laurie B. Keating, J.D. 
Chief Legal Officer

Saraswathy V. Nochur, Ph.D. 
Chief Regulatory Officer 

Jeffrey V. Poulton, MBA 
Chief Financial Officer

Kelley Boucher 
Chief Human Resource Officer

John M. Maraganore, Ph.D. 
Chief Executive Officer,  
Alnylam Pharmaceuticals, Inc.

Steven M. Paul, M.D. 
Chief Executive Officer and Chair of the Board, 
Karuna Pharmaceuticals, Inc.

David E.I. Pyott 
Former Chief Executive Officer and Chair,  
Allergan, Inc.

Colleen F. Reitan  
Former President of Plan Operations and  
Chief Operating Officer of Health Care  
Service Corporation; former President  
and Chief Operating Officer of Blue Cross  
Blue Shield of Minnesota

Paul R. Schimmel, Ph.D. 
Ernest and Jean Hahn Professor of  
Molecular Medicine, The Scripps  
Research Institute

Amy W. Schulman 
Managing Partner, Polaris Partners;  
Executive Chair of SQZ Biotech; Co-founder,  
Executive Chair and former Chief Executive 
Officer of Lyndra Therapeutics, Inc.

Phillip A. Sharp, Ph.D. 
Institute Professor, David H. Koch Institute  
for Integrative Cancer Research,  
Massachusetts Institute of Technology

DIRECTORS 

Michael W. Bonney, Chair 
Executive Chair and former Chief Executive  
Officer of Kaleido Biosciences, Inc.;  
former Chief Executive Officer of  
Cubist Pharmaceuticals, Inc. 

Dennis A. Ausiello, M.D. 
Director, Center for Assessment Technology  
& Continuous Health; Jackson Distinguished  
Professor of Clinical Medicine at Harvard  
Medical School; Physician-in-Chief Emeritus,  
Massachusetts General Hospital

Olivier Brandicourt, M.D. 
Former Chief Executive Officer of Sanofi;  
former Chief Executive Officer of Bayer  
HealthCare; former President and General  
Manager of the Emerging Markets and  
Established Products business units at Pfizer

Marsha H. Fanucci 
Former Senior Vice President and Chief  
Financial Officer, Millennium Pharmaceuticals, Inc. 
(now a wholly-owned subsidiary of  
Takeda Pharmaceutical Company Limited)

Margaret A. Hamburg, M.D. 
Former Commissioner of the U.S. Food & Drug  
Administration; Foreign Secretary of the National 
Academy of Medicine; Chair of the Board of the 
American Association for the Advancement  
of Science

STANDING LEFT TO RIGHT:  Kelley Boucher; Pushkal Garg, M.D.; Saraswathy Nochur, Ph.D.; Barry Greene; Laurie Keating, J.D.;  
Akshay Vaishnaw, M.D., Ph.D.   SEATED LEFT TO RIGHT: John Maraganore, Ph.D.; Yvonne Greenstreet, MBChB, MBA; Jeffrey Poulton, MBA
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YELIZ, DIAGNOSED WITH ACUTE HEPATIC PORPHYRIA, GERMANY

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

alnylam.com
Follow @Alnylam on Twitter

Stock Symbol
ALNY (Nasdaq)

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

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

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

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

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

CHALLENGE ACCEPTED
We’re relentless in our pursuit of new treatments because  
patients shouldn't have to wait for hope.

CONNECT WITH US
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