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Everyday Amicus is driven by a shared 
sense of purpose and commitment to 
people around the world living with 
a rare disease. Our work is founded 
in the belief that every person living 
with a rare disease deserves access 
to effective treatments and that 
together we can be the difference. 

Our accomplishments in 2023 represent the dedication 
Amicus brings to the rare disease community as we 
continued our mission of transforming the lives of 
people living with rare diseases. The accomplishments 
were transformational and pillared around our three 
value drivers:

• Receiving regulatory approvals of our second 
commercial therapy, Pombiliti™ + Opfolda™, in the 
United States, European Union, and the United 
Kingdom

• Increasing access to Galafold with over 2,400 
people living with Fabry disease around the world

• Delivering on our commitment of non-GAAP 
profitability in the fourth quarter of the year

Following the approval of our second commercial 
therapy, we are committed more than ever to 
increasing our leadership in rare diseases and 
achieving our next level of growth. A growth defined 
by delivering our therapies to those in need, advancing 
our ongoing studies to enhance our medical and 
scientific leadership in Fabry and Pompe disease, and 
leveraging our strong infrastructure to create long-
term value. I am confident our pursuit of excellence 
and innovation on behalf of people living with rare 
diseases will position us for success and create value 
for all our stakeholders.

As we reflect on the past year and set our sights on 
the year ahead, I would like to recognize the many 
people who have made Amicus an extraordinary story 
in rare disease. Thank you to the patients and their 
families who inspire us, to our employees for their 
passion and drive, and to you, our shareholders, for 
supporting our mission.

Sincerely,

Bradley Campbell
President and Chief Executive Officer

To Our Shareholders
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Bradley L. Campbell
President and Chief Executive Officer
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A Rare Company.
Amicus Therapeutics is a global, patient-dedicated 

biotechnology company focused on developing and delivering 

high-quality medicines for people living with rare diseases.

$399M
Net Product Sales

2 Approved 
Therapies
Galafold® and Pombiliti™ + Opfolda™500+

Dedicated 
Employees Globally

Non-GAAP 

Profitability
Achieved in Q4 20231

Global Footprint in

20+ Countries
Focused Rare Disease

Pipeline
in Fabry Disease 
and Pompe Disease

as of December 31, 2023

1. Amicus defines non-GAAP Net (Loss) Income as GAAP Net (Loss) Income excluding the impact of share-based compensation expense, 
changes in fair value of contingent consideration, loss on impairment of assets, depreciation and amortization, acquisition related income 
(expense), loss on extinguishment of debt, restructuring charges and income taxes.
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An 
Extraordinary 
Story in Rare 
Disease

2023

2016

2006

2022

2007

2013

2002

Amicus, the Latin word for friend,
signifies our collaborative approach to 

developing medicines by incorporating the 

patient perspective every step of the way. Our 

company was founded by an entrepreneur who 

embarked on a life-long journey to transform the 

lives of those living with devastating conditions 

when two of his children were diagnosed 

with a rare disease. That spirit of empathy, 

compassion, and tenacity permeates our culture 

and influences all aspects of our approach to 

advancing cutting-edge technologies.

Pombiliti™ + Opfolda™ approved – first 

and only two-component therapy for 

Late-Onset Pompe disease 

Galafold® approved – first and 

only approved oral treatment 

option for Fabry disease

Amicus initial public offering 

(NASDAQ: FOLD)

More than 2,000 patients 

on Galafold®

Entry into biologics through 

acquisition of Callidus and Pompe 

enzyme replacement therapy

First Fabry patient treated in 

an Amicus clinical trial

Amicus is founded on the 

pharmacological chaperone technology 

from Mt. Sinai School of Medicine
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Amicus is a global organization, united by a 
passion for making a difference. 

Global HQ
Princeton, NJ

Canada

Spain

Australia

France

Germany

Japan

Netherlands

Italy

International HQ
Marlow, United Kingdom

Reaching Patients 
Across the Globe

Our global footprint spans over 20 countries, including our global 

headquarters in Princeton, NJ and international headquarters in Marlow, U.K. 

Additional international office locations include Australia, Canada, France, 

Japan, Germany, Italy, the Netherlands, and Spain. 
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Galafold: Building a Leadership Position in the 
Treatment of Fabry Disease

2,400+ patients and $388M global sales in FY23

Projecting Galafold revenue growth of 11-16% at CER1 in 2024

Fastest growing treatment for Fabry disease globally 

Pombiliti + Opfolda: Resetting Treatment Expectations 
for People Living with Late-onset Pompe Disease

Approved and launched in the U.S., EU, and the U.K., the three largest Pompe markets

Growing patient and physician demand across all three markets

Focus on securing broad patient access and initiating multiple successful launches throughout 2024

Non-GAAP Profitability achieved in 4Q 2023: On-track to achieve first full year of 
non-GAAP profitability in 2024 

Continue to drive double-digit revenue growth for Galafold

Advance the ongoing commercial launch of Pombiliti + Opfolda

Targeted investment in next-generation therapies for Fabry disease and Pompe disease 

Leverage global commercial infrastructure to become a leader in rare diseases

Core Value Drivers

Discovery Preclinical Phase 1/2 Phase 3 Regulatory Commercial
Fabry Franchise

Galafold® (migalastat) 

Fabry Genetic Medicines

Next-Generation Chaperone

Pompe Franchise

Pombiliti™ (cipaglucosidase alfa-atga) + Opfolda™ (miglustat)

Pompe Genetic Medicines

Other

Discovery Programs

1. Constant Exchange Rates; 2024 Galafold revenue guidance utilizes actual exchange rate as of December 31, 2023.
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Fabry Disease

Fabry disease is a rare, progressive genetic 

disorder characterized by a defective gene (GLA) 

that causes an enzyme deficiency. This enzyme is 

responsible for breaking down disease substrate 

that, when deficient in patients with Fabry disease, 

builds up in the kidneys, one of the organ systems 

impacted by Fabry disease.

Galafold® (migalastat) is an oral 

pharmacological chaperone of alpha-

Galactosidase A (alpha-Gal A) for the treatment 

of Fabry disease in adults who have amenable 

galactosidase alpha gene (GLA) variants.

40+
countries with 

regulatory approval

60-65%
market share of treated 

amenable patients

90%+
compliance and 

adherence rates
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Natalie
Living with Fabry Disease
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Jeff
Living with Late-Onset Pompe Disease
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Pompe Disease

Pompe disease is a progressive, debilitating, and life-

threatening rare Lysosomal Disorder that results from a 

deficiency in an enzyme GAA. Signs and symptoms of 

Pompe disease can be severe and debilitating and include 

progressive muscle weakness throughout the body, 

particularly the heart and skeletal muscles. This leads to 

accumulation of glycogen in cells, which is believed to result 

in the clinical manifestations of Pompe disease.

Pombiliti™ (cipaglucosidase alfa-atga) + Opfolda™ (miglustat)

is a two-component therapy that consists of cipaglucosidase 

alfa-atga, a bis-M6P-enriched rhGAA that facilitates high-

affinity uptake through the M6P receptor while retaining 

its capacity for processing into the most active form of the 

enzyme, and the oral enzyme stabilizer, miglustat, that’s 

designed to reduce loss of enzyme activity in the blood.  

Approved and 

launched in the 

three largest 

Pompe markets: 

U.S., EU, and U.K.

First and only two-

component therapy 

for the treatment of 

late-onset Pompe 

disease.

Resetting therapeutic 

expectations 

for Pompe with 

Pombiliti + Opfolda: 

Improvement is 
Possible
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Corporate Responsibility
Strengthening our corporate culture as we grow to positively 

impact as many people living with rare diseases as possible

Corporate Responsibility
At Amicus, we have a shared purpose of improving public health, patient experiences, 

and outcomes with a focus on educational, advocacy, and access initiatives related to 

the disease areas in which we focus our development and therapeutic programs.

Healing Beyond Disease
The rare disease community always has a voice within Amicus. This is shown through 

our corporate social responsibility initiative Healing Beyond Disease – our unique 

promise to further serve the needs of the rare disease community in extraordinary ways.

Healing Beyond Disease is inspired by and adaptive 

to rare disease communities and reflects the existing 

generosity of our corporate culture.

Time
Evolve volunteerism 

company-wide 

to further our 

commitment to 

the rare disease 

patient community 

with information 

and incentives for 

employees

Treasure
Advance 

philanthropy for 

rare diseases by 

providing a broader 

opportunity for 

financial support and 

contributions

Talent 
Leverage the 

expertise within 

Amicus to empower 

organizations and 

individuals impacted 

by rare diseases 

to accomplish their 

mission

Pledge 
Designate a portion 

of sales from any 

Amicus marketed 

drug and reinvest 

back into that 

specific disease until 

there is a cure

Bridges
Build rare bridges 

across the globe 

to provide access 

to our medicines 

in the near and in 

the long-term in 

the developed and 

developing world
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Board of Directors

MICHAEL G. RAAB
President and Chief Executive Officer, 
Ardelyx, Inc.
Chairman of the Board

LYNN D. BLEIL
Former Senior Partner, McKinesey & Co.
Nominating and Governance (Chair)

BRADLEY CAMPBELL 
President and Chief Executive Officer

MICHAEL A. KELLY
Founder and President, 
Sentry Hill Partners, LLC

MARGARET G. MCGLYNN
Former President, Global Vaccines 
and Anti-Infectives, Merck
Compensation and Leadership 
Development (Chair)

EIRY W. ROBERTS
Chief Medical Officer, 
Neurocrine Biosciences, Inc.

GLENN P. SBLENDORIO
Former Chief Executive Officer, 
IVERIC Bio, Inc.
Audit and Compliance (Chair)

CRAIG A. WHEELER
Chief Executive Officer, 
Headwaters Biotech Advisors
Science and Technology (Chair)

BURKE W. WHITMAN
Chief Executive Officer, Colmar Holdings; 
Retired Major General, U.S. Marine Corps

Executive Committee

BRADLEY CAMPBELL 
President and Chief Executive Officer

SIMON HARFORD
Chief Financial Officer

ELLEN ROSENBERG
Chief Legal Officer and 
Corporate Secretary

DAVID CLARK
Chief People Officer

JEFFREY CASTELLI, PH.D.
Chief Development Officer

STEPHEN ARNOLD
Chief, Global Head of Rare Diseases

JAYNE GERSHKOWITZ
Chief Patient Advocate

MITCHELL GOLDMAN, M.D., PH.D.
Chief Medical Officer

PATRIK FLORENCIO
Global Chief Compliance & Risk Officer

SÉBASTIEN MARTEL
Chief Business Officer

PAT O’SULLIVAN
Chief Technical Operations Officer

JILL WEIMER, PH.D.
Chief Science Officer

JULIE YU, PH.D.
Chief Program Officer

Company Information

Headquarters
Amicus Therapeutics, Inc.
47 Hulfish Street
Princeton, NJ 08542

Transfer Agent
Equiniti Trust Company, LLC (“EQ”)

48 Wall Street, Floor 23
New York, NY 10005
800 937 5449

Independent Registered  
Public Accounting Firm
Ernst & Young LLP

Stockholder Inquiries
All stockholder inquiries related to the 
Company’s stock should be directed to: 

Amicus Therapeutics, Inc. 
Investor Relations
ir@amicusrx.com

Common Stock
NASDAQ Symbol: FOLD

SEC Form 10-K
A copy of the Company’s annual report to the 
Securities and Exchange Commission on Form 
10-K will be available without charge upon 
written request to Amicus Therapeutics, Inc., 
47 Hulfish St, Princeton, NJ, 08542 or via the 
Company’s website at www.amicusrx.com.

Annual Meeting
Amicus will hold its 2024 Annual Meeting of 
Stockholders in virtual format only. Our virtual 
meeting will be structured in a manner intended 
to provide our stockholders with a participation 
experience similar to an in-person meeting. 
The virtual annual meeting will be held at 9:00 
a.m. on Thursday, June 6, 2024. Stockholders 
can access the meeting via the Internet at 
www.virtualshareholdermeeting.com/FOLD2024

Safe Harbor
This annual report contains certain forward-
looking statements. For a discussion of forward-
looking statements, please see Part 1, Item 1 of 
our annual report on Form 10-K for 2023.
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AMICUS THERAPEUTICS, INC. 

47 HULFISH STREET

PRINCETON, NJ 08542

609-662-2000

WWW.AMICUSRX.COM 


