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Safe Harbor

This presentation contains "forward-looking statements" within the meaning of the Private Securities Litigation Reform Act of 1995 
relating to preclinical and clinical development of our product candidates, the timing and reporting of results from preclinicalstudies 
and clinical trials, the prospects and timing of the potential regulatory approval of our product candidates, commercialization plans, 
financing plans, and the projected cash position for the Company. In particular, this presentation relates to the preliminary data from 
a global Phase 1/2 study (ATB200-02) to investigate ATB200/AT2221. The inclusion of forward-looking statements arising from this 
preliminary data and study should not be regarded as a representation by us that any of our plans will be achieved. Any or all of the 
forward-looking statements in this presentation may turn out to be wrong and can be affected by inaccurate assumptions we might 
make or by known or unknown risks and uncertainties. For example, with respect to statements regarding the goals, progress, 
timing, and outcomes of discussions with regulatory authorities, and in particular the potential goals, progress, timing, andresults of 
preclinical studies and clinical trials, actual results may differ materially from those set forth in this release due to therisks and 
uncertainties inherent in our business, including, without limitation: the potential that results of clinical or preclinical studies indicate 
that the product candidates are unsafe or ineffective; the potential that it may be difficult to enroll patients in our clinicaltrials; the 
potential that regulatory authorities, including the FDA, EMA, and PMDA, may not grant or may delay approval for our product 
candidates; the potential that we may not be successful in commercializing Galafoldin Europe or our other product candidates if and 
when approved; the potential that preclinical and clinical studies could be delayed because we identify serious side effects or other 
safety issues; and the potential that we will need additional funding to complete all of our studies. Further, the results ofearlier 
preclinical studies and/or clinical trials may not be predictive of future results. The preliminary data and Phase 1/2 study discussed 
herein is inherently preliminary and early in the study, derived from a limited patient set, and later trial results with this patient set or 
others may not be consistent with these preliminary results. With respect to statements regarding projections of our cash position, 
actual results may differ based on market factors and our ability to execute operational and budget plans. In addition, all forward-
looking statements are subject to other risks detailed in our Annual Report on Form 10-K for the year ended December 31, 2015 and 
Quarterly Report on Form 10-Q for the quarter ended September 30, 2016. You are cautioned not to place undue reliance on these 
forward-looking statements, which speak only as of the date hereof. All forward-looking statements are qualified in their entirety by 
this cautionary statement, and we undertake no obligation to revise or update this presentation to reflect events or circumstances 
after the date hereof.

Introduction
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Building a Top Global Biotech in Devastating Rare Diseases 

Introduction

FIRST ORAL PRECISION MEDICINE 
FOR FABRY DISEASE

WORLD CLASS 
SCIENCE & 

DRUG
DEVELOPMENT

ATB200/ AT2221
NOVEL TREATMENT PARADIGM 

FOR POMPE IN PHASE 1/2

$331M CASH 
BALANCE

Two Phase 3 
PROGRAMS 

(FABRY & EB)

1 
BREAKTHROUGH 

THERAPY DESIGNATION

TREATING 
PATIENTS IN 

24 COUNTRIES

3 
PROGRAMS 
IN CLINIC IN 3 RARE 

DISEASES

$3B+ MARKET 
OPPORTUNITY FOR 
CURRENT PIPELINE

PROTEIN 
ENGINEERING & 
GLYCOBIOLOGY



4

ÅPompe Phase 1/2 data 
cascade

ÅPompe end of Phase 2 
meeting

ÅRunway into 2H18

ÅMeaningful revenue 
contribution from Galafold

ÅEB Phase 3 data

ÅGalafold international launch 
continues

ÅJapan NDA submission

ÅFabry GI study initiation

2016

Key Accomplishments in 2016

Introduction

ÅPositive preliminary data in Phase 1/2 study in Pompe patients

Å$331M in cash (12/31/16)

ÅPhase 3 enrollment near complete

ÅEU approval

ÅInternational launch success

ÅRegulatory progress

PompeDisease
(ATB200/AT2221)

Strong 
Balance 
Sheet

Epidermolysis
Bullosa(EB)

(SD-101)

Fabry 
Disease 
(Galafoldϰύ
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2017 Key Strategic Priorities

Introduction

We Remain Sharply Focused on FIVE Key Strategic Priorities as We Continue to Build a Top Global 
Biotechnology Company Focused on Rare Devastating Diseases 

Advance International GalafoldLaunch

Submit Japanese New Drug Application (J-NDA) for Migalastat

Establish Definitive Proof of Concept for ATB200/AT2221 with 
Clear Path to Registration for PompeDisease

Successfully Complete Phase 3 EB Study

Maintain Financial Strength



Our Vision ςMaximizing Impact on Patients to Drive Shareholder Value

Introduction 6

2010 2014 2018Today 2023

~5,000 Patients*~800 Patients*~250 Patients*~90 Patients~37 Patients

The Ultimate Measure of Our Success 
Will be the Number of Patients with 
Devastating Rare Diseases Treated 
with an Amicus Product

= 20 patients

*Clinical & Commercial



DŀƭŀŦƻƭŘϰ 
(Migalastat) 
Precision Medicine 
for Fabry Disease
Continue Launch Execution and Geographic Expansion



Fabry Disease Overview

Galafold: Precision Medicine for Fabry Disease 8

Fabry Disease is a Fatal Genetic Disorder that Affects Multiple Organ Systems 

Leading Causes of Death Life-Limiting Symptoms

TRANSIENT ISCHEMIC 
ATTACK (TIA) & STROKE1

KIDNEY DISEASE3

ÅProtein in the urine

ÅDecreased kidney function

ÅKidney failure

HEART DISEASE2

Å Irregular heartbeat (fast or slow)

ÅHeart attack or heart failure

ÅEnlarged heart

GASTROINTESTINAL3

ÅNausea, vomiting, cramping, 

and diarrhea

ÅPain/bloating after eating, 

feeling full 

ÅConstipation

ÅDifficulty managing weight

Å Deficiency ƻŦ ʰ-Gal A enzyme 

leading to GL-3 accumulation

Å >900 known mutations

Å 5-10K diagnosed WW (51% 

female/49% male4)

Å Newborn screening studies 

suggest prevalence of ~1:1000 

to ~1:4000 

Key Facts

1. Desnick R, et al. Ann Intern Med. 20032. Yousef Z, et al. Eur 
Heart J. 20133. Germain D. Orphanet J Rare Dis. 20104. Fabry 
Registry 2011



9

tǊŜŎƛǎƛƻƴ aŜŘƛŎƛƴŜ 5ǊƛǾŜƴ ōȅ ŀ tŀǘƛŜƴǘΩǎ DŜƴƻǘȅǇŜ

Amicus Therapeutics is 
Committed to Innovative 
R&D to Develop the Highest 
Quality Therapies for ALL 
Fabry Patients 

Galafold: Precision Medicine for Fabry Disease

Amenable
(35-50% of 
patients)

Non-
Amenable

Growing to 

~$2B
Global Fabry market

~$1.2B 
Global Fabry
market today

Amenable

Non-
Amenable

Oral precision 
medicine

Future Vision
Novel ERT co-formulated 

with migalastat

Today

Migalastat

*Artist rendering, not actual product image
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Full EU Approval as First Oral Precision Medicine for Fabry Disease

Galafold Indicated for 
Long-Term Treatment of 
Adults and Adolescents 
!ƎŜŘ җ мс ȅŜŀǊǎ ǿƛǘƘ ŀ 
Confirmed Diagnosis of 
Fabry Disease and Who 

have an Amenable 
Mutation3

Galafold: Precision Medicine for Fabry Disease

FIRST oral 
precision 

medicine for 
Fabrydisease

FIRST 
searchable, 
electronic 

pharmacogenetic 
label

Established efficacy 
from 2 pivotal 

studies (ERT-switch 
& naïve 

patients)1,2,3

Label expanded 
from 269 to 
include 313 
amenable 
mutations 

Strong safety 
profile, most 
common side 

effect reported 
in clinical trials 
was headache

FIRST new 
treatment 

option for Fabry
in more than a 

decade

ÅApproved May 30, 2016

ÅLaunch exceeding 
expectations

1. Germain, DP et al., New England Journal of Medicine. 2. Hughes, et al., Journal of Medical Genetics. 3. For important safety information for Galafold visit www.ema.europa.eu.  
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GalafoldCommercial Opportunity

Galafold: Precision Medicine for Fabry Disease

Prioritizing EU, Japan, and Other Large Fabry Markets to Address 

Patients with Amenable Mutations (35%-50% of Fabry Population)

Å 5k-10k DiagnosedWW(40-50%of DiagnosedPatientsNot on ERTToday)

Å Market Continuesto Grow> 10%/ Year

U.S.
27%

EU
34%

ROW
26%

Japan
13%

ERT-Treated

Diagnosed Untreated

Undiagnosed

Å5k-10k Patients Diagnosed WW

Å40%-50% of Diagnosed Patients not on ERT

ÅNewborn Screening Studies Suggest Prevalence of ~1:1000 to ~1:40001

amenable 
mutations

=

Geographic Segments Patient Segments

1. Burton, LDN WORLD Symposium, 2012 Feb. Mechtleret al., The Lancet, 2011 Dec. Hwuet al., Hum Mutation, 2009 Jun. Spadaet al., Am J Human Genet., 2006 Jul




