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Safe Harbor
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Ǉƻǎƛǘƛƻƴ ŦƻǊ ǘƘŜ /ƻƳǇŀƴȅΦ ²ƻǊŘǎ ǎǳŎƘ ŀǎΣ ōǳǘ ƴƻǘ ƭƛƳƛǘŜŘ ǘƻΣ άƭƻƻƪ ŦƻǊǿŀǊŘ ǘƻΣέ άōŜƭƛŜǾŜΣέ άŜȄǇŜŎǘΣέ άŀƴǘƛŎƛǇŀǘŜΣέ άŜǎǘƛƳŀǘŜΣέ 
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identify forward-looking statements. Such forward-looking statements are based upon current expectations that involve risks, 
changes in circumstances, assumptions and uncertainties. The inclusion of forward-looking statements should not be regarded 
as a representation by Amicus that any of its plans will be achieved. Any or all of the forward-looking statements in this press
release may turn out to be wrong. They can be affected by inaccurate assumptions Amicus 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 timing of an NDA submission for migalastatmonotherapy, and 
the potential goals, progress, timing and results of preclinical studies and clinical trials, actual results may differ materially 
from those set forth in this release due to the risks and uncertainties inherent in the business of Amicus, including, without 
limitation: the potential that results of clinical or pre-clinical studies indicate that the product candidates are unsafe or 
ineffective; the potential that it may be difficult to enroll patients in our clinical trials; the potential that regulatory authorities 
may not grant or may delay approval for our product candidates; the potential that preclinical and clinical studies could be 
delayed because we identify serious side effects or other safety issues; the potential that we will need additional funding to 
complete all of our studies and, our dependence on third parties in the conduct of our clinical studies. Further, the resultsof
earlier preclinical studies and/or clinical trials may not be predictive of future results. With respect to statements regarding
ǇǊƻƧŜŎǘƛƻƴǎ ƻŦ ǘƘŜ /ƻƳǇŀƴȅΩǎ ŎŀǎƘ ǇƻǎƛǘƛƻƴΣ ŀŎǘǳŀƭ ǊŜǎǳƭǘǎ Ƴŀȅ ŘƛŦŦŜǊ ōŀǎŜŘ ƻƴ ƳŀǊƪŜǘ ŦŀŎǘƻǊǎ ŀƴŘ ǘƘŜ /ƻƳǇŀƴȅΩǎ ŀōƛƭƛǘȅ ǘƻ 
execute its 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, 2014 and Form 10-Q for the quarter ended June 30, 2015. 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 Amicus undertakes no obligation 
to revise or update this news release to reflect events or circumstances after the date hereof. This caution is made under the 
safe harbor provisions of Section 21E of the Private Securities Litigation Reform Act of 1995. 
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Amicus 2016 ςLooking Back
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Å Chaperone 
Technology for LSDs

Å Small molecules

Å US rights to 
migalastat

Å Callidus
acquisition

Å Biologics

Å Global rights 
to migalastat

Å Positive Phase 3 
data for migalastat

Å Biologics scale up

Å International HQ

Å MAA Submission

Å Scioderm
acquisition

Å PompeERT in clinic

Amicus Has Greatly Expanded 
Product Pipeline, Technologies 
and Geographies

2012

2013

2014

2015



Amicus 2016 ςContinuing the Momentum
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ÅCHMP opinion 
for migalastat for 
Fabry

ÅFDA regulatory 
clarity for 
migalastat

ÅEB Phase 3 data 

ÅPompe clinical
data 

2016
Anticipated 
Milestones

Å Chaperone 
Technology for LSDs

Å Small molecules

Å US rights to 
migalastat

ÅCallidus
acquisition

ÅBiologics

ÅGlobal rights 
to migalastat

ÅPositive 
Phase 3 
data for 
migalastat

ÅBiologics 
scale up

Å International 
HQ

ÅMAA 
Submission

ÅScioderm
acquisition

ÅPompeERT in 
clinic

Significant Milestones in 2016

2012

2013

2014

2015



Amicus Vision
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Amicus Therapeutics is a 
global biotechnology 

company at the forefront 
of developing advanced 

therapies to treat a range 
of devastating rare and 

orphan diseases

Potential 
First-in-Class 

/ Best-in-
Class

Meaningful 
benefits for 

patients

Rare & 
Devastating 

Diseases



Key Drivers of Value
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3 Novel Product Candidates Each with $500M to $1B+ Market Potential 

Å Migalastat
Personalized Medicine 
(Small Molecule)

Å MAA Submitted

Å CHMP Opinion 
Anticipated Early 2016

Å Prepared for EU 
Launch*

Å Phase 3 Novel 
Topical Cream (SD-
101)

Å U.S. Breakthrough 
Therapy 
Designation

Å Rolling NDA

Å Phase 3 Data 
Expected in 2H16

Å Novel ERT + 
Chaperone 
Treatment Paradigm

Å Biologics 
Manufacturing

Å Clinical Study 
Initiated with Data 
Anticipated in 2016

R&D Engine and Continued Business Development Activity

PompeEpidermolysis 
Bullosa (EB)Fabry

*Pending Approval



Migalastat
Personalized 
Medicine for Fabry
Disease



Fabry Disease Overview

Migalastat: Potential Personalized Medicine for FabryDisease 8

FabryDisease is a Fatal Genetic Disorder that Affects Multiple Organ Systems 

Leading Causes of Death Life-Limiting Symptoms

TRANSIENT ISCHEMIC 
ATTACK (TIA) & STROKE1

KIDNEY DISEASE3

HEART DISEASE2

GASTROINTESTINAL3

1. DesnickR, et al. Ann Intern Med. 20032. Yousef Z, et al. Eur
Heart J. 20133. GermainD. OrphanetJ Rare Dis. 20104. Fabry
Registry 2011

ÅDeficiency ƻŦ ʰ-Gal A 

enzyme leading to GL-3 

accumulation

Å>800 known mutations

Å5-10K diagnosed WW 

(51% female/49% male4)

ÅNewborn screening 

studies suggest 

prevalence of ~1:1000 to 

~1:4000 

Key Facts



Summary of Clinical Data
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FavorableEfficacy and Safety Data in

Two Largest Phase 3 Studies Ever Completed in FabryDisease

1: Stabilization from baseline over 18 months with favorable comparison to natural history in literature
2: Comparable to ERT over 18 months
3: Improvement from baseline over 18+ months
4: Improvement versus placebo over 6 months in amenable patients

Reduction in Cardiac Mass
Left Ventricular Mass Index (LVMI) (Study 0113 and 012)

Improvement in GI Symptoms 
Gastrointestinal Symptoms Rating Scale (GSRS) (Study 0114)  

Reduction in Disease Substrate
IC GL-3 (Study 0114) 

Plasma LysoGb-3 (Study 0113,4 and 0122)

Low Rate of Fabry-Associated Clinical Events
Renal, Cardiac and Cerebro-Vascular Events (Study 0122)

Stability of Kidney Function
Estimated Glomerular Filtration Rate (eGFR) and measured GFR 

(Study 0111 and Study 0121,2)
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Additional Phase 3 Data on DiarrheaSymptoms
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Migalastathas Generated Promising Data on Diarrhea Improvement, 
One of the Most Life-Limiting Symptoms of FabryDisease

Note: Month 6 used as baseline for patients in placebo arm switching to migalastat; MID from Chan 2006 in kidney transplant 

Note: Month 6 used as baseline for patients in placebo arm  switching to migalastat; MID from Chan 2006 in kidney transplant. Minimal important difference (MID) for the 
GSRS diarrhea domain is 0.4 (Chan 2006, renal transplant patients)

Baseline Symptoms
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Placebo

Migalastat

Statistically Significant Change - Migalastatvs. Placebo from Baseline to Month 6 (nominal p=0.026)

NEW



FabryPatient Perspective
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Case Report from Long-Term Treatment with MigalastatShows 

Improvement in Pain and Return to Everyday Activities1

1. Schiffmann, et al. Nine-year follow-up in a patient receiving migalastatpharmacological chaperone therapy for Fabrydisease. SSIEM 2015.

ÅEnzyme activity increased 

ÅCardiac and renal functions 
remained normal

Phase 2 Study + OLE for 4.5 Years

Phase 3 OLE for 4.5 Years (Still Ongoing)

ÅParesthesiasand sensation of 
stiffness improved

ÅFeels well, goes to gym and works

ÅDiscontinued pain medication

Patient Journey to Diagnosis

ÅChronic pain

ÅWeakness and fatigue

ÅPain medication

http://www.amicusrx.com/pdf/Nine-year follow-up in a patient receiving migalastat pharmacological chaperone therapy for Fabry disease.pdf

