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Introduction

Safe Harbor

Thispresentationcontains'forward-lookingstatements"within the meaningof the PrivateSecuritied.itigation
ReformAct of 1995relating to the acquisitionof Celenexpreclinicaland clinicaldevelopmenbf our acquired
product candidates the timing and reporting of resultsfrom these preclinicalstudiesand clinicaltrials, and

financing plansfor the Company Theinclusionof forward-looking statementsshouldnot be regardedas a

representatiorby usthat any of our planswill be achieved Anyor all of the forward-lookingstatementsin this

presentationmay turn out to be wrong and can be affectedby inaccurateassumptionave might makeor by
knownor unknownrisksand uncertainties Forexample the benefitsof this acquisitionmay neverbe realized,
the potential that resultsof clinical or preclinicalstudiesindicate that the product candidatesare unsafeor

ineffective the potential that it may be difficult to enroll patients in our clinical trials; the potential that

regulatory authorities, includingthe FDA,EMA,and PMDA,may not grant or may delay approvalfor our

product candidates the potential that preclinicaland clinical studiescould be delayedbecausewe identify
seriousside effectsor other safety issues the potential that we may not be able to manufactureor supply
sufficientclinicalor commercialproducts the potential that we will needadditionalfundingto completeall of

our studiesand manufacturingand the potential that certain individualsmay not continueto supportthe

productcandidatesasadvisorsFurther,the resultsof earlierpreclinicalstudiesand/or clinicaltrials maynot be

predictiveof future results In addition, all forward-lookingstatementsare subjectto other risksdetailedin our

AnnualReporton Form10-K for the yearendedDecembe1, 2017 aswell as our QuarterlyReporton Form
10-Q for the quarter endedJune30, 2018filed August7, 2018with the Securitiesand Exchange&Commission
Youare cautionednot to placeunduerelianceon theseforward-lookingstatementswhichspeakonly asof the

date hereof All forward-lookingstatementsare qualifiedin their entirety by this cautionarystatement,and we

undertakeno obligationto reviseor updatethis presentationto reflecteventsor circumstancesfter the date

hereof
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Amicus AAV9 Gene Therdpypgrams

Amicus Establishes Gene Therapy Portfolio

[ AOSY A4S ¢ KNPdzAK bidspitdl @oyhidine Suscessitd AnfiicRsNIBwl6panent and
Commercial Track Record in LSDs with Ten AAV Gene Therapy Programs for Rare Neurologic

GroundBreaking, Clinically Validated Science

A firmly believe that Amicus is the

optimal scientific and clinical partner to

move these programs forward and |

look forward to actively collaborating

with the Amicus team on the

development of these important

potential therapies.
- Kathrin Meyer, Ph.D . Pl at Meyer Lab

CompellingData in Three Lead Programs Nationwide Childrenés H
Professor at The Ohio State University

Ten Gene Therapy Programs

Expertiseand Relationships in Gene Therapy

LeadingGene TherapyPortfolio in Neurologic
Lysosomabtorage Disorders
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Pipeline

Pipeline

Developing Therapies for People Living with Rare Metabolic Diseases with a New Focus on Gene The

PRODUCT/PLATFORM DISCOVERY PRECLINICAL PHASE 1/2 PHASE 3 REGULATORY COMMERCIAL
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Galafold

Pharmacological Chaperone In Combo with NoveERT*

AT-GAA
Novel ERT#* Chaperone

CDKL5

CLN@atten Disease

CLN3Batten Disease
CLN8atten Disease
NiemannPick C
WolmanDisease
TaySachs

Multiple Other CNS_SDs**

Amicus
*Enzyme replacement therapy ** CNS LSD: Central Nervous SygsesomaSbtorage Disorder Therapeutics’




Amicus AAV9 Gene Therdprpgrams

Validated Gend herapy Platform

Portfolio is Based on a Validated Gene Therapy Approach Across Multiple CNS Diseases

A Clinically validatedAV gene therapgpproach nature

i bFGA2YBARS | KAt RNBY Tharapy @EH)JIA § I f hi]@“ lChﬂ@]O”\’
I Intrathecaldelivery with robust expression throughout the CNS e et e gy | -,

A Preclinicabafety and efficacy studies
replicated across multiple diseasedN(tH

I SMA
I RettSyndrome .
I ALS " Foust,Kasparet al, 2009
I CLNG6 / .
i CLN3 %, SCAAVICLNG
( AAVICLNG6 Transgene )

Amicus
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Sourcel ikhite2018, 18 International Conference on Neuronal CerhigofuscinosesiNDenabling Preclinical Studies for Batten Disease Gene Therapy erapeutics



Amicus AAV9 Gene Therdpypgrams

Addressable Patieiopulations*

Advances Amicus Vision
with 10,000+Addressable
PatientsAcross 10 Programs

>3,500

NiemannPickC,
Wolman Disease,

~750 Tay Sachs, and

+CLNS Others

~1.000 CLN3
CLN®6

Amicus

*Estimated addressable U.S., EU, Japan, and other major, reimbursable markets based on published incidence and prevalence Therapeutics’



Batten Disease
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Amicus AAV9 Gene Therdpypgrams

Batten Disease Overview

Batten Disease is a Group of Rare, Fdtgsosomabtorage Disorders of the Central Nervous
System with High Unmet Need and Limited Treatment Options

Disease Overview \

A A group of disorders known as neuronal
ceroid lipofuscinoses (NCLSs), collectively
referred to as Batten disease

A Mutation in one of 13 different CLN genes
leads to lysosomal dysfunction \

A Signs and symptoms typically begin in early
and late childhood \

A Most affected children do not survive into
adulthood

Amicus

SourceBatten Disease FaBheetNINDS, Publication date June 2018. Therapeutics’



Amicus AAV9 Gene Therdprpgrams

Lead Program Status

The CLNG6 and CLIRBogramare Clinical Stage; CLNi&sDefinitive Preclinical Efficacy Data a
MouseModel of Disease

PRECLINICAL MOUSE MODEL DATA

Motor & Safety& Brain
Cognitive Survival Expression in
Function NHP SLY

Storage GMP Clinical IND Preliminary

Active Clinical Data

Material

CLNG6
CLN3 N/A* Pending
CLN8 Pending Pending Pending Pending

Amicus
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*CLN3 mousenodel does not have impaired survival



AAVICLNG Gene Therapy for CLB#ten Disease

CLNG: Preclinical Mouse Data
AutoflourescentStorage Material

Single AAVECLNGAdministration Resultsin Reductionof Autoflourescent3ubstrate Material
Throughoutthe Brainfor up to 18 months
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AAVICLNG Gene Therapy for CLB#iten Disease

CLNG: Preclinical Mouse Data
Motor Performance and Cognitive Behavior

SingleAAV3CLNGAdministration Improves MotorPerformance& Cognitive Behavior Oub Month 24

Motor performance Water Maze analysis
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AAVICLNG Gene Therapy for CLB#iten Disease

CLNG: Preclinical Mouse Data
Survival

Single AAVECLNGAdministration Significantly Extendsledian Qurvival
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AAVICLNG Gene Therapy for CLB#iten Disease

CLNG6 Expression in NHP Safety Study

Demonstrated Safety and Meaningfiifansduction andCLN@&xpressiorDemonstrated Throughoutthe Brainin NHPs

Western Blot on various brain regions of AAAZ_NG injected juvenile NHPs
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Source: Meyer 2018, 16th International Conference on Neuronal Ceimaduscinoses=rom mouse to humagTranslating intrathecal gene therapy for NCLs; Data on file



AAVICLNG Gene Therapy for CLB#iten Disease

CLNG: Clinical Data Summary

Encouragindgsafetyand Efficacy Datdrom an OngoingSngle-arm Phase 1/2 study

A Singlearm studywith all patients receiving gene therapy (n=12)
i Singldantrathecal administration of 1.5X03vg SCAAVELNG

A Tenpatients currently treatedadditional patientsn screening

I Average followup duration: 12 months (range24 months)

A Generallywell-tolerated

I Majority of adverse events were mild
i Data Safety Monitoring Board (DSMB) has permitted study to proceed and enroll additional patients

A Encouraging preliminary efficacy data
A Additional data to be presented in 2019

Amicus
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AAVICLN@Sene Therapy faCLNEBatten Disease

Efficacy Datavlatched Sibling Cageeport

Encouragindnterim Hficacy Datan First TwoPatients Treated with Gene Therapy witiiwo Yearsof
Follow-up

Normal
function » 6 **‘ ¢ o=

GTxdosing

ge

Younger sibling

GTxdosing

Z’ N

Older sibling

Hamburg Score (Motor and Langua

1
ik Age of symptom onset

Total loss
of ability = o

0 10 20 30 40 50 60 70 80 90 10C
Age (months)

A Two siblinggsame genotype) treatedith gene therapy at ages 2.8 and 5.3 years, respectively
A Two years post treatment, Hamburg motor and language scores indicate no disease progression in the younger sibling
A Disease progression in older sibling has shown evidence of stabilization
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SourceData on file



CLN3

Preclinical Data Overview




AAVICLN3 Gene Therapy for CEB&tenDisease

CLN3: Preclinical Summary

AAV3CLN3 Administration Resulted in Storalglaterial Reduction and Motor/Cognitive Function Improvement in
MouseModel of Disease and Widespread Expressiothe Brainof NHPs
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16" International Conference on Neuronal CerbigofuscinosesFrom mouse to humagTranslating intrathecal gene therapy for NCLs;
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