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Introduction

Safe Harbor

Thispresentation containdorward-looking statements" within the meaning of the Private Securities Litigati
Reform Act of 1995 relating to preclinical and clinical development of our product candidates, the timing :
reporting of results from preclinical studies and clinical trials, the prospects and timing of the potential
regulatory approval of our product candidates, commercialization plans, financing plans, and the projecte
cash position for the Comparfjhe inclusion of forwartboking statements should not be regarded as a
representation by us that any of our plans will be achieved. Any or all of the fdaeirdg statements in this
presentation mayurn out to be wrong and can be affected by inaccurate assumptions we might make or |
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 ¢
progress, timing, and results of preclinical studies and clinical trials, actual results may differ materially fre
those set forth in this release due to the risks and uncertainties inherent in our business, including, withol
limitation: the potential that results of clinical or preclinical studies indicate that the product candidates ar
unsafe or ineffective; the potential that it may be difficult to enroll patients in our clinical trials; the potentic
that regulatory authorities, including the FDA, EMA, and PMDA, may not grant or may delay approval for
product candidates; the potential that we may not be successful in commerci@edaigldin 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 nee
additional funding to complete all of our studies. Further, the results of earlier preclinical studies and/or cl
trials may not be predictive of future results for any of our product candidates. With respect to statements
regarding projections of the Company's cash position, actual results may differ based on market factors ¢
the Company's ability to execute its operational and budget plans. In addition, all fdoe&ndg statements
are subject to other risks detailed in our previous filings with the SEC and in our Annual Report orKHorm
the year ended December 31, 2016 and our Quarterly Report on Fé&pnfot@Ghe quarter ende8eptember

30, 2017, filed later todayYou are cautioned not to place undue reliance on these fordeaking statements,
which speak only as of the date hereof. All forwlaimking statements are qualified in their entirety by this
cautionary statement, and we undertake no obligation to revise or updatprimgntation tareflect events or

circumstances after the date hereof. .
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Introduction

2017 Key Strategic Priorities

We Remain Sharply Focused BOUR Ke$trategic Priorities as We Continue to Build a Top
Global Biotechnology Company Focused on Rare Devastating Diseases

Advance InternationalGalafold Launch

Submit Japanesand U.S. NevibrugApplications forMigalastat

Establish Definitive Proof of Concept for ATB200/AT2221 with
Clear Path tdregistration forPompe Disease

Maintain Financial Strength




DI f I F2f Ru
(Migalastat)
Precision Medicine
for Fabry Disease

ContinueSuccessful Laundbxecution and Geographic
Expansion




Galafold: Precision Medicine for Fabry Disease

Successful International Launch Underway (as of 10/31/17)

Driven by Top EU5 CountrieSalafoldis Quickly Reaching EfSivitch& NaivePatients,
Reimbursement Now Available in 13 Countries

Patients (Switch & Naive) on
reimbursedGalafold(10/31/17)

Countries with available reimbursemént

Countries with pricing discussions ongoing

Target Number . of
Patientson Reimbursed
Countries with Amicus footprint Galafold by YE17
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Galafold Precision Medicine fdfabryDisease

Global Reqgulatory Strategy to Reach More Patients (36/81./17)

EU Approvalnd Planned U.S. NDA Submission Provide Pathway to Reach GlalmgiMarket

EU Approval and
Launch

(May 30,2016)

U.SNDA
Submission On

Track for 4Q17 | Japanese

4 Additional Approvals | D“le'ﬁi[;@n

(Switzerland, Israel, Australia, Canada) | 1H18

7 Additional Regulatory Submissions Completg
Process Initiated in Other Key Geographies

2 Expandeddcces$rogramg EAPYONgoing with
More Initiated

t L ]
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ATB200 Novel ERT for
Pompe Disease

Establishing HumaRroof of Concepand Validating
Biologics Platform in 2017




PompePhase 1/2 Study ATB20Q Data at WMS

Phase 1/2 ATB2e0R Study Design

Phase 1/2 Clinical Study to Evaluate Safety, Tolerability, Pharmacokinetics (PK),
and Pharmacodynamics (PD) ATB200+ Chaperone (ATB200/AT2224t 16 Sites in 5 Countries

18-Week Primary Treatment Period with LoAerm Extensionn(=20)

Cohort 1 (AmbulatonERTSwitch, n=11)

Assessments:
ATB200 ATB200 A Safety/Tolerabili
5A-I/-113289 20mg/kg + 20mg/kg + v y
mrpngg/lgg(/vvvkél)) AT2221 AT2221 A PlasmaPK

20mg/kg WK 6) (Low Dose) (High Dose)
Ks8.10.12 w4 A InfusionAssociatedReactions

A Antibody & Cytokine Levels

Cohort 2 (NorAmbulatory ERTSwitch, n=4) &ohort 3 ERTNaive, n=5) A Ph g .
armacoaynamics

ATB200 A Efficacy (Lon@erm

20mg/kg + Extension)
AT2221

(High Dose)
wk 2+

= Amicus
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PompePhase 1/2 Study ATB20@Q Data at WMS

Summary of AvailablPata (as of 10/4/17)

€onort1 Cohort 2 (E0NO0It-
(ERASWITEN, N=11] (Nonrambulatory ER-Switch, n=4) (ERANaAIVE, N=5

Safety and tolerability n=11 n= n=5
Biomarkers n=11 n=4 n=5
assessments at month Month 9(n=8) Month 9(n=2)
6MWT 6MWT
Functional assessments Other motor functlorl tests Muscle Strength Tests Other motor functlorl tests
Pulmonary function Pulmonary function
(FVC, MIP/MEP) (FVC, MIP/MEP)

FhyS LI GASYld RA&O2Y(GAYdzSR F FGUSNI O2YLX SiAy3a {GF3S m 06 hé&gessmentpendtrdgBue todn (G NI St 06 dzZNR S
incomplete visit
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PompePhase 1/2 Study ATB20@Q Data at WMS

Study ATB2002 Data Summary (as of 10/4/17)

A
A
A

A
A

Consistent and Durable Improvemem Muscle Function and Key Biomarkers\asll as
Stabilizationor Improvementin Respiratory Function

AEgenerally mild and transient
Verylow rate of IAR$<1%) after 400+ total infusions
Sixminute walk test (6MWT) distance increased out to Month 9
I ERTnaive patientsmean increases of +42m (Month 6) and +75m (Month 9)
I ERTswitch patientsmean increases of +35m (Month &d+37m (Month 9)
Muscle strength tests increased in rambulatoryERIswitch patientsat Month 6

Muscle function improveah 16/18 and 10/10 patients at months 6 and 9
respectively; other motor function tests consistent with 6MWT for-B&Veand
ERIswitch patients

Pulmonary function (FVC) generally stable in&RICh patients and increased in
ERInaive patients

Consistenand durable improvement in biomarkers of muscle damage (CK, ALT,
AST) and disease substrate (Hex4) across all cohorts
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Novel ERT fdPompeDisease; ATB200 €haperone

KeyPompeProgram Updates (as of November 2017)

Building a Robust Data Set FompePatients

A Initiated retrospectivenatural history studyPOMO002 Study)
A Commenced prospectiv@bservational studyPOMO03 Study)
A Continuing collaborative discussions with U.S. and EU regulators

A Additional Phase 1/2 clinicdhta atWORLBymposium in February 2018
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Novel ERT fdPompeDisease; ATB200 + Chaperone

Biologics ManufacturinGapabillities

ScalingJp Manufacturing toMeet the Needs of thdPompeCommunity

5L 250L 1000L
(Bench Scale (Clinical) (Registration & Commercial)

A Continued Success A All engineering runs complete
A Ongoing clinical supply A GMP production commenced
A Planned capacity flexibility
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FinancialSummary



