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Introduction

Safe Harbor

Thispresentation containsforward-lookingstatements™ within the meaning of the Private Securities Litigation
Reform Act of 1995, including statements relating to encouraging preliminary data from aRjtatsal/2 study to
investigate ATB200/AT2221 for the treatment of Poraipethe potentlal implications on these data for the future
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forward looking statements included in tipgesentation ardbased on management's current expectations and
beliefswhich are subject to a number of risks, uncertainties and fastmisidingthat the preliminary data based on
a small patient sample and reported before completion of the study witleqaedictive of future resultshat

results of additional preliminary data or data from the completed study or any future study will not yield results
are consistent with the preliminary data presented, that the Companyatibbe ableo demonstrate the safety and
efficacy of ATB200/AT2221, that later study results will not support further development, or even if suesulitter
are favorable, that the Company will not be able to successfully complete the development of, obtain regulator
approval for, or successfully commercialize ATB200/AT2221. In addition, all forward looking statements are st
to the other risks and uncertainties detailed in our Annual Report on FekrfdkGhe year ended December 31,
2016 and Quarterly Report on-{Dfor the QuarteendedJune 302017. As a consequence, actual results may diff
materially from those set forth in this press relea¥euare cautioned not to place undue reliance on these forwarc
looking statements, which speak only of the date hereof. All forward looking statements are qualified in their el
by this cautionary statement and we undertake no obligation to revise this press release to reflect events or
circumstances after the date hereof.
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Novel ERT for Pompe Diseg3&TB200 €haperone

ATB200 + Chaperone: A Highly Differentiated Approach

NovelPompeTreatment Paradigm with Three Key Differentiators
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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+
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PompePhase 1/2 Study ATB20@Q Data at WMS

Baseline Characteristics of Patients in Phase 1/2 AF&2&udy (n=20)

Patients Across Three Cohorts Representative of Overall
LateOnsetPompePopulation with Impairment at Baseline

Cohort 1: Cohort 2: Cohort3:
Baseline Characteristics Ambulatory Non-Ambulatory ERTI\Ia'l'vé
(N=20) ERTSwitch* ERTSwitch (N=5)
(N=11) (N=4) -
Time on Standard of Cace .
mean years (SD) 4.77(1.4) 8.9 (3.8) N/A
Agec mean years (range) 49.4 (28,66) 36.0 (1856) 49.4 (24 65)
Sex M:F 9:2 3:1 1:4
6MWT¢ mean meters (SD 392.0 (93.4) N/A 399.5 (83.5)
FVC Upright mean %
oredicted (SD) 52.3(13.2) N/A 53.4(20.3)

*Cohort 1 patientsrequiredto have been ofERT Standarof Care for2-6 years at baseline
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PompePhase 1/2 Study ATB20@Q Data at WMS

Summary of Available Data

€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

Safety Summary (n=20)*

AEs Generallivlild and Transient withVery Low (<1%) Rat& InfusionAssociated Reactions
After 400+ Totalnfusions of ATB200/AT222Across AllCohorts

A AEswere generally mild and transient

A Very low number (<1%) of infusi@ssociated reactions (IARs) after 400+ total
Infusions

I OnelAR evenin oneERTswitch patient(skin discoloration)

I TwolAR events inne ERThaivepatient (localized pruritus, erythema and burning sensation)
A Longest duration of treatment is 72 weeks

*Reported through interim data analysis (maximum 72 weeks)

Amicus

Therapeutics™



PompePhase 1/2 Study ATB20@Q Data at WMS

Cohort 1 (ER®witch): Biomarkers up to Week 58 (N=11)*

Persistent and Durable Improvement in Biomarkers of Muscle Damage (CK, ALT, AST)
and Disease Substrate (Hex4) for up to 58 Weeks on ATB200/AT2221

Disease Substrate Biomarker
(% Change from Baseline for Hex 4)

Muscle Damage Biomarkers
(% Change from Baseline for CK, ALT, and AST,

ATB200 dose ~  ATB200 20 mg/kg + ATB200 20 mg/kg + ATB200 dose  ATB200 20 mg/kg + ATB200 20 mg/kg +
escalation (5>10>20) low dose AT2221 high dose AT2221 escalation (5>10>20) low dose AT2221 high dose AT2221

25 254

15 15
5_
0-+--

-5

5_
0—+--
-5

-15 -15

-251 =254

=354 -35 1

45

Mean Percent Change From Baseline (Mes8E)

Alanine Aminotransferase (U/L)
— ——- Aspartate Aminotransferase (U/L)

=335 4

Mean Percent Change From Baseline (Mea8E)

g5 4= = — Creatine Kiase (IUL) 65 { Urine Hexose Tetrasaccharide (mmol mol/creatinine) |
Visit BL | WK2| WK4| WK6| WK8| WK 10 WK 12 WK 14 WK 16 WK 18 WK 34 WK 46 WK 58 Visit BL | WK2| WK4| WK6| WK 8| WK 10 WK 12 WK 14 WK 16 WK 18 WK 34 WK 46 WK 58
N | 11| 11| 10 (910 11| 11 /811| 11 11| 11 9 8 3 N | 11|11 10 |910 11| 11 {811 11| 11| 11| 9 8 3
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*Reported through interim data analysis (maximum 58 weeks); Missing values either unable to be analyzed or not yet analyzed



PompePhase 1/2 Study ATB20@Q Data at WMS

Cohort2 (NorAmbulatory ERBwitch):Biomarkers up to WeeR4 (N=4)*

Improvementin Biomarkersof MuscleDamage (Ckgnd Disease Substrate for up to 2deeks on ATB200/AT2221

Muscle Damage Biomarkers
(%Change from Baseline for CK, ALT, and)AST

Disease Substrate Biomarker

(%Change from Baseline for Héx

ATB200 20 mg/kg -highdose AT2221 ATB200 20 mg/kg -highdose AT2221

m —~
t@ % 251
% =3 15
£ 2
© = 54
(]
@ A () = Bes == me e mmem e e asmeeeeeseeeaseeeesseseeeeseeseseseecsssoneesemnanemsmnnenennad
2 @ 5
S
S S
t LL 15
(]
= o)
< S 225+
<
O S ]
- i O
c -35 1 2 35 1
3 @
5 3
45 ) -45
o o
S c
[J] =554 Alanine Aminotransferase (U/L) 8 55
= ===+ Aspartate Ammotransferas¢ (U'L) S
65 -[— = — Creatine Kinase (TUL) 65 | Urine Hexose Tetrasaccharide (111m01-"muls'creatinjne)|
Visit BL WK 2 WK 4 WK12 WK24 Visit BL WK 2 WK 4 WK12 WK24
N 4 4 4 3 4 N 4 4 4 5 4

*Reported through interim data analysis (maxim@# week$; Missing values either unable to be analypedot yet analyzed
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PompePhase 1/2 Study ATB20@Q Data at WMS

Cohort3 (ERINaive)Biomarkers up to WeeB6 (N=6)*

Improvement in Biomarkers of Muscle Damage and Disease Substrate ftw 86 Weeks on ATB200/AT2221

Muscle Damage Biomarkers Disease Substrate Biomarker
(%Change from Baseline for CK, ALT, &&T) (%Change from Baseline for Hé
ATB200 20 mg/kg + high dose AT2221 ATB200 20 mg/kg + high dose AT2221
I |

225 4

2354

Mean Percent Change From Baseline (Mes8E)

Mean Percent Change From Baseline (Meia8E)

45 ~ —
~ -~
=35 | =——— Alanine Aminotransferase (U/L)
— Mp@le :hmnotra?sfeme L) 451 [—— Urine Hexose Tetrasaccharide (mmol mol creatinin) |
sl Creatine Kinase (IUL)
Visit BL WK 2 WK 4 WK12 WK 24 WK 36 Visit = Rdse wKk4 WK12 w24 WK 36
N 5 5 45 5 5 2 N 5 5 45 5 5 2

*Reported through interim data analysis (maxim@® week$; Missing values either unable to baalyzedr not yet analyzed
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PompePhase 1/2 Study ATB20@Q Data at WMS

Cohort 1 and 3: #linute Walk Test (6MW)I(n=14)

Mean 6MWTDistance Improved for Both ERNaivePatients(+41.8 Meters)
and ERISwitchPatients (+35.3 Metersat Month 6 with Continued Benefit Out to Month 9

6-Minute Walk Test (m): Montlé and 9

Baseline (h=10)  Changeat Month 6 Changeat Month 9

Cohort Mean (SD) GE)IVEEREED)) (n=8) Mean (SD)

Cohort 1 397.2 +35.3 +37.2
ERTSwitch (96.8) (40.1) (33.8)

Baseline (n=5) Changeat Month 6 Changeat Month 9

Seel Mean (SD) (n=5)Mean (SD)  (n=2) Mean (SD)
Cohort 3 399.5 +41.8 +74.9
ERNalve (83.5) (29.4) (4.0)

6MWTdistance increased in 7/9 and 8/8 ERWitch patients at Month 6 and 9, respectively
A Two patients stable at Month 6, one of these patients readiledth 9and had increased walkirtistance

6MWTIncreased irb/5 and 2/2 ERINaivePatientsat Month 6 and Month 9, Respectively
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PompePhase 1/2 Study ATB20@Q Data at WMS

Cohort 1 and 3: Othdviotor Function Testén=14)

Improvement in Nearly All MotoFunction Testsvith 6MWT Consistent with Overall Improvemennh
Motor Performancefor Both ERTSwitchand ERTNaivePatientsat Month 6 and 9

Other Motor Function Tests: Montlo and 9

Baseline (n=10) Changeat Month 6 Changeat Month 9
Mean (SD) (n=9)Mean (SD) (n=8)Mean (SD)

Cohort Assessment (sec)

Timed up and Go %é) 6? (342) (256)

4 Stair Climb é % (}_-g (?_-39)

ERTSwitch 10Mwalk &0 s a3
Gowerg (Z g) (302) (f?:})

GSGC Score 20 P %9

Cohort Assessment (sec)

Timed up and Go (%g) (ig (ilc?)

4 Stair Climb (ig) (836) (3385

ERMNaive 1OMwalk @o) Bt o1
Gowers (11?_'8) (72'19,:)) (3035

GSGC Score %32 6? (313 (fg

Amicus

Notes: * Median change from baseline was8 and 4/5 had decrease; # N=9 Missing values not obtained due to patient refpsafaom test Therapeutics”



PompePhase 1/2 Study ATB20@Q Data at WMS

Cohort 2: Musclé&trengthTestingat Month 6 (=4)

Substantial and Consistent Improvement in Upextremity Strengthn NonAmbulatory ERISwitch
Patients in Nearly All Quantitativand Qualitative Measures at Month 6

Baseline Chang to Month 6

Assessment Muscle Group Teste Left Right Left Right
Mean (SD) Mean (SD) Mean (SD) Mean (SD)

- 4.2 1.5 +2.3 +5.8

Shoulder Adduction (6.8) (L.9) (4.4) (8.4)

QMT- Quantitative : 9.8 6.9 +0.3 +0.8

Muscle Testingt | Snoulder Abduction) 5 g (7.6) (5.1) (15)

Dynamometer 7.8 4.9 -0.1 +2.4

(pounds force) Elbow Flex (8.7) (5.1) (10.0) (6.1)

: 7.3 5.0 +1.5 +4.1

Elbow Extension (8.1) (5.9) (3.4) 2.1)

. 1.3 1.0 +0.7 +0.7

Shoulder Adduction (1.2) (1.0) (1.2) (1.2)

i Shoulder 1.3 1.3 +0.5 0.0

MMT Manu_al Abduction** (1.2) (1.2) (0.7) (0.0)

Muscle Testing >3 50 10.7 +10

(manual score) Elbow Flex (2.5) (2.0) (0.6) (1.0)

: 2.0 2.0 +0.7 +1.0

Elbow Extension (2.0) (2.0) (0.6) (1.0)

Note: MMT Scoring: 1) Visible muscle movement, but no movement at the joint, 2) Movement at the joint, but not againsByrshavement
against gravity, but not against added resistance, 4) Movement against resistance, but less than normal, 5) Normal strength
*N=3 or *N=2 due to assessment not being performed at some visits for some patients
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PompePhase 1/2 Study ATB20@Q Data at WMS

Forced Vital Capacity (FVC) Summary (n=13)*

FVC Increased in ERIBivePatientsandwas Generally Stable IERTSwitchPatients

FVC (% Predicted): Monthand 9

Cohort Baseline (n=9) Changeat Month 6 Changeat Month 9
Mean (SD) (n=8)Mean (SD) (n=7) Mean (SD)
Cohort 1 52.6 -1.0 -2.0
ERTSwitch Ambulatory* (14.7) (4.2) (3.6)
Cohort Baseline (n=5) Changeat Month 6 Changeat Month 9
Mean (SD) (n=5)Mean (SD) (n=2) Mean (SD)
Cohort 3 53.4 +4.2 +5.0
ERNaive (20.3) (5.6) (1.4)

FVGstableor increased in 5/8 and 5/7 ERSwitch patients atMonth 6 and Month 9respectively
FVC increased in 4/5 and 2/2 ERdive patients aMonth 6 and Month 9 respectively

*FVCresults not available for 1 subject Btonth 6 and 9
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PompePhase 1/2 Study ATB20@Q Data at WMS

Other Pulmonary Function Tests at Montmé&14)

MIP and MEP Generally Stable or Increased in Both-BRil/e and ER$witch Patients

Other Pulmonary Function TestslIP and MEP

Baseline (n=10)

Change at Month 6 Change at Month 9

Patients Assessment Mean (SD) (n=9)Mean (SD) (n=8)Mean (SD)
MIP 35.7 +0.9 -1.4
Cohort1: (11.0) (4.5) (2.7)
ERTSwitch MEP 72.6 +20.8 +31.1
(32.6) (42.4) (39.3)
Patients Assessment Baseline (n=5) Change at Month 6 Change at Month 9
Mean (SD) (n=5)Mean (SD) (n=2)Mean (SD)
MIP 32.6 +11.0 +1.5
Cohort3: (18.5) (5.0) (0.7)
ERTNaive 60.6 0.4 -1.0
MEP (8.3) (12.4) (19.8)
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PompePhase 1/2 Study ATB20@Q Data at WMS

Study ATB2002 Data Summary

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

Muscle Function (All Cohorts) Pulmonary Function (Cohorts 1 and 3)

A Musclefunction improved in 16/18 and A FVC generally stable in E&Rflitch

10/10 patients at Month 6 and 9, patients
respectl\{ely | A FVC increasdd a majority of ERMaive
A 6MWT distance increased Month 9 patients
I ERTnaive: mean increases of +42m (Month 6) A MIP and MEP generally stable or
and +75m(Month 9) improved in both ERSwitch and ERT
I ERTswitch: meanncreases of 35m (Month naive patients

6), +37m(Month 9)

A Improvement in other motor function
tests consistentvith 6MWT for both
ERThaive andERTswitchpatients

A 4/4 non-ambulatory EREwitch patients
showed significant increase in muscle
strength tests aMonth 6
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Novel ERT for Pompe Disegs&TB200 + Chaperone

PompePhase 1/2 StudkTB20e02 DataCascade

ContinuingCollaborative Discussionsith Regulatoran the U.S.and EU
Update Anticipatedin the First Halfof 2018

PompeMilestones in 2017

18-Week & : :
Preliminary 18 Additional 18 Extension Data V[\)l=f|‘$lilJSSSI.0nS \
Week Data at Week & Initial Presentation at and EU_
WORLIBymposium Extension Data World Muscle |

Society regulators

18- WEEK DATA EXTENSION DATA

A Safety / tolerability A Biomarkers A Motor/pulmonary function
A Pharmacokinetics (PK) A Immunogenicity
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Thank you
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