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Item 7.01 — Regulation FD Disclosure.

On September 27, 2023, Amicus Therapeutics, Inc. (the “Company”) released an updated corporate overview presentation that it plans to use in meetings with investors and analysts. A copy of this presentation is attached
hereto as Exhibit 99.1 and incorporated herein by reference.

The information in this Item 7.01, including Exhibit 99.1, is being furnished and shall not be deemed “filed” for purposes of Section 18 of the Act, or otherwise subject to the liabilities of that Section. The information in this
Ttem 7.01, including Exhibit 99.1, shall not be incorporated by reference into any registration statement or other document pursuant to the Act.

Item 9.01 Financial Statements and Exhibits
(d) Exhibits:

Exhibit No. Description

99.1 September 2023 Corporate Overview Presentation
104 Cover Page Interactive Data File (embedded within the Inline XBRL document)
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Forward-Looking Statements

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 prod
candidates, the timing and reporting of results from preclinical studies and clinical trials, the prospects and timing of the potential requlatory approval of our product candida:
commercialization plans, manufacturing and supply plans, financing plans, and the projected revenues and cash position for the Company. The inclusion of forward-looking statements sho
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 affec
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
discussions with regulatory authorities, including as they are impacted by COVID-19 related disruption, are based on current information. The potential impact on operations from the COV.
19 pandemic is inherently unknown and cannot be predicted with confidence and may cause actual results and performance to differ materially from the statements in this release, includ
without limitation, because of the impact on general political and economic conditions, including as a result of efforts by governmental authorities to mitigate COVID-19, such as travel ba
shelter in place orders and third-party business closures and resource allocations, manufacturing and supply chain disruptions and limitations on patient access to commercial or clini
product. In addition to the impact of the COVID-19 pandemic, actual results may differ materially from those set forth in this release due to the risks and uncertainties inherent in our busin
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 en
patients in our clinical trials; the potential that regulatory authorities, including the FDA, EMA, MHRA, and PMDA, may not grant or may delay approval for our product candidates; the poten
that required regulatory inspections may be delayed or not be successful and delay or prevent product approval; the potential that we may not be successful in commercializing Galafolc
Europe, Japan, the US and other geographies or AT-GAA if and when approved; the potential that preclinical and clinical studies could be delayed because we identify serious side effects
other safety issues; the potential that we may not be able to manufacture or supply sufficient clinical or commercial products; and the potential that we will need additional funding to compl
all of our studies and manufacturing. Further, the results of earlier preclinical studies and/or clinical trials may not be predictive of future results. Statements regarding corporate finarn
guidance and financial goals and the attainment of such goals. With respect to statements regarding projections of the Company’s revenue and cash position, actual results may differ based
market factors and the Company's ability to execute its operational and budget plans. In addition, all forward-looking statements are subject to other risks detailed in our Annual Report
Form 10-K for the year ended December 31, 2022, and on Form 10-Q for the quarter ended June 30, 2023. You are cautioned not to place undue reliance on these forward-looking statemer
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 ne
release to reflect events or circumstances after the date hereof.

Non-GAAP Financial Measures

In addition to financial information prepared in accordance with U.S. GAAP, this presentation also contains adjusted financial measures that we believe provide investors and management w
supplemental information relating to operating performance and trends that facilitate comparisons between periods and with respect to projected information. These adjusted finan
measures are non-GAAP measures and should be considered in addition to, but not as a substitute for, the information prepared in accordance with U.S. GAAP. We typically exclude cert
GAAP items that management does not believe affect our basic operations and that do not meet the GAAP definition of unusual or non-recurring items. Other companies may define th:
measures in different ways. When we provide our expectation for non-GAAP operating expenses on a forward-looking basis, a reconciliation of the differences between the non-GA
expectation and the corresponding GAAP measure generally is not available without unreasonable effort due to potentially high variability, complexity and low visibility as to the items &
would be excluded from the GAAP measure in the relevant future period, such as unusual gains or losses. The variability of the excluded items may have a significant, and potentic
unpredictable, impact on our future GAAP results.
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A Rare Company

Patient-dedicated, rare disease biotechnology company with sustained double-digit revenue
growth, a global commercial infrastructure, and late-stage development capabilities

s World-class Gene Thera
imlgalasay] Devel : PROFITABILI
b OP',“_ent Leveraging z
First Oral Precision COMMERCIAL Capabilities Experience in Protein expected in
Medicine for ORGANIZATION Engineerifig 2H 2023
Fabry Disease & Glycgbiology

GALAFOLD
- 14-18% &
SRR A S POMBILITI +

Under U.S. FY23 Galafold OPFOLDA

Regulatory Review for Revenue Growth
Pompe Disease at CER Cumulative $1.5B-

$2B Peak Potential




2023
Strategic
Priorities

Sustain double-digit Galafold revenue growth of 14-18% at CEl

Secure FDA, EMA, and MHRA approvals for AT-GAA

Initiate successful global launches of AT-GAA

Advance best-in-class, next-generation Fabry and Pompe pipeli
programs and capabilities

Maintain strong financial position on path to profitability

1 CER: Constant Exchange Rates; 2023 Galafold revenue guidance utilizes actual exchange rate as of December 31, 2022 & T




Amicus Pipeline

INDICATION

FABRY FRANCHISE ! § ; : 5 :
(migalastat) m ; ' ' '
Next-Generation Chaperone -

POMPE FRANCHISE | 5 | | | ?
(cipaglucosidase alfa) + (miglustat) m m : ’ ’ i ’ 1
Pompe Gene Therapy GD

OTHER | : :
Next-Generation Research Programs -

- Hl ODD - Orphan Drug Designation [l BTD - Breakthrough Therapy Designation *Approved only in the European Union and UK. m




Amicus

Therapeutics®

Galafold ® (migalastat)
Continued Growth

Building a leadership position in the
treatment of Fabry disease




Global Fabry Market

Global Fabry Market of ~$1.9B in 2022 and
Tracking toward ~$2.6B+ by 20271

$1,500

(millions)

$1,000

$500

$0 /I

2017 2022 2027E

! Global market measured by reported sales of approved therapies for Fabry disease - 2027 sales projected using ~7% CAGR

Believed to be significantly underdiagnose

Newborn screening studies suggest Fabry is
of the more prevalent genetic diseases
(~1:1,000 to ~1:4,000 incidence)

In 2021 and 2022, Galafold was the fastest
growing Fabry treatment and the greatest
contributor to market growth

Galafold has led to market expansion with
>1,000+ naive patients treated

V8




2023 Galafold Success (s of June 30, 2023)

Galafold is the first and only approved oral
treatment option with a unique mechanism of $94.3M
action for Fabry patients with amenable variants 2023 Galafold

60%  ° 14-18%

2023 Galafold
Operational Growt
at CER

Share of Treated
Amenable
Patients

53 35-50%
Orange Book Fabry Patients
Amenable to

Listed Patents 4 0 + Galafold

Countries with
Regulatory
Approvals

Galafold is indicated for adults with a confirmed diagnosis of Fabry disease and an amenable variant. The most commaon adverse reactions reported with Galafold (= 10%)

‘were headache, nasopnaryngms urinary tract infection, nausea, and pyrexia. For additional information about Galafold, including the full LS. Prescribing Information, please
safety infarmation for Galafold, including posology and method of administration, special warnings,

visit 3 micu: i/Galatold pdf. For further imp ety
drug interactions, and advErse drug reactions, please see the European SmPC for Galafold available from the EMA website at www.ema europa.eu.




Galafold Performance

$375M - $388M2

iiiiiiiiii

$306M | * Global mix of switch (~45%) and previously

untreated patients (~55%)>
» Compliance and adherence over 90%+

« Expect non-linear quarterly growth to
continue due to uneven ordering patterns

$261M
$37M and FX fluctuations

$182m
$91M
sv_

FY16 FY17 FY18 FY19 FY20 Fy21 FY22 FY23

1H23 reported revenue growth of +13% to $180M with strong operational growth of +16%

' F¥22 reported revenue growth of +8% to $329M with strong operational growth of +16% at CER - FY22 negative currency impact Yol of ~$26M
2 At constant exchange rate (CER) fﬂ
le

! Data on fil




Galafold Global Commercial Momentum (s of june 30, 2023)

Strong patient demand and performance against key metrics lay the foundation
for continued double-digit growth in 2023

Sustained Growth in 2023 Driven by:

) Continued penetration into existing markets

) Further uptake in diagnosed untreated population

) Continued geographic expansion and label extensions
) Maintaining compliance and adherence

) Driving reimbursement and access




o= Amicus

Therapeutics®

Pombiliti® (cipaglucosidase alfa)

+
Opfolda® migtustat)

Potential to establish a new standard of care
for people living with Pompe disease




Late-Onset Pompe Disease (LOPD) Overview

P |

3
o
(4

Majority of patients on current
standard of care decline after
~2 years

~5,000-10,000 people diagnosed Diagnosed at different stages of life,
globally; Significant underdiagnosis from childhood to adulthood

Respiratory failure is a ma|
cause of martality

Defluen’c,\ of GAA IeaL_ﬂng.to |y_§osor11a| Symf_toms include progressive muscle ~$1.2B+ global Pompe ERT
glycogen accumulation and cellular weakness, particularly skeletal and respiratory
dysfunction muscles, that worsens over time

sales!

m Based on 12 menths ended December 31, 2022. Source: Sanofi Press Release




Global Pompe Market

Global Pompe Market of ~$1.2B in 2022

and Tracking toward $1.BB+ by 20271 Global Pompe Market Sales Split

RF 000 5mmrmsmmemmssmmims soimmsmas s e e e FY20222
$1.800 Rest of World
$1,600 e 22%
$1,400 United States
'g $1¢200 ..................................................................................... 41%
S
E $1,000
5800 .......................................................................
$600
$200 37%
$0 7 — Vi . . ) _
2017 2022 2027E An estimated 3,500-4,000 Pompe patients

globally are being treated by ERT?

- ! Global market measured by reparted sales of approved therapies for Fompe disease — 2027 sales projected using ~E% CAGR J
LER ¢ As reported Fr2022
3 Amicus Data on File from Market Mapping T




AT-GAA: An Innovative Approach to Pompe Disease

= AT-GAA is a two-component therapy combining

cipaglucosidase alfa, an ERT, with miglustat, an orally
administered enzyme stabilizer

= Consists of a unique cell line producing a naturally
glycosylated enzyme that can be properly processed
within the lysosome to its mature form which is required to
optimally break down glycogen’

.
PPN ! Selven et al. 2021, ) Biol Chem 2021 Jan-Jun296:100763 /
ERT. Enzyme Replacement Therapy




WORLDSymposium Update - Phase 3 OLE of AT-GAA in LOPD

ERT-Experienced FVC (%): Change
from baseline

ERT-Experienced 6MWD (%): Change
from baseline

= —&— Cipa/mig—ipa/mig —O~ Cipa/mig —8— Alg/pla

Maan (+= SE) of change from
ATB200-03 basaline [ predicted GAWD)
™
1

1] e 5 eman a3 rcicm:
Cramg-cramg =01 (4
N g - sy

T T T T T T T 1

Baseling 12 % 38 52 [ 78 10

Number of patients () L
Cipairmig-cipaimig ] &1 54 8 81 55 56 56
) 2 2 2 26 26

ERT-experienced and -naiive patients treated with AT-GAA throughout PROPEL
showed durable improvements in % predicted BMWD that were maintained
throughout to week 104

ERT-experienced and -naive patients who received alglucosidase alfa/placebo in
PROPEL and switched to AT-GAA in the OLE showed stability in % predicted MWD
throughout the OLE study

Maan (+= SE) of change from
ATB200-03 basaline isitting % pradictod FVC
hoA
11

Mbaar, {50 Sanat FVE (% prucicics:
B~ Cmimg-crmg -7 (1888

=&~ Cipalmig-cipalmig w=Cm Cipalmig —8— Mgipla

Al cping = 7.2 1.2 [
= T T T T T T T
Baseine 12 26 .| 52 64 8 104
Weak
Nurmber of patients )
Cipaimig-cipaimia 62 &1 53 54 58 50 51 B
) 2 - 2 % 24

ERT-experienced patients treated with AT-GAA throughout PROPEL remained stab
while patients who received alglucosidase alfa/placebo experienced a dedline in
sitting % predicted FVC that stabilized after switching to AT-GAA in the OLE study
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SSIEM Update - PROPEL Effect Size Analysis in ERT-Experienced Adult

Standerdiced CFUL to week 52 LOCF mean (95% OO

3

‘25’ ‘f s‘es‘&‘,,?‘ f& *,r.,? ff ,ésf,;
J:;ff ffy&f&yj ffff;{: Xﬁﬁ"ffﬁ;f v".»*‘f

nusmmvam Fulmonary funcon Becemarkers DoL: EQ-SOSL oL FROMIS QoLS6IC o Orher

(d=-0.2) or stability (-0.2sd<+0.2) across most outcomes, with significant

of motor

Standlardze CFBL 8o miw 57 LOCK ssegm |35 C1)

to cipa+mig mostly showed improwement or stability, with significant

-135

o %‘fﬁ’ ol g ’f;’;,gg’ fffgff ?; f}@ffﬁ’; ﬁ?ﬁ LRI

HETE

£ & 7

~"’9 *“’Jf

Qol: SGIC

ol EQ-50-50 ol PROMES

for various lung and

Significant improvement was only observed for (unadjusted me
CFBL) QoL: PROMIS-Dyspnea (-1.53).

Significant worsening was observed for (unadjusted mean CFBL
sitting forced vital capacity (FVC, -4.02%); supine FVC (-2 63%);
sitting slow vital capacity (SVC, -6.52%); maximum expiratory
pressure (MEP, -3.85%); creatine kinase (CK, 796 1U/L); and hexc
tetrasaccharide (Hex4, 1.89 mmol/maolCr).

and global scales

muscle strength,

Significant improvement was observed for (unadjusted mean
CFBL): 6MWD (16.89 m); 6BMWD % predicted (3.20); manual mu:
test (MMT) lower extremities (1.63); MMT upper extremities (1.7
MMT overall score (3.38); CK (-118.0 IU/L); Hex4 (-1.69
mmol/molCr); QoL: EuroQol Dimensions-5 Levels Instrument (Et
5D-5L}-Pain/Discomfort (-0.19); QoL: PROMIS-Fatigue (-1.87); C
Subject’s Global Impression of Change (SGIC)-Overall (0.34); Qo
SGIC-Ability to Move Around (0.21); QoL: SGIC-Muscle Functior
(0.20); QoL: SGIC—Daily Living (0.28); QoL: SGIC-Energy Level (0.
and QoL: other—Physician’s Global Impression of Change (PGIC)
Overall (0.27).

Significant worsening was not observed for any assessments.




Global Regulatory Status

Expect regulatory approvals and launch into the three largest Pompe markets in 2023

* Pombiliti® + Opfolda® now approved in the EU

* Pombiliti® + Opfolda® now approved in the U.K.

= Based on recent engagements with the U.S. FDA,
approval expected in the coming days




Ongoing Clinical Studies and Expanded Access Mechanisms

* Ongoing clinical studies in children and adolescents' with
LOPD and infantile-onset Pompe disease (IOPD)

* Multiple expanded access mechanisms in place, including in
the U.S., U.K, Germany, France, Japan, and others

= At time of first regulatory approval, ~200 people living with
Pompe disease on AT-GAA across extension studies and
expanded access programs

= ~75 centers worldwide currently participating in clinical trials
and access programs

! Children and adolescents aged 0'to <18 years old




Pombiliti + Opfolda EU Opportunity

= Strong indication statement:

Pomblliti® (cipaglucosidase alfa) is a long-term enzyme replacement
therapy used in combination with the enzyme stabiliser Opfolda*®

(miglustat) for the treatment of adults with late-onset Pompe disease
(acid o glucosidase [GAA] deficiency)

= >1,300 patients are estimated to be treated in Europe'

~60 Patients throughout EU currently on Pombiliti + Opfolda,
including ~20 in Germany and Austria

* Launch underway in Germany
6 month “free pricing” period and AMNOG reimbursement process

First patients dosed and additional patients scheduled to start infusions

' Amicus data on file from market mapping &fﬂ
T




3 Pombiliti” + ? Opfolda”

(cipaglucosidase alfa) (miglustat) capsules

Performance

Patient Demand

Initial focus on clinical trial
and expanded access patients

First patients dosed; Multiple
scheduled for infusion

On-track to transition all trial
and expanded access patients
in Germany within 90 days

Launch of Pombiliti + Opfolda Underway in the EU

KOL and Patient
Outreach

Promotion and Education
Efforts

Existing relationships with
HCPs at key treatment centers

Engaging top prescribers
within first 30 days

Ongoing disease education

Access and
Reimburseme

Positive Interaction:
with Payors

Focus on broad patient ac

Country
reimbursen

Active disc
to demonstr




Amicus

Therapeutics®

Corporate Outlook

Delivering on our mission for patients and
shareholders




Financial Outlook and Path to Profitability

.

g

Sustain Revenue
Growth

$180.8M 1H 2023 revenue,
+16% YoY
operational growth

2023 Galafold revenue
growth guidance of
+14-18% YoY at CER

3

! Based on projections of Amicus non-GAAP Net Income under current operating plans, which includes
n, depreciation

based compensation expense, changes in fair value of contingent consideratian,

N

Secure Approvals
of AT-GAA

Galafold and
AT-GAA expected to
drive strong double-

digit growth long term

o

ATEM and il

8

Deliver on
Financial Goals

Focused on prudent
expense management

2023 non-GAAP operating
expense guidance of
$330M-$350M

Achieve profitability’
in 2H 2023

g Galafold growth. We define non-GAAP Met Income as GAAP Met Income excluding the impact of share-
and amortization, acqui: nmrdatedmmme(eupeme} loss on extinguishment of debt, loss on impairment of assets, restructuring charges, and income taxes.

A




Positioned for Significant Value Growth

Continue to
bring Galafold®
to as many
patients as
possible, sustain
double-digit
operational
revenue growth

£3

‘compensation expense, changes in fair value of ¢

Successful
launch of AT-
GAA for people
living with
Pompe disease

232 1 Based on projections of Amicus non-GAAP Met Income under current operating plans, which includes.
i of

[ ion, loss on i il

Advance
next-generation
gene therapies in
Fabry and
Pompe diseases

assets, deprediation and

AT-GAA regulatory and

Fully leverage
global
capabilities and
infrastructure as
a leader in rare
diseases

Achieve
non-GAAP
profitability
in 2H 20231

Galafold growth. Mon-GAAP Met Income defined as GAAP Net Income excluding the impact of share-based f
e tated i et &

loss. of debt, restructuring charges and income taxes.




True Measure of Success:

Impacting the Lives of People Living with Rare Diseases = ,ﬁ; | By
Al B,
it i ]
A -~ o i ‘
. 'y a2 L n
p fidfhaty o 5
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Appendix

Amicus Therapeutics, Inc.
Reconciliation of Non-GAAP Financial Measures
(in thousands)

Three Months Ended June 30,

Six Months Ended June 30,

2023 2022 2023 2022
Total operating expenses - as reported GAAP $104,249 $133,147 §221,213 §279,619
Research and development:
Stock-based compensation 4,117 4,379 12,607 13,744
Selling, general and administrative:
Stock-based compensation 12,460 8,084 38,864 29,370
Loss on impairment of assets 1,134 - 1,134 6,616
pa:?:l;:ges in fair value of contingent consideration 337 115 588 (1.073)
Depreciation and amortization 2,206 1,334 3.463 2,745
Total operating expense adjustments to reported GAAP 20,254 13,912 56,656 51,402
Total operating expenses - as adjusted §83,995 $119,235 $164,557 $228.217

-




2023 Environmental, Social, & Governance (ESG) Snapshot

Who We Serve

+ Address a rare genetic disease
Programs we
invest i
have 3
characteris

— First-in-class or best-in-class

* Impart meaningful benefit for
patients

Pledge for a Cure

Designate a portion of product revenue back into
R&D for that specific disease until there is a cure.

Pricing PROMISE

Committed to never raising the annual price of our
products more than consumer inflation.

Charitable Giving expanded Access through Feb 2023:
79 patients/ 19 countries

Contributions allocated:
Amicus supported Volunteer hours

$2,288,998 us.
communi rograms: Us.):
$954349 . 23 580

Environmental
Management

Committed to producing
transformative medicines for patients
while practicing environmental
responsibility and adhering to
sustainability best practices in our
operations.

00/ Amicus Owned Direct Manufacturing and
O Related GHG Emissions

Global Employees % Female Employees

57%

484

% Hiring Slate Diversity 97 %

Board of Directors

Committed to ongoing Board refreshment and diversity of
background, gender, skills, and rience:
Director Diversity

Board
3 Female 80% Indi:-pendence

2 Veteran Status 0 Overall Board
1 African American 60 /O Diversity

Diversity, Equity, &
Inclusion (DEI)

Pledge to support a more inclusive culture to i
our employees, our communities, and society.

of maintaining gender dive|
easing overall diversity thr
our global w

Employee Recruitment,
Engagement, & Retention

Leverage employee capabilities and expertise to pri
culture that drives performance and ultimately attrd
energizes, and retains critical talent.

Career Develop

Reimagined performance management p
measure the what and the how, rewarding t
role-mode! our Mission-Focused Beg




WORLDSymposium Update — Phase 3 OLE of AT-GAA in LOPD

ERT experienced ERT naive*
5 64 —&— Cipa/mig—cipa/mig ==« Cipa/mig & Algipla &5 16- —&— Cipa/mig—cipa/mig = = » Cipa/mig —&-— Alg/pla
E 5 E 14+
E® E®
- g3 7
@ O 2= 104
23 , £3
.E:: a 3l .::': a 8
5% 2] 52 6
ms ol
w3 1 7] E 4
i3 i o
= G T = D
E z 1 | Mean (SD) baseline GMWD (% predicted): Mean (SD) week 104 BMWD (% predicted): i 2 Mean (SD) basefine BMWD (% predicted): Mean {SD) week 104 MWD (% predi
o Cipalmig—cipalmig = 56 1 (16.03) Cipalmig—cipaimig = 60.8 (18.07) g —2 Cipa/mig-cipalmig = 1.9 {15.33) Cipalmig—cipaimig =708 |
IE Alg/pla—cipalmig = 54.8 {17.68) Mglpla—cipalmig = 54.3 {21.86) Alg/pla—cipa/mig = 61.4 (17.11) Alg/pla—cipa/mig = 70.3
< _2 T T T T T T T 1 < _4 T T T T T T T
Baseline 12 26 38 52 64 78 104 Baseline 12 26 38 52 64 78
Mumber of patients (n) Week Number of patients {n) Week
Cipalmig-cipaimig 62 61 54 58 61 55 56 56 Cipalmig—cipalmig 20 19 17 20 20 18 19
Alg/pla—cipalmig 29 27 26 26 Alg/pla—cipaimig 7 7 7 5 [

*  ERT-experienced and -naive patients treated with cipa/mig throughout showed durable improvements in % predicted 6MWD in PROPEL that were maintained
throughout the OLE to week 104

*  ERT-experienced and -naive patients who received alg/pla in PROPEL and switched to cipa/mig in the OLE showed stability in
% predicted 6MWD throughout the OLE

“Excludes one outfier. SE standard emor. ﬁ-?
¢




WORLDSymposium Update — Phase 3 OLE of AT-GAA in LOPD

ERT experienced ERT naive*
S 5 —e— Cipa/mig—cipa/mig —0- - Cipa/mig —o— Algipla S 5 —e— Cipa/mig—cipa/mig — 0O+ Cipalmig —a— Algipla
24 2]
E E 14
g by £ i b
5 07 &S -1+
§% 1 §5 -2
SE ' SE
£ E 34
55 —24 TS
ol o2
w g 34 o 5
8 < 3 64
c [~ -7
is s =
: Mean (SD) baseline FVC (% predicted): Mean (SD) week 104 FVC (% predicted): — Mean (SD) baseiine FVC (% predicted): Mean (SD) week 104 FVC (% prec
§ —6- Cipaimig—cipalmig = 67.7 (19.48) Cipalmig—cipaimig = 652 (20.00) § _g_| Cipaimig—cipaimig = 80.2 (18.69) Cipalmig—cipa/mig = 73.5 |
E 7 Algipla—cipaimig = 67.2 (21.29) Algipla—cipaimig = 61.0 (18.20) a 4 Alg/pla—cipa/mig = 79.1 (22.58) Alg/pla—cipalmig = 79.6 |
i T T I T T T T 1 T T T T T T T
< Baseline 12 26 38 52 64 78 104 <« Baseline 12 26 38 52 64 78
Number of patients (n) Week Number of patients (n) Week
Cipalmig-cipaimig 62 61 53 54 55 50 51 53 Cipaimig-cipaimig 20 18 18 17 19 18 18
Aglpla—cipatmig 2 25 26 24 Alg/pla—cipalmig r 7 P 3 6 4 4

*  ERT-experienced patients treated with cipa/mig throughout remained stable, while patients who received alg/pla in PROPEL experienced a decline in sitting %
predicted FVC that stabilized after switching to cipa/mig in the OLE
*  ERT-naive patients in both treatment groups experienced some decline in PROPEL that stabilized in the OLE with no further decline in FVC to week 104

m “Exciudes one outlier. ﬁ-ﬁ
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ERT experienced ERT naive*
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i _25(-| Mean (SD) baseline CK (UIL): Mean (SD) week 104 CK (UL} i —400- Mean (SD) baseiine CK (U/L): Mean (SD) week 104 CK
Cipalmig—cipa/mig = 433.0 {407.69) Cipalmig—cipa/mig = 200.7 (206.92) Cipalmig—cipaimig = 4641 {308.11) Cipalmig—cipaimig = 2838 (2
Alg/pla-cipalmig = 480.6 (450.46) Alg/pla-cipalmig = 381.6 (202.67) Alg/pla-cipa/mig = 680.3 (333.13) Algipla—cipaimig = 461.7 (1
—300 T T T T T T T T T T T T T 1 500 T T T T T T T T T T T T T
Baseline 2 4 6 12 26 38 52 54 56 58 64 78 104 Baseline 2 4 i} 12 26 38 52 54 56 58 64 78
Number of patients (n) Week Number of patients (n) Week
Cipalmig-cipaimig 62 62 62 58 61 58 5 69 54 52 53 50 57 49 Cipalimig—cipaimig 20 20 19 20 198 19 2 18 18 18 16 18 19
Algipta-cipaimig 9 29 Algipla—cipa/mig ' ' 7 ' 6 7 7 5 7 T 7

28 28 28 26 27 27 26 25 o

= ERT-experienced and -naiive patients treated with cipa/mig throughout showed a decline in serum CK levels during PROPEL that was maintained throughout th

OLE
©  ERT-experienced and -naive patients who received alg/pla in PROPEL showed a slight increase or stability in serum CK levels to week 52, and a marked decline

switching to cipa/mig in the OLE

m “Exciudes one outler. ﬁ-ﬁ
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ERT experienced ERT naive*
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3] Mean (SD) baseline Hexd (mmalimol creatinine)- Mean (SD) baseline Hexd {mmolimal creatinine): Mean (SD) baseline Hex4 {mmol/imol creatinine): Mean (SD) baseiine Hex4 (mmol/mol craa
= Cipalmig—cipaimig = 4.5 (3.43) Cipalmig—cipa/mig = 2.7 (1.60) Cipalmig—cipalmig = 4.8 (3.00) Cipalmig—cipalmig = 2.(
< Alg/pla—cipaimig = 7.3 (7.72) Alglpla—cipa/mig = 5.0 (5.21) < Alg/pla—cipa/mig = 5.8 (2.50) Algipla—cipa/mig = 2.4
—-4 T T T T T T T T T T T T T 1 -5 T T T T T T T T T T T T T
Baseline 2 4 6 12 26 38 52 54 56 58 64 78 104 Baseline 2 4 6 12 26 38 652 54 56 58 64 78
Number of patients (n) Week Number of patients (n) Week
Cipalmig—cipalmig 61 61 61 60 61 57 5 55 54 51 56 59 55 56 Cipalmigcipa/mig 20 20 18 18 18 18 18 17 18 19 16 189 18
Alg/pla—cipalmig 28 2 2 2 2 28 28 28 27 26 28 27 3T 2% Alg/pla—cipalmig ' r 7 4 7 r 5 7 5 7 6 [

*  ERT-experienced patients treated with cipa/mig throughout experienced a decline in urine Hex4 levels in PROPEL that stabilized during the OLE. ERT-experience
patients who received alg/pla in PROPEL experienced an increase in Hex4 and a marked decline after switching to cipa/mig in the OLE
©  ERT-naive patients experienced a decline in Hex4 levels during PROPEL in both treatment groups that stabilized or declined further during the OLE to week 104

ERN “Ecciudes one outlier ﬁ-ﬁ
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