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Figure 1b. Adapted from Astellas InVivo Gene Editing Summit Presentation November 2021.
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Ele. PNONDRLEEZERBRRAT — IV FILE—THDI2BEEIA. IREICH LT, 5lEHEemRE%
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GAANRIBT B LIzLY. S1Y 1IANEHTESA TS

J—LRIZF )2 UoRNERTS
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1. NORD (National Organization for Rare Disorders) (2022).at hitp: I ql pe-disease/. 2. Kishnani, P. & Howell, R. The Joumnal of Pediatrics 144, S35-S43 (2004).
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GAATEHEDBE (L ATBASOAMEE R EEL/ M I—H—Th%

ROARZERMICHET HDICIEE ILNILOCGAATFE BT LABETH LGN EEFZLOND

100+
LOPDEE D BHFGAAE ML
BATHY. GAAEMMNIEY = BRLBEESLLY
3 LRI D#30%LLFIZhioT= IHAEDEE
e PRI S5
g ~ATORSHRESE X
3 50> FEELAILD50%IZFK A
#H GAAZEMERHLTSEY. IOPDEE DB
& P | CAAEHEIZIEY WP SRLFEEOLR
€ 307 B LARILD1%kKE
104
2 -
SEAE R LOPD |IOPD
“ e . f—
b
> astellas
GAA: Bitta-4 Lo ¥ —+F . I0PD: ALIRBRU A 5. LOPD: BRER 5%
1. van der Ploeg, A. & Reuser, A. The Lancet 372, 1342-1353 (2008). 2. Ripols . M. etal and Applied Ne bi 1y 44, 449-462 (2017).
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@ &

WERBINTLBERTIE, ##Ea41= LOPDEFEICERTAEEL-KHMLI
REEREERYIRT L THREEET HETIE., P IcHE D ERLEA.
THREETHD BREPERT. TORUDRNMET TS
CEMTREh2
\
<" &
ERTIZZRERMAHEENMSN ERTZ4To CHBIEN TS B EM B,
TEY. HAELEDEEIC LY A RURBOFEFREBEICZ. RIS
TSI EERIFIaEeEN H B3 KELGT AV —ZXHELTLVSS
7;1\'1('[1(1‘;

LOPD EREA AR
G.etal ! Disorders 31, 91-100 (2021), 2. Gutschmidt, K. et al. Journal of Neurology 268, 2482-2492 (2021)., 3. Patel, T. et al. Molecular Genetics and Metabolism 106, 301-309 (2012).,
4 Schosel B.etal BMC Neurnfcgy 17, (2017)., 5. Hahn, A. & Schanzer, A. Annals of Translational Medicine 7, 283-283 (2019)
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I AT845: FHAICEEBELFEEEL TCGAARIREZFE s

BRENIDE—S—ZEAVE2EREICLLHBETFEREE

RURJFIE, GAA DRIBIZKBHBE—EE EELHER R 55 D AR
FEET. BRGEODHOEAICEEL

RIFL. SAYY—LIZF)a—FonER RURFTIE, 54
TAHIETHMANEEERTS Y—LRTOT)

#%

a—50Y)La—
AADREHEE

Jya—s

AT845(%, EFGAAREFEHATHRRM
[ZRBSE DB TFHEAHZAAVERY
A—THB

B~ QIERMEEF-E8 5L T, GAAE
DRRNTRESE . BYUERLEBESOLE Figure 1a. Astellas proprietary image.

swvo
4 % [ 368
AT845 (rAAV8-eMCK-hGAA)

L Lri2ec A ErGAA AR

RISAA RIFAR
ITR F— F ot 5— ITR

Figure 1b. Adapted from Astellas InVivo Gene Editing Summit Presentation November 2021.

)astellas

AAV:FT/HES2 1L R, GAA: Biffa-7 Lo ¥ —+  ITR: Inverted terminal repeat
1. Eggers, M. et al. EMBO Molecular Medicine 14, (2021).
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FORTISESR : AR O SRR - JF TR - AEHIES [ /IR

LOPDH A BEE W RICATSASD R M LA B M AR T A LEHMNELTER

FTEHHIEE FEMAIEE -
et otk B RETlhIE B MW E
FEEROHE. . EREVEEER.E HRANGAAZL NI BERES LR HEEE (FVC., MIP, MEP) . « 18 LI L (BiTaIBEE
ETOEEREEEOA—RSIUMS | | JUBREHEOA—ZR51Y ¥ A5 (BMWT, GSGC) . QoL ( [EHITFTHE)
nEik MDA (12:8) R-PAct. EQ-5D-5L. PROMIS) « BE2FMLLE, rhGAA
nHE #FEAL-ERT# %M
=z ﬁ zZ y 4 &) MR
17/ - C— . AT845 MR R 11 (185hA8)
) S 4 v 4
Q) ot [ FLEZYRY T :
L ¢ | s
R—A54> 12:8 24;8 3638 4838
ERT (2;8RF%) AT8451% 5 %168 LI LB, BMOREMHE=FILTEITITLET
ERTOthiE%#{RTTEE

a. R—R7 1 ODIE SUHMRIEATS451E 50 14~21 B HTIC, B EREE 5#) 18 M IR IE yaste “d"
LOPD: BREKL A, GAA: Biita- LA ¥ —F  FVC-FHMER, MIP: BXREE . MEP: BAISKE, 6MWT: 65315178 . GSGC: Gait, stairs, gower, chair,

PROMIS : Patient-reported outcomes measurement information system. QoL:Quality of life. R-PAct:Rasch-built Pompe-specific Activity, thGAA:B{EFH##Z EhGAA, ERT: BEERMTEAE
1. Clinicaltrials.gov (2022).at https://'www.clinicaltrials.gov/ct2/show/NCT04174105 Clinical Protocol AT845-01
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2021 F 12 B3HDOT—4Ay bAT7EERT, FORTISHERICIX 4 A EHZINTHBY ., 23K—+F
1 TIE2%A3x10%vg/kg T, TAF—F 2 TIE2EA 6%x10%g/kg ZixGINnE LT, SEFRE
INFT—RITIE, AF—b1ICSNL7 2 20HBRED 24 BRAOBHREICL 222, BR
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Cohort 1 Cohort 2
ReEIOTFAI (3x10"3vglkg) | (6 x 10" vgikg)
P2002 P 2001 P 2003
T—ARBHERAT. TATOSMETHRE®R Follow-up time, weeks 37.1 27.3 133
NEELFEZREIW/EShTLVEL All TEAE 1 3 14
Procedural pain 1
¢ BREOIATILEZV OV FHERS O EEacaeTe ; ;
BIZFSURATIF—E EERRLNTA, Ageusia 1
ATOAFEEBRICE>THAURIRETH 1= ALT increased 1
COEBERFIMMOAAVEBIGFAEETHESH AST increased 1
TWASEBERERBHRTHY., AT13212H1T5085+ Decreased appetite
IoFEHIEEFRRLIFLLTLEN Constipation

Abdominal distension

1

1

1

Irritability 1
Palpitations 1
Night sweats ]
Cold sweat 1
Dyspnea 1
COVID-19 1
1

Upper respiratory tract
congestion

Malaise 1
Fatigue 1

Information based on a data cut on 14 December 2021 7 “
astellas

LOPD ERERUAHE. AAV:PT/HBHEIAILA. ALT:7I=UTI/MF AT T—H  AST: 7 ANGKVEMTI/FS0AT25—+H, TEAE: BECEH FTREL-HEBR. vg: vector genome
FORTIS_PP_2002.1tf — Patient profile listing, page 28
FORTIS_PP_2001.rtf — Patient profile listing, page 31 ;
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2R E L TRRMERHFT. T—42hy FORRTIIEEASRIIREINTEY £ A, BETP
HKELICBEEERDOY> D, Z2Z2R<ETHEETH Y., AT845 TlEA <, Ihld COVID-19 &
DEEUNBH D EEZONE LT, lBDEWREN T VXTI SF—ELER, FL—F3DALT
FREJL—F1DOAST EEZRERL £ L7-A. ZNIEAT845 ICESEL TWAAIBEMED B 5 &
SN, FHMATEA RIR Y c—XOEDOYICEEL TWES, X704 FOBRESETHIEL X
L7z

CDERIE, D AAV BLTFRETCEERINLLDLAKOEENEEEREEZONTLE
o LAL. TNIFATII2 DAET S oid & IFFELL TLWEEBA, AT132 TIE, X7 A4 F&RE5H
ICREL. RENMHRENEL TLWEFATLT
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VCN, @8 (ar—H)

2.5 1
BRHESRET—5: 2.2
@ 59 B P 2002 (3 x 103 vglkg)
ak—MOBERENT £ P 2001 (3 x 10° vg/kg)
(<& T, ATBA5IR 5% S
12BFTIZ, HARNTHEH 2 =
BETFOBALNERENT s :
§’ 1.0 1
0.5
BLOD BLOD
0.0
Pre-dose Week 12
Information based on a data cut on 14 December 2021
FHARVCN (B D24 DHBEDH) ; astellas
BLOD :Below limit of detection, VCN :Vector copy number, vg: vector genome
FORTIS_PP_2002.rif — Pat@ent profile Iisgng. page 28
FORTIS_PP_2001.rtf — Patient profile listing, page 31 Astellas Proprietary Information
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REMEEELLGH S, KRN OEFEMREBHLTEAID

YRDIRZ Dy TAT7A )L E G FEHET 5

KT S

FEMEARSNDOBITIZERILL., 2200FR—FDFEMMEET—RITE DL

0,0\/0
[Di DERE T —SEREEL. FORTISREEADEE MM AN ILEEHELT
=N
—> | EEEPoCOEMiZ2022 5 ERMI-F T

)aﬂlcila‘;

PoC: Proof of concept
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