AWF0| L= %t | A X=X

Capsida 9| STXBP1 L[HZ OFF CHe AAV 7|dt CAP-002 2 1720 & A0k 2kXp ALYO| esn XX
Ad ST LH(9/10). O ArHLZ AAV FTXIX|ZH|O| CHSt FDA O M| Z3t ol 8El= 7H20l, BBB M
t

7|§—| MY SEIF Xl Iz HR=1 UF. BBB Fif 7|£9| IO = ABL HIO|R9| 0|5 Z3HZ0|
SUH etHd S, Soat 2k It oY,

© Capsida® QEXIXIEH| 1/24 K A0} EX} AFYOC 2 XPUX QAl FCh YE
)) Capsidae STXBP1 L/¥EE 1 UH OFs (18IHE~7H| CHe) CHELE AAV Jgt

A Eo HE T Xt AIUSHo, Capsidas XM E Ao FTHHE UH (9/10).

QT XIEH CAP-002 1/24 3.
O AAV X|2X|9| P& =500kt HE Capsida

N 71E AAV XEX 2HECE U8Y FO Al 2t =Y, BFLS, AT A7t 21, (Of, Astellas, Novartis S Of# &4

) Capsidas HSH| =RH2EH(BBB)S FUSIHME, §F A &2 0[S €29|= SF MEE(DRG) 0= JHX|
WUEE & MBME SOIHQ HAES ME. FUL X229 MY 59 #AES £0/1 Nz 28dS 0|14 YS
FYF(NHP) 718t HUAMOM QXY SHEYCH D HESIAOLE, 12 St AfYo = QI3l HO|A HE|S 0|8% BBB
E1t Jl= XM oMo TSt ZE2XQl oHO0| THAl HI7IE A2 HYY. At Ay QO 2 HIO|HA0| CHEH BY
WSOILL, 2F T S JIE AAV RTAF XIZHo|M E0E fE80| Y IHsF0| HII=0f AL T &

© AAV J|gt CNS |EXL X|=2H| 2|A3 IHAY. 2 X|2H= AXH0| Y
)) Capsidas AAVE L|H2EH(BBB) £t 20fe MEFX}t & stUAS

S0f 6% W7IE KBTI AUy TYRK(D, 0] YA B 54 UL 202 BY,
») FDAL QEX} XIZH| Zto] CHoh OHX4 2SS ZBroteie ZM2 AAV I8t CNS

SR 4 QI0f QEXF XZH| QHX Olhet FH BY Yot FAIT} INE,

Ol CNS TgHg EXots QX XI2HO| Uit £X42| YHO2 00 4 UL,

RO X=2H AY JIE H2 A

») BBB ME J|&o XY 2H Rt oy oz FAE AO=Z HOlEs

2 ol 2t 2t Jh24| ofojH| 20| = O|SBHIE BT
BBB Et2 SHEZ 71200, 22 1€0fIN AVYE S H ASZ. HIO[2A HE{Q] QMY EXIt F2AE TN,
O|Z&H| SEE0| JUMoR QM. tioto 2 MEI I Hlmare| 2t St ofl4d
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AAV STXF X|ZH|(CNS CHA) 2tXd Ol Al

e 33 BAHY Y335 A SE MR 3
: 2=0| A SHAHA oW 22X oAt HE
_ HAM OO|E= Ab [=ry = =2a To= ao aa
2019 OAV-101 Novartis Nad 2UEB 1/2% DRG &5 =49 121 D1 oAt BE ST S Y S
s s O{2] LU E01RQ0] o4 AT 2t . o
. IA_HIIE ET__‘LL =z} AL ’ I‘__ 21 OE!)\}- = k=1 Xj E% 90 xI:I_I'
2020  LYS-SAF302  Lysogene BAEZETAY 23 o oo s ore oy 209 OB UE BR ZFI SR80
. ' I|_j 2 OIA}'EE
2021 NBib-1gl7 Yoveeer/ ziay 24 U EIX} L MRIOJA] O14 8 h 219 28 34 25
Neurocrine o= g B8
; T2Y ATEO|A CNS EZ 7|6t 22 QAL B E
- SIEIE A +o° 58S gc =m
2022 AMT-130 UniQure GaeEs /24 SAE 321 A 234 4 TN  SAIKIH X
R T8 E0{ BHXt 1T 244 11 D8Y £ B
_ = AF LS T = (=} i) oo T )
2024 NGN-401 Neurogene HESZZ 172 HLHETErALY T XX 5)2 AfS} TS oAt A8 & e 5
2025 CAP-002 Capsida STXBP1 YR /&S 1724 181 S0 SR ANY / 9191 ZAL S 25U 9F QA OUA| EEH
Atz: 2t AL 71233 2l MX|MEH
AAV QEKE X|Z2X(non—CNS CHAN &M Ol Atz
AE 23y BIAE M85 =] T AR I
1Ak iR 2,
Solid (UAIX| EHAOLI|LIOHH 451} SHEX| O Yal2wl E7H 18 881Xt H2 GHX
— M| 30|HOFE Ab
D18 SGTO0L - gioiences T SOIBIBOMD) /28 2% 54 @4t 2041 108 2% 23 oA
(PR 2 24, 34 HUSH, NI 7|5 £H)
b 1A DY SOIF B} 3 2R,
00 AT-I32 pstellas NARSRBEIAT o TYE U oEe SY HEFOR AY O oo
(XLMTM) 20F: 18 SOI2 BAF 19 21 4] OS2 MY se st
2020 AMT-061 “E;‘;gr“i;eg/ HouB 34 SIXL 1O 2EMIZA(HCC) TS 214 UM B2 S T 224 sl
. HIES $IXF ASE 19 AIY, Afl OB 214 128 AN w2
~ FA 20|EYE A : . nbale
2021  PF-06939926 Pfizer |BYZ(OMD) 1b%d 7 A0 T4 2AHDAYLIGHTIOIA X} 159 A 2241 4% HE o & WY S
— LogicBio SETEPNCTES A ST E01 BHX} O ETES S 3 gy 224 28 YY 27
2022 LB-001 Thereutics EERREES 1/24 1,261} £0f B} DM BHYS SSRTMA) LAY 2201 5 OV S5 S B HIZY
Atz: 2t AL 71233 2l MXAEH
O|ZAXl CNS X=X Q™A Of++ Akl
) S3Y AE Y85 oA A s 31
Denali/ 14+ &7 H|O|E{0)| A X|&H(therapeutic window)0|
_ orX 3O HEH Ab XOIAF =AM T OI8H QAL HE
2021 TAK-920 Takeda A XS5H0|HY 14 QI S HILE Qlol| et 28 Z0} 2314 8L Tt %‘:J ‘;E_-‘Xé

Aro] 714 EEHCAA)0] 7|2l HTh=

2024 trontenimab  Roche  LXSIO|HY 1b/2a T 44U & LEE2 X} 1Y AHY AZO| QA X| &

A= 2 AL 7125 2IMKIME
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