FH X K=

[\/\,\ GAKUSHUIN UNIVERSITY

RELEASE

20264 9R8 10H

B NERFEDRERE & L5 -LEETFERZRR
—EEFRTEICEL Y RETH/MNS F 7R EESREEEHLEIE—

b 0 2

o EERMW/IMMAFAEDBEL O, YT TAKEZIES 2> /87 E [CBLN1] O#/-AEECFER
ZHRELFE LI

0 HBERKDEBEEGEFERAZEBALALETIIVATIE, YFTREEITHA, NMOEREIEE
KA, I0ICIEBEHFEEELRE, BELHEBTIRENDDOOoNE LT,

® JERZRIHAETTRICEE R CBLNI BEEF2HHT 2L, ZTOERNEFLLHEIND
ZEDD, AEREED EISEEMNNATIEICH T 2 ABEEDRENMREINET,

R DOEE

FERAFZEFBOBIEHIR O OMFE T IL— T, BERBAT - HEBNHIRS & 0HRMFEIC
£V, BEEIMEREORRE A% CBINL (y—-E—-TIL-ITX-7Y) EEFOEEEFERL.
ZDOHREANZALD—iH%a YT AZRAWEZERTHOAICLE L/, T HIC, EF4 CBLNL &=xF%
XU ABAICHTT 52 LT, ZDERDVBINICKE I NS Z b LT,

CBLN1 &, Bt D% < [ F TR O - MFFICEL2EE LR v /X ETT,
WMRIIL—TE, PRI o EELEHLAAZ T EERRICBVT, CBINI EEFOMmADIE—I(C
TENGFET DI EZRELE L,

BECTRODSIERZEALLET VYV AR LB LI 25, BE ERRIC/INDERE®
FTRADI - WREEELNEL, EBRACEDFERELZROoNE L, — A, T TICERERT
Bk~ 7 R, EE7% CBLN1 BEFE VA LAR Z—Z2AWTHRT 5 &, VT TREELEEHEAE
NELLHEL, TOMRIIRBEMHIFINE LT,

RIFRLEIL, BIRENNETEOREMRIPALED D & & HI2, FRABEEOBRRIC ORI IEER
EENVICEZ D EHFINET,

ARIETY T PEMHR LY Z—BL 0N 74 L2 TREY VT 4 TIREECEBRERFR L
LCEBIN, ZORRIZ2026 F9 828 (BAKMI A 3 H) ICEKRFEES [Molecular
Therapy] ([CHB#EH I * L7




RELEASE

HREDER

BRI 13, NN OBEAER T I & > CESAFCESFBEE 44 BUEREETT,
RE T/ LB OESICE Y, MNENEABEORREGTFIARL ER/EINTLETH, RETD
FERREOEFNIEEZLLBFEL. REZDHLDAERET 2 EEFIEILIINTULELTA,

—7. MAROERMIEE O C [V 72 0REHN, SFIEFREREREOREICEDL S Z EHHL
MO TWET, BELIEIINE T, VT TREZXRDPEBHOX VXV EZRELTCEELID. 20
—2TH 5 CBLNI* |3, /Nl oomIn, > F 7 XDOFK - #FICE<1I=—o%
DY FTAEREFE L TEEINTWET, ERIC, CBLN1 EEF2R<EEY T XTI,
BERYVSTTARKESZCESRANELET, L L, CBLNLI OEENERICE b D/NHEE%
BIZRITON, EHIT, FERICIESR CBLN1 ZMNICHE D 2 & T, ZDEREHRETET 200 E
hh->TWEHATLT,

MROAR

MR-, A REBH O EEBRFEOENEZRL, T DK, BEBARACHITEEZEL/Z2D
DRRZEWEFTLE L, $5&. BFD MRI BTk, MNXOEFEIBOOoNE L (K1),
T, BEFRTOER, TN ZNORELS CBLNL BT NELDS IRtV AZRE (A63P L
Y112C) ™ ZzREL £ L7z BEEVWINHEREZWMHRADL 1 aE—FOF LT E LT,

RIS, INHLDEEAN CBLNL R VRV BICED LS BEELZEZ DD ZANE LTz, ZTORERE.
ZEA CBLNL FMEATERBICHKR - EXxINT, fiEANZEAEDMBINGT W EADMY £
L7 (M1), Z0z8, > F T RAERICHER CBLNL A F 7 RIEI AR ARD T LD, TRED
RIEICOBRADBEEZONE T,

2N : TR EH

ZRAICBLN1

N - ol @db
1)\ SRFRAE ", Lj(

T SipEhizL
BE e

x5E | B )

9

-3

1. BEE/DREAFESEICERONS/PRER T TRARE - EEHEEES



RELEASE

IHIC, BETROD ST YI2CEREBALLET ANV REZFERLBTLIZEZA, 2D
NURTIE, Y FTRITHEET S CBLNL ARITEER L. MDD >+ 7R EREENEE SN
F L7, £oo ZNICHV ERLEFRBICMZ. MNUKREFNLESHZELE LI EESNELL
(E2),

ZITHRIN—=TIE, TTICERZZEL TVARIETTRATH, EBHRCBLNL 2> 2 & T
HEEAZRETZ20TREVAEEZE L2, ERE CBLNL 2B T 257 7 /M7 1 )L X (AAV)
RRZ=TOZER L, VFTREZHGT A MAY A ¥ A5 CBLN]1 ZEGEHICHOMIE 5 H %%
FAFELELE, 20 AAV 2BEOEETVRICEHERELI-EZA, TA MOV A FTELNT
CBLNLI AVIIM> F 7R ETHEIET 2 Z LR INE LTz, TORBR. EEIN TV F7X
DEELFEREEFENEEL, S5IC, STEECEHZELREOTHEFIHELE L (K2),

RKRETIVRUR AFEMAT..
ZREICBLN1 .
SR cBLNg A (.
sgEnsn M o
™ vFrIz 29 72 kOt
®E VF7AEE!
s
) AAVIZEB TR O A FAD
CBLN1E:FHT ”\
PEE (%K:R) E BN EE 18 !

H2. IFEETILIIAAD CBLNT BEEFHIEICLEI VT TRAB IV EEMEEEE

FRAEERDPHBICERDHE (KARBRROER)

AEFE TIE, CBLNLI BERFEEN L b OEBERUEINNHEAFAEEZSI TR T 2R THH THL IS
LE L7, £ ERERITHMAY T RICESTH CBLNL 2% 52T, BEINLYF T RAPES
BWEENEIET D2 e A2 RLE L, INHLOREIF, CBLNL BEFEEIC & 2B EM/NINKTE DFAE
BRI HEEHIT, FMTRREEZEZA D LTEERMRBERY £,

TN —TIEINnFEF T, CBIN1 ORFEZXCERT T XOMAIC, BE L7 CBLNL 2> /X0 E%
BEZRETHET, EELEFLAFANBMNICHET A LZRELTLWELE, LAL. ZORIT



RELEASE

—BFRTHY  KRELEX VR IBIDBEINDK]1 0 B&ICIE. BOERDPENE L7z, I L.
SEIOHETIE, VTANARNTZ—2FWTEER CBINlI ERFE2EAT A LICLY, 1ROFET
ENAUEICHI-> CRIEMENHTFIND L 2R L E Lz, ZOERIE. CBLNL ZHEMNICHET
T HELFEEDN. NERBICHT 2 0EHE E L2 EZRTHD T,

— A, BERUENKEFEICIEZ CBLNL UANCHZCORRABRFHIEFEEL, BELRERMBEINT
WARWERICIE, S OICKMOBRETTFAIGFET S EEZoNET, £/, BEREBIEERFCZD
BEHLNELNL BRIV ELZ2EEADLRL DO, TNETNORACHEICIG LB EZRETL T
W ZENEETYT, AT, SERSINIAESNRIET VA ZBW-RIRKERBOFETHY . £ b~AD
BRERISHICIE, TANLRRI Z—DEREFEPREE, BUILEESE, AERIE. MROFHEER L.
ZDFEI RSN TWET, S, N DFREI V’JL\’C@E RN EZERDILELNH Y £T D AR
R, BTN KAEORRE S FEDERE S HICED DL L EBHIC, TNTNOFEICIE L FHAR
BEEORREICORND I ENEFINET,

FRE
K% FRiE [t 4

gy A0 BEEBARY MRIEF) / EREZAFE (RHE) Bh#
#I FERKRF Bz
Mo ElE BRERZR KT Rt &
I BF EERART SHlL A=
=2 Tt AMKF THIERER
WH EF EEERARF I EHIR
=ER AZE BEEBRY (MRIHE) RFRE
Mohamed S. Abdel-Hamid TP MENARE X — MREER
Maha S. Zaki TP NEULARE X — Bz
Joseph Gleeson DY 7HNVZTREY YT 4 TIK BE
MR R EERKRF Bz

WX IER

3% L 4 - AAV-mediated CBLN1 replacement rescues hereditary ataxia caused by biallelic CBLNI

variants.
Mt =5 Molecular Therapy
% # 4% : Tokiwa Yamasaki*, Wataru Kakegawa* (*#[R%582 %), Ayumi Hayashi, Naoko Ogawa,
Tetsuya Takano, Keiko Matsuda, Kumi Takatsuto, Mohamed S. Abdel-Hamid, Maha S. Zaki, Joseph
Gleeson, Michisuke Yuzaki
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