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Others 63 2.2

e .

(3) & BT A A Rt 4k 7

H S X LB T %, FDA %] 2017 - A kA% —AN.
R B I7 R AT K e PR R R 32 2 A B R AT E
ek, RIJRM. HEANE, ABeunF LRI ENEE. B
AR A RS TR ( BREA T T ERAEN ), —
MRRERK, H—MEERERSE

A g5 Hk

FRAMREETRE. BREXANREETECER S,

KT AR AR s AR A, B R ERES.

BEMAXRE—ALTFEHA



KRy E: FEER, ¥FEF 201943 A 18 A @ 2048 127K
ZhiVin Capital

BAmpLs . ARF AT R . RIURME . AREART
IS AL

F—FFRERETANRERMEXFEE (AAV), CEETIE
BOARE, ARTFEERGERA, RIS FELRBFAR
KoM R E . FAS AAV T EA —ANEE AR, el
AAragsemtt: BWAFRUERIT HILH RN LR F T
R, R F A 95 F2 R F) A8 4R PA R Rl B 35 Aok, K805
FRR T T AR AL IR P Y F R . Rl A, SR BT 2
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W 2 B SkT4 5] B FEETR 2 35 7000 AF, X bR AF K A=A

B, ) EE AR B ST A ALTE TR T R B R IR AT . NI S . E] A
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( Onpattro ) 4 #l , J7 2% Aa g 23 Y& 77 @ , Onpattro tb Tegsedi
#F M —% . 18 Onpattro 15 % Z&H = A #HEHN—Kk. BH
K% SiIRNA J7 i T fe EARTF ASOs 7 i, & T SR R

— R MR AR B AR B R

> XRFTERETRIES P AKB?

B AR % 3L BT B4 A 0 R AAV g5 & 81k, (8K R fkik—
IR ARG, e E B A X RIS AL A B AAVS ik
B G987 0 BLL T B 3k 50%. AT RE XA K AAV, X—
AR F 15, rbdr AAVL A AAV2 B %98 77 71 6k 8 ILAE 70%
HIABEY o AR 2L X ERAATRE R, TR B EF

#7 3E I & AR R?

> ATEE A fE B 2 SR LR AR R R ?

B8 GalNAc #4&7 UARAFA#em AFAELA LR, 1237 LNP
RUE S R T A R e m A, dede ) AT RALAY ApoE 4R 3
B BRI AE . KRR T2t 0k ek R R$ew , mof &5 A B
thde e . FFAESL 8 32 220 F Ao T & 4F siRNA. mRNA. Z DNA
HIAE R 0 A AL B B 2 iRl BOR . 4 AR KA B Wi R AR 4R

SR ik B R B E N RAER
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1. TR THER, F 2017 FFE KRBT . Strimvelis #
W82 70 77 Xor, 2016 45 A LG R Ed 24, MR
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ETEER, K RIT R EAL T — /MR AR B,
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