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R THEROARE N ETAHEAIHD TV D, FFIZ, F
A FPuEZ R (CAR: chimeric antigen receptor) -T i
% (CAR-T Mifa##il) OEIRMEIERILL D, F
72, AAVRT 5 — % FIC 7B FEE T H Bk % &
WMEINTETYL, BAZRAEHN (LiaY 4 VAR
=l L MR T EATHAZRZZE L L2HIMBE O
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L., B4 RIEORKHABRSIEE o Tnd. 2oL ITE
ETIHBEO LMD S REFBVTHRELTETEY,
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2000 4F 12 X 3 5 HE 92 A 4 (X-SCID: X-linked
severe combined immuno-deficiency) TlEFCHI Tl
A ER T HE M THE AR E N7ehs, 2~3 4T
WA L FIMIRAFEA L, RT3 A RITh 2 l7EH
THolzlz, BIETIHRROBERIIZEE LIZS SE L7z,
LL, BRENLLVIPEIA VAR Y —E b I L
&0, AMBEREAL LS 2D, HORRRTREIE G
Wiz ¥, 7T/ YT 7 35 —+E (ADA: adenosine
deaminase) KRIEIZHF L Ti&, 2016 4E1Z Strimvelis 25Fk
MCREI Nz T, BEkEHHEOTHNL Y F 74
NWARY Z—%ffH 2 E128Y, BIEHEI A b7 4 —
(ALD: adrenoleukodystrophy) RELPEFIVEH T A b7 4 —
(MLD: metachromatic leukodystrophy) @ X 9 7 HOARFHIHRE
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AAV N7 4 —%& W8I FAE

77/ e £ VA (AAV: adeno-associated virus) &Ik
WEYEY A VA THY, AAV T & — 1 ZZEWEMFE .
PEAINE - HEEHEE - AR - I 2 & D IEST RN 25
RAfeE LTHEHLTBY, 20X Ml cidEz 15838
HEMIM (GEOHAL) Fiktd 5.

AAV X7 ¥ —BIETIHRBE LTIX, VRS Y87 7Y
28— B RIEIZH LT Glybera A% 2012 SEIZFRM THID THK
HEN, BOEMPTVZZELHD, ZLLORENZD
SEICB AT BB E 7572, Glybera 13 2017 TR T &
o723, R4 12 HICiE L — "= R RME I LT
Luxturna AVKE FDA THRA S N7z, F72, FHiTER 24
JEWZRT LT, Zolgensma %2019 4F 5 A2 FDA KGR S 17z
COEHIE, A 23 THHEVW) ZETHHRZG
W7z, REEMIZESNTEMAHIIOVWTS, KRBT
W RWHERASMTETBY, KR EWwE b s,
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IRIFZE % 2007 AEICBHAR L, R 2B E RIFT& T
Wb, ZOEMTIE, L-DOPA % F/83 VICEHRT 505 F
BT 3 W% (AADC: aromatic amino acid decar-
boxylase) DEfnT L7z AAV-AADC X7 ¥ —% ]
WBAS, [{ LAY Y — 3B Z A TH 5 AADC KR
IEDBAR TR THHERIEATR SN TN S,

ZFOM, AAV X2 Z —Z invivo 7/ LAFRERETHL Y
J LY — VR HREE T OB~ OREICHW 5
THBY, BICEHEARRBRLIEE > T0ab.
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AT B8 L E{EFREE L LT, CAR-T Mg
EAHE BT S, BAARIIZIE, B E %2 05AMT
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T MRS BRRRERD CD3CHHE DF 2 T 50T 2 R— R,
CD28 X 4-1BB = E ORI Y 7 F VigtEa =y b2 & 5
ICHLAE D 2 It CAR 25 EICHWHLNT WD,

% - Wntkoa ) v oxERImR (ALL) 3L,
CD19 Huit (B Alfa s bhili) %723 % CAR 2 v %
ER SR (CD19-CAR-T fifufE:) 2FEEh, 70%~
90% DTEATLIFR L V) B R EBHPFMRPHE ST
%. Z® CDI19-CAR-T Mgk, 2017 SEICTESE - HER
o ALL &MY 23 icx L CTKE FDA THRE S
(M #N1 Kymriah & Yescarta), 2018 412133 — 1 v /¥
T, 512201943 FICI3EAETH ARSI N, AL,
RIS CIEEREIZR L THETE 2 b 0TIE%R <,

EORLYURDVUETH L. FFIZ, CAR-THIEIARHNTER
MR L W2 LA REE 225 TB Y, CAR Ok L
DYRIFIEENTWD. T2, PEZ AT —75 LIEL
ERRDONDL 720, TOMNEDLLETH 5.
ZOMOWIEHRE L LTiE, CDI19 HiE DA ORER) 5T
DOEFR RO L L TIL MG HE D& O BCMA-
CAR-T BB CHWHBE S S Cwb), [ TH
faz vz = 8—H )b CAR-T ML ORI (77 4
MR 2 T B), A AT BB AEEORIE R &
BT LN,
CAR-THINBHEIIE T 5 721300 TH Y, T4 0
MZHZ TVDH, CDI9-CAR-T MIFLEEFHEZ B2 5
BEMEEZRLAZZEDS, KRPREAERRYF ¥ —14
EVBoTIORWIBAT L LI >TwS, fHL
O BIHRFEIMO CTHRBEERE 2D E0 0, EiF
FEHEOBD SO b UEE Lo TWD.
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