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2.1.6 HillgiaHE (CARTER) - Binihk

(1) ARERBROER

BLETFEARY Y- EZAVWTCAEREGFEEALEGHREREDRAZBIETEREMN (&ET
BE). BLU, BLETFREREICKDAEEEZERLEREZAVTERROHIE - \R8% Bi5§ ERRIM
(MfEER) ZARETIFIET,

AETHRRNZECFAE. MRER (BEERMUN) &b, ERNGBRWRERTIEFANIZHET
EBL. SBEATBOEBRNFEING D, HEPRTHEREREINRIEL TS,

mE. 12.1.5 BEERER - B#MRE] (CEWT, BHESN\IFYTUTIL, BLUZNOHZAVTEE
IND3IRTTHER - BRALEAR - BRESHMUABEL, BEEBERETEERRMBAREICOVWTGERS,
Ffe. 1244 7/ LRE - TS/ LRE] OEIZBWT, AEBOF—7T7/A3—-D12THB 4/ L
RE] (oW THkiNB,

(2) #—7—F
BrTAE. CAR-T. TCR-T. HBEERE. N/y—, @#iifd. &&FMiE. ¥/ LRE. 7/ LEE. &
L /NN

(3) HARAERBDOHRE

[ARBDEE]
BLFEARSSCHRERIS. RAIOED FEEPHAERL IREANICERZIVESINDBERETH
%o M-T, BAFERCPARERTE77O—FHARETH>IRBICH LT, BHNAREALRNE
BRTVIPILVERT S, EHIC. WEREICELEEST, RAREELRRTIARMLHN. CNHLDE

BRI LTRESWERBZEH TV D, FIZ. 2010FERBRFEICAD, EANSEFIRERALRBLSN
AN BB LI e D, EBICIIMERAERENBILRLTINDEZATH S,

FEENEREBEOSRZHER I 29T ZENLERELVTERMYIZHEEIEN, EEZNAEILOORE
HEPEZEICINZAT. HENBERDPODRELZV VT THEERTRRETH S,

[FRFERAFEDENHE ]

BRFREF. AACIRNELEZBEOMBICENETFZEA - KEIEBEEANICRTFE (ex
Vivo BIGTRE) &, BETEARIY—DLBBRE(CL>TENESRICEVWENERTFAEERESE
5F% (invivoBIGTFRE) ICHlTHN%,

BERFARABEORADDEINAIE. 2000F 2R E S N/=X-SCID (X-linked severe combined
immunodeficiency) 126172, EMEMEEZNRE LLEGTFRECHD, B amEMmpaaxRmL, L
FODAIARY S —ZFAWTREBEGRFEZEAL, BECENHMEBEEZ LA, BINGHRERLE
M. RBEEZIITEN2~3FRICAMT YV /BKEHMEER42 EHREL. REGHBEEG -7 (56194,
18I TE) s WENDIZES. LENOAVAILARG Y =D/ LHLMO2 (LIM domain only-2) &&FIC
BASN, TMILARGZ—DLTR (long terminal repeat) O7OE—% —FUEHNUKEGTEABNIC
SEMHAELEIEAHMBEDO N H—Eliotz, CORZBEIERZREIC. BE-FREDORAKIEFHIC
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CIHE. ERTRENSMMERNISIEAEHTWSERICE. SNBMEOEGTREICMAT. 77/
BEETAILR (AAV) RO —ZAW-ELFREDOBRKRRBROBINEFANERNTEHZLTND I LS
(Fond, AAVRYY—(E, BEEERSICLHEMEE. AR, Sl oRRMMEADEETE
AICHELTED, ZNOMETIREGFRENFRMICOHI>TRPABICHRY 5, AAVRI Y —(L3ERR
HOAILAEERTHN. 7T/ IMIILART G —ENEREBEREDNDIEW=H, BE2EICEEND, AAVRY
5 —IZIZERERED BRI EROMBRAH D, EWMRICKEC TRBELAEZENDTEIENTRETH
%, BERMEANBONTVBRRERELT, L—N—%KHEEREY, 047037 (BEIREEZT R
£)9 K—FVVUm AADCREBE". mMAKBY Y, MAKA™Y, BHUEHEME (Spinal
Muscular Atrophy:SMA) ™ LPLRIBE "2 R HE(FBN S, 2017 EICRPESS ZRERHZHL —/\—
FRMEENEICTT D AAVRTY—H LUXTURNA® L LTKBREERF (FDA) THEEINT, 2019
FIZIFSMAIZXIT % ZolgensmaH' FDA TERBEN, BVWVEEDHEREY, 2EAZBAZSREIR LS
KREGEEEE L ST,

BILEFRREOERRLEICHDELEADMIWAREN, BLTFRERLEICKDAEKEZERLEEE
BHWTREDHIE - RBEEBIETERZMN T, AETHHREERLESN, ZOFTER/FITEESINTWSA
MED, ECHAMBIICK L. MEGEEMET )Y/ EROFEEZ ATINSRIEUVAEENREZREBIELSET
2EDTHD, THIRENABREICESEWVWSEZAITELDLH D, 1980FRHNDHKENIHDRosenberg
SIZE->T, BEICEHELTWATHAE (TIL) ZHRATEEL - BELTURETDHE (BFRERSE)
BEDEDHONTE =, TILZAWEFRAREARIRLALEBHMASON., RETIIHEBEAT/ —YDE
HEOAENRMERTE L. BREORBRELBONIMEERRIZEZE>TVAWY, —H EE, BF
DTHROEGFEZRET H_ET. RENICEWVABRMRNMEOND LS (CH o7z, BRFFERTIEREC2D
DAEELRHD. OFEOHIRKRENER (CD1IRRELE) ZRHIT2FASHEREE (CAR) 2TV
INERICRIREE 2 CARTHIFBER, QMHCY SR IDFORRT 27 F R2BH T 2 THIRZEMAE(TCR)
ZO—ZVFLTUV/NEKICKIBIES TCR-THllEER CTH D, CD19 CAR-THlEERIS. B - #Aa1k
any v/ EAMKBED 70 ~ 90% TRE2EBRAEONE VWS EENAABEREN N RESNL Y, 2017
. CD19 CAR-THfEEED 2 AN FDA (AR IN (B /MR MKIZNT 2 Kymriah® . il
VINEEIZXE B Yescarta®), HARICEWTE 2019 E(121 #HAEGE SN (Kymriah®), TCR-T#HEFEERE(L.
BREEFIIEZEONBRWD, BRERARNDIRLEEDONTED, BHEDHAEICH L—EDHRIERS
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B b, BEFAECHEBER (BEEEMN) (20T 8VEMMDIRIFSNER, TROEER (8
EBRE - XNUFv—) BIUOBETHTITH., INOABFICHULTKREARLERLTIWS, EEHED
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HERAWZERFBERC CARTHEEICOVWTIE, FIRAYFr—RBENRLEFRILIN, BAREBRENBELT
W3, EJRRELVTRIZLPTWVWEDICOWTIE, KEICEWTHRICMELTWS, 20184F1AICIF
Celgene #t W' CAR-TEEDHFE ZESH TET=Juno Therapeuticstt% 1 JKFATEN L=, HARICEWTE
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5(2&25/ MRERBEORENEMLTWS, YIREBETILTIE, Duchenne BEH YR O T4 —19,
A% B? REICEVWTHRENHSN, KSangamotHFAILHEE2 RIS L, ZFNEZHEHLIZAAVA
09— E5I12827/ LMRERBOERKBEREEHEFTH S,

MIEEROEFE LT, FIZIFHIVEEDY Y/ SBEIRNE LT CCRS BEFES/ LRETHRELESE
FRIZRTZET, HIVIAILRBDRD LY v/SBROENMA RO SNI-BFA RSN S, CARTHIFIE
BOBRRKICRVWT, BRIIFKICENEES>TVWEH, BAIKDBWEENLR Y TO—FERONS, HIX
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HHNTNB 2, CARTHEEIRESTEEC [F5—THEICCARZEALTHAAMIBEZRET S
EWSTVES RN TEHAINTVWD, —7, HIEAETHRICCARZEAL, REENFHILES ETHAEL
MESTWD, FIAIE. YIRICEMDOREEBIETZETILT. HLAYEZBW: CAR ZFKIB S B 141
HTHEEAERENET2EVWSERNAREINTVNSE D), S%, FHEBIE. GVHD, BCREBEREREAN
DISEANBHEINTED., KERERICKBTEEEIONS, £, BIR (EMKE) SIC&3. EEH
FICEHRFELTWST A M UREE - BERFRARZENET ST CAR-T (piggyBacF|A., #ik)
LT, GM-CSFZAHK (CD116/CD131EER) ZEMNET S AV REICAR (GMR CAR) REDH
FEAEDHONTWE Y, MRESEHRE LT, —FABHE (scFV) Tland, ENSIREICBHENR YA
VREBWRUAYRBCARETZZET, REHES. HEENMEIEE., T2t Meh TaEREDFIR
&3, UHVRBCARTIE, EHEIVAY REN UENZEREPENAZBEADY T FIUEED T LN
HBREENZTZSH. WV PILRE ARV ERART 2 RERIC K 25HIENEDH AN T WS,

R, MERMEN MEDONTWIMIRERZ. BEREOTHEEZAVREDHNEL, AR NCEOEN
SEIEAKREN, I, MRBEATRER, 2-N\—HLATHEAFIOBERIED SN TS, FIZ (3.
CAR-TADBHET, TUV/EROTCRZY/ LRETHIBELBERBERSEZKBE. AETY v/ EREAW
BZCeEABEICLEAE (AZN—YILCART) OERREBIBE->TNSE, ZOBRKARTE. &5
FOERESCTOICCDRAKDERETEENRERMEEREL. REMEEIRESINEVESI(C
CDOS2BEFEBIELTELEWSI HEANEDLNTWS, £ RYVILNZTRED June 5D IL—FI3.
EENREENTCREGCFZ THMIICEATBEEIC. REMTCRERUPD-1I2343 % CRISPR/Cas9 4"/ I
REEMMUMADTHREEZZRESHECEPREDREAEIIIE 1 BERABROBEREZRITR
ELTWE2, 4 NREICHIIZBREETHEA 75 —4 Y MREDLBIREEE Z—HMOMIZROH 5N
TWBH, ZDZEIZEBESIALDELHREEIIBEEINTVAYL, BRTE, HH (REX) A T
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FEMEARRE ~ FhER R OB MH RO OB WVIRERZFBIETIE, +ORBERMREIELNTLRL,
BILHICHZ2EDEMBHEADSHRLECFEARMOBEINBEEFEING FIZE. FELEMBEICL
BEEFEATERLYFIMIIANG Y —EBWEF LY IRY), BioERBENRE LEmBMED
g LREIR. ERTFENMTHONTWSA, BERGBEETS 2. b NEMBMBEOEMEEE, S (IE
MR DR RN F N5,

AAV RIS —DEEFRETIE, ENHEEICEELIERDAAVRY Y —OFANEELVD, SEL
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MELEDO>NTND, £foo AAVRI Y —DMHRETE, PHRGOEEI BEE RS0, FNER
R B2TEDHEENDETH B3, AAVRIY—D2ERETIE, AAVRY Y —Rmpan. CD8 BT
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EZ N5,
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&% piggyBac hS VRNV VEFRUICEIZFEARMNZEF>NS, PiggyBacld., 1996 4F(CFraser
(LK TRESINTA S 7Y F o7/ Trichoplusia niERDr SV ARV VT, DSV ARV Y &R
LT, BEFERUEN S BLTFERHABTENKEL M YRRY —COBRELICKDEGFEMED
MEIN DN EAEMTH B2 3, hiRS(E, piggyBac SV RRY Y%, BEFEAY—ILELTE
FARBEAL NSRS S, MEERMTE VRIS Y, piggyBac bV RARY VAERA LT CAR-T DR
FRERKLEDHONTWND, fIZE, EBEDEGTFEANY-ILOBERILIE. EVF1IILAEKIBICHEL
foo ATILARNAKI DS - BRAHEDONTNS,

CAR-TREETIE, on target EMERELHBL L2780, BIETIRMEARNBETHD, =, EF
NABE, BEREZTALTVWSIGERIE. EEANOZEENBETH S EHICEREHINREICEK S EEIE]
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CaI e mnn, REREZE T AERERIM,. MIENERN. HRAREORELHETHD, EHNE
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*L635),36)0
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