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2.1.5 BIETIHRE (in vivo BIETIHHE ex vivo BIE F1HH)

(1) HARAERBEDER

BIEFEANY Y —REZRVWORERREGFeEARICKRES UREDREZ BIETERRIM (/in vivo
BLFRR). 8L BRFRELECEIDGREREZESLHBRZERRNICKRS URBOHE - 118
=BEITERRIM (ex vivoBInFBK) ZAXERETIFIEY,

(2) ¥=—9—F
BIEFRE. CART, TCR-T. Nuy— &#ilifi3. RZMIE. 7/ LRE. 7/ LEE. BEL/I\NTEIT.
in vivo CAR-T.

(3) HERARFHOHE
(FREBEDTER)

BIFBRE (nvivolex vivo) 13, BAFEECHAERL IRANICERZIAVETNDREETH S,
E>T, BOFEEPHAEE TR 7TA—FHE#THIRBICH L, BENRBRREERNELRT
VIVINEBRT R, SHIC. WERERICELEEST, RARELRBEIDZHEUENHD. NHLDEREIM
ELTERAATREWERZEO TS, FIC. 2010 FREF¥. RAIDBRELLBUERECEVBER
REFRIELHBICLLEFAN L BB LIIED D, BN - EER - VCREICKDMERKKREHI HRH
TRIEKL, MRBAEFREINHIEL TN,

LAl BERIANMEE BTHA~KEA) THEdH, S BEVERENEBERIRIILEALT
WUEE, EZNAENSDLZE2MCPEMNEICNATHENE R ORFELEO TR L. ERRERIE
DFEMEZERLU TV ZELRELRETH S,
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(FRZRAFEOENME)

BIFERE, AACERNDEHU-BE@RICENECFEZEA - RRSEBEARNIZETFE (ex vivo
BLRFER) & BLFEANIY—zRE5 UENESR COaRAOBETTFZERXRRSESFE (hvivo
BIRFRE) ([Ca7onsd,

ERMCHT2ECFREOELZ M2 E2000F ICWE S N/X-linked severecombined
immunodeficiency (X-SCID) [Z&(15, EM#HMaENRE LB T FRRNETONS, BEEMER
MEZRIL, LAADAIILARY S —ZAWTIREBELFEEALL L TEBEFRRNICRLIZEZS, BINA
BEWRERLZEDOD, BEEZZ(ITZEN2~3FERICBAWET ) V/IREBIIRER 2 EHEL, R
BREE 7z (5B, 16I5ET) . WINDBEE. L ATAILANY Y —D%"/ L LIM domain only-2
(LMO2) BEEFITHEASIN, T1ILARIZ—D long terminal repeat (LTR) O7/OE—% —EMHEHY
ZEEFEABNITEE LI EABMBED N H—Eio7z, CORAUBBIEREZEIC, BRFRE
DRRIIEFHICASTz, 20K, COMBEZRRYT Z=0HIC. LTROBSRNEELS. BERBRICEA
SNEEWLYFIANIILARI Y —DHAVWLNE LS (22T, BERELT. VMIILARIY—DREMIFREL.
BECTEIEIFRBEGERBIONT ZEBARABRNITON TN S, ENHMEEZENE LB FaRON
KFRBELTE, EMEMEEZAVW-ex vivo BIzFRETLEHRINIZEDE LT, Strimvelis® (ADAXR
B, 2016 FERM). Zynteglo® (BHZ>EI7. 2019 FRN /2022 FKE). Libmeldy® (BFMHRE
JZRAT 14—, 2020 FFKM /2024 FKEH), Skysona® (REANEBEIBREYRANO 77—, 20214
RRM /2022 2K E) . Lyfgenia® (SRRIRIMERAE. 2023 &KE). Casgevy® (BERARMIRE/BYSEI 7.
2023 FKE /2024 FERIN) DEIFONB, EMEFHIEZR W zex vivo BIEFBRETI T —X3UBEDE
BEICHDY—XEHE<HFEL, FIZIFLISEESR Y 7Y 128, Wiscott-Aldrich fE{EE 7R & THRHEN
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L,

ZIHE, BLTRENMMERNICIEZEHIERICIE. FT/EETAILR (AAV) N5 —%FAW
in vivo BIETRE. BLOEGTFREREMIZ (CAR-TRE) RV =ex vivo BIZFAED EHEHIN
BERE, REEG, SAWEKBEEFEDBRINDEDONEREHZ L TNDEIENEITOND, AAVRT S —
(3. #RMAE. FFHERE. AR DRRMEBBEADOELFEANISEL TSN, ZNoMETIIER TR
EAEBMCEDRPBFRYT 2, AAVIZIERBEETANIILRERTHN, 7T/ VAINARGY—EDERE
FEHEANMBEWNZO, ZEEEFEBRNEVWEEZONS, AAVARY Y —(Z(ERERAENRZZEHROMEER
NHH, BHET2MIEICECTRBERBEAZENDFDIENTEETH D, AAVRYY—%FRW=/n vivo&
TFBRETLEHINZEDE LT, Luxturna® (RPE6S ZEZRBHDHL —/N\—%REENE,. 2017 F%
E /2018 F M /2023 FHA). Zolgensma® (BBEMHEMIE (SMA). 2019 FKE /2020 & RN
/20205 HA). Upstaza® (AADCXRIEE. 2022 F M ). Roctavian® (MmARBA. 2022 FE /N
/2023 FKE). Hemgenix® (MIA&®B. 2022 FKE /2023 F/IN). Elevidys (FaPzVXBEH IR
FO71—. 20244 KE). Beqvezx[KE1/Durveqtix[EX/M] (MARB. 2024 FKE. 2024 FERRIHM)
NE(FoND, 2019 FIC EHaNFzZolgensma® (3, BERERN 2EAEZBASZE TEEEEEDAN
ZD#IZEH L= Hemgenix®, Elevidys® A& (23008 RILEBA %,

AAV RY 5 —% W= /in vivo BIEFRECT7 T —A3UBOEMEICHZ Y —XEHME<LEEL. BIRILHE
RERTUHECIBERZME. LAIZBEEXROHELT, KDRBEWVEERIZETZAEEE LTORENED,

CARTIZREIND, EGLFHREREMBPER W -ex vivo BEFREGARETCEEINTWS, ZFH
RENABRICES EWS 7 7O-F(E1980 FRL LR ONBIZIEKENIH D Rosenberg Z L& LT,
BEIOELTWATHRE (TIL) Z@EATERL - BRELTURETSERE (BFREREE) OMARRAE
HEDHONTET, TIL%ﬁﬁL\T-%?ﬁaﬁ)’?iﬁliéif—?i@:ﬂﬁlﬁb“bﬂil‘oﬂ\ 2024 F2 AICHR DR B L
5% Amtagvi® ANKE TEBINIEZATH D, —7. BEVIRZSDZODELFREZRLI-TH
Az aEICAWS 7 7O0—FA 2010 F K (C AV)%L(\. ATz, RERMBHEDH. BEOMREKRETR
(CDI9MIRARE) ZRBI BDFASTHEZAENE (CAR) ZTUV/NIRIZHKIEIE S CAR-TTHD, CD19
CARTAEETZZT, BHE - #AMEAK Y Y/ \EAIKFD 70 ~90% TREEERNIELNDIEVSE
MARERENRE SN2, 2017 FLE, AU/ ALK - Bl >/ SEICKNT % CD19 CAR-T
D 4 BRHFK TERBEN (Kymriah®, Yescarta®, Breyanzi®, Tecartus®). BATHEZD55 338G
AR INT, 2021 FLURE, ZHEMEBHEICT T S2BCMA CAR-THIlEFEED 28 F (Abecma®,
Carvikty®) HWEKRTHERBIN. 2024 F(CFBEAEICNT 28 (Tecelra®) MRETERBINT .
oo FEICEVWTEERD CAR-TEENEFZEINTWVS,

CAR-TEATIE., TCR-TOWRERLEEATH D, TCR-TIE. MHCY SR IDFDRRT BRTFR%
RHTHTHIEZERE (TCR) Z2TYV/NKRICKRIELEDTHND. 2024 F8 AR A THAILESIE
WA, BRERFRZEASRA LEDHONTED ., BEDHAEICK L—EDOHRIBESNTNSE T,

BIFRE (nvivolex vivo) DBEWEMEDNEISNHER, HROEEZOBEFREN. KELEL
ZRLTWS, EBMBMHEOEGRFAREICOVWTE. BINZHROIZOYY =T LD KIS NERRFEFKA E
HOHNTWD, AAVRY Y —ZAWCEEFRERC CAR-TBRICDOWTE RY— Ry IHRL ERIL SN,
FRREBRENBILL TS, BRICEWTE 2014 FOEREREICIDBEEREHBOHATENFRI/N.
METIZAMED ICEWTCEGTRE (in vivolex vivo) 1TRY 2B RN IEN A SNAERENRL
(TEMIELTWS,

(FRX - ¥EFEm)

CRXEELPEFFT77I)—HFRIIOVWT, KENERZEEL, FENZNEZEBVDTEE TH D,
- Top1% @wXEIZDOWTE, KENMEHFRZERALTWS,
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<2021 EICHITPHEADH XL 6L TH D,
RS EGIHERE Top 10 ICHA DRI EL, BADHEE TREIBEMNEVDIFERAZED 108 (I TH 5,
2022 FEICHITBEHADOEHF 7 73 —H8DO 7411, Patent Asset IndexD> x7I1Z 8 TH B,

(4) xBEm
(FER - BifirEY o R)

RETEINZRMNWERE LT, 7/ LARERMOERICANZE(FH5N5, 2012 FIZEEZ L= CRISPR
HHDZ, ZFNS TALEN R ZBW=BETFRE (nvivolex vivo) DESERRAERNER TH D, ex vivo
BLEFRECIIARICES>HRBEBB LA (Casgevy®, CRISPREMA, EMEHMEDBCLTTAEGF
E/YOT O SRFMIERE/BYSEIT. ex vivoBIEFBE), 7/ LMRERMAERBWVWTERLE
CAR-TZRBWERKRHE (£ICHA) PEZEDHLNTED, MICEERFMIKECBY I 18
FERR. HIVERLREIZEWCEBRARABREFINREOND, /n vivo BIaTFAEDERBIELEFILIRSNAWN
EDD, 7R3NV —XELT, BEMENSVYAYALF V7304 R—V (2L CRISPR/Cas9 %5
UENEETE/vIT7IRNT2ZETREZEET 77 7O0—FHEL, MICHEREMEEZE. L —/\—
SRMEEARE, AILZFYRIVRAAINIS—ERIEE. REESILATAO—I/ILMEZ(FCHE LT E
JELREETHRKREBIEATED, BREGTD/ v 77 MNITTHEL, BERTFEEICLZHAEZEIET
V—XERHoNns,

OHOEITETTFARE (/n vivo/ex vivo) DERRBEFRIZEWT, MU TEBRKDODBEZFELTWSEDD,
JEIEDBEWENR T 7TO—FERANS, FIZIEILOKRDEASICE>TCAR-THIRZIZIL-7 & CCL19
ERPEIBTCRILTZ 7 TO—FORKBEENEDHONTVSY, REETE. CARTOEARNAIVES
hTHd [F7—THIRRICCAREZEALTHAMEZRE] "EEZLEONED. F7—THETIEALH
HETHE (Treg) ICCARZEBAL, EZIHILESETIHARAREREOND, HIZIE, BISADE
RSE ERDOREMEZIERNSD CD19 CAR Treg DIIZICEIILTWS "y RBADEFSIE. ERIPS
HXDTregtkiifg zHFE L. REARAEYIVRADGVHDZMHI T B LICHIILE, S, EHEBIE.
GVHD., BEREBEEBEADIGANPEFINTED, KERBERHICKETZEEZIOND, £ BMNK
DHFR - MELIZLSE, EEMREICERBELTIVWSYA MM VIZERNE - BERFSAREENE T 2HE
CAR-T (piggyBac#A) &£LT. GM-CSFEA (CD116/CD131#EAE) ZENETHUAY RECAR
(GMR CAR. EPHB4 CAR) HEDBAFKIEDHNTVSSY, HEFEAEEE LT, —E#EHME (scFV)
TlI<, EHNZARRIHENRUAY REBWSUAYRBCARET B IET, REHMAS. MERBRMMKE
NHEE, T2 MEDTEREDH AN H D, VIV REEREERTDZIEICEN, BEBELIS2-20D
EELEREEAS Y, GMR CAR-THIFEEICOWTIE, 2021 NS EMEERBAEEHLTHD.
EPHB4 CAR-THIREEAIC DLW CEERMEERERICEIFT-HEE DY 7)L— MEH DN TS,

BE. AREAR/|EDOSNTWDex vivo Bz FREX. BEAROTHEZBAWVDIEDNZ LA, —RIZ,
BRMREE)Y —RETIERBETIE. BECHDD DA, REDBER THEINETAFEZL, BRE
MEICKD CARTHEENRL2EEB L, ARRARLERICEDONTVWSI DD, BRBEZRELT 57
HDHET Sy M7+ —LDORAREINED, —H. RBBEA TR, IZ/N\—YILATHEREAORAELED,
BIZ(IE., CARTADGET, TUVNEROTCRZY/ LMeECHIELBERBERICEZHE. AET VN
RAEBWSZEATREIZLEASE (AZ/N—HILCAR-T) OEERRBENBE->TWSE 'Y, ZOBKREBRTIE.
KBS MEOERZECTZOICCD2MADIRS TREEDRERMREZREL. BSMHBIIREINGVELD
(ZCDS2BEFEBIELTECEVWSAENELNTWS, ARIZEWVWT(E, 2021 ENSLREBARADETFHHN.
SREBBMRREA A E T RIC glypican3 Z1ERE T 2 iPSHAZEESE ILC/NK#RBE (iCAR-ILC-N101) DEEE
BRBAEIT O T\, tRBIEOY - EWSIPSHIBICIEEAANCZVWHLABDOKREIPSHERENAVN LN
TW3 '8, RYVILNZFRDJunebld, BEARBENTCREGCFEZTMRICEAT I, REK
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TCREKVPD-112349 % CRISPR/Cas9 %/ LiR&EZ LR T #Hifdz £ Xt B BECIEIAREBEDEE
NEE5THHRARBRERBLY, 4/ LAREICBIABRTETHEIL 79—y MRED L BIREGE(S
—HERDMRLICFROONTWBD, ZDIEICKZBEBCREDBELNREEFIRE SN TR,

BE. BEAREVAILZFREDRKAEFKLIEINEHRATH2, NAMSENITIBIEL. EBMH
TIHBIELRWEEZFOHIREHEN Y ILRZRVWAONERIVE T THBEN, ZNE(TTIIHZER
FHREVAINRZEALLBFAREICHRARESINTLE S, RIAEDEZIATIE. BFRAODHAREZIRE
THEILESTHAICHTZ2EMDRERGZFEL, BEBRICHUTEMRERET LN BAIN
W3,

CEEIRZEAAOTAY I )

BKDAT 77 =%, BLORY— Py T7H, EEOMAARESZERICERTFRE (/nvivo/ex
vivo) DIfRFERZHEL. HFEHIBULLTWS,

HKETIE. PaVe-GT (Platform Vector Gene Therapy) 7AY 7 hA'NIH-NCATS ZH LI HESDH S
W3, A7AY TV b TlE 42D0FDEE (BEEDHNET  Dok7 RZE. I7—7Y Q RZLE.
BEEORBER | 7TOEAVBINE, A F)ILYOVEIE) (L. BCATUR (AAVY) ERUCEE
FETHEEL, FRREBRCCMCHEFEZEZHEBIEL, FFDALDPDENBREEARATSHI LT,
AAVEBIEZFREOMRE - BIREBINELTINESHZHAITIZENEATHD, 2024 F8ARKR T,
ADDFDVEEDSED 1 DTHATAEF VEBMEIZDWT, FDAKDHAEFBEERIEE [ODD] & &
DINERE [RPD] IEEZZITTWS, £7-. BUTEEHES (NIH. FDA). ®ERZE SBEFGLEHLNS
BY53Y—27LTHBBGTC (Bespoke Gene Therapy Consortium) [2EWTE, AAVERGTIA
BROIRICAE TR EANEDONTWD, AAVY—ITLE. ERNI,700H NILEBZZ2ESR (W
(F3Y) &IETIHT. 82DFPEERE (Yv/Ld— - TU— - hy—2R 4B, EREEEEREIR
O74—. BILFEAAMGERE. 2ERILT779—ERIBIE. NPHPS flEZ . 7OEFVEME. REE
REME, EENHE) ZNREV-BRAREZED WD, ZNOHEZEBELC T BHOENDAPRES
AtEXDREEEDHOND,

HATIZ., AMED B4 - fiREE - EFRERREMFLEIOT L] © [BEEE - ELTARED
EEAICAITT-EBRMARSEE] LEICBVWT BLFRECHTZ77VTAVIDEBINTND, F
7=« PMDAN MENREMZE T 2/n vivo B FREREBORKICEITZEESEIE - /n vivo CAR-T
DRFELRE] 22024F7BIZARLTWS,

FEY HRIEFHMBEIIRSE L LT, JST-CRDS M 7H A IV RBREZI -y hKD . BEE7OR—TIL
[T+ —flE ~B4% - HEEE - ECTPaBRO%E~] NN2020F9AXKICTIITSN. SNHLER
HERDBONEEEZONBHERBERBEARINTND 'Y,

(5) BIFRITHIZRE

EMEMREADBLEFEANERNA+D TRV D, BELFEAMBOEARICE TS EBEEUECEFE
UMENRONDERETHEVEMRIEICL, WRERBRELBRESINTWDS, FIZIE EBEGFEAN
foEMmERHIE ~ F IR D BAIEA RO SR WISHERZFEIE TIE. T2BERMRIE SN TR,
BILHICH2EDEMBRMEANDSHERLELCFEARMOEINBRFING BIZE,. FIEMACE
BLEFEAFEBLYFIAMNIARG G —13E), BoERBENRE LIEMBMRDT/ LiRES. 25
WEIMTHONTWBD, BRIKIGAZITY(CE, £ MNEMBEMEOEMERE, HWISERIBIRRITOREFEN
HFSND, 2023F. BERADWIFES(F, fEROEMNFMEDEE CIIRARESNTEMBETILTIY
EVA MHA YV ERAEDEIE TR, RODICERFRIY—EFEDLEYZHAGHEIEZE
L. £ bEMFMROEARATORRBEICKIIL TS,
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AAV RY 5 —DEBEGFRETIE. ENHEEICRERIIBERDAAVARZY—OFANLEELWH, RER
MERNTIRABREDERRBYMEE b TRT LE—H LAV EHN B R>TWS ', MERDATRE
MREEDHOINT WD, AAVARZY—DIMFRE T, PRGOEEHI’BHBELDH,. TNEBRT S
HEDEENDETHZ 'Y, AAVRIY—D2ERETE, AAVARY Y —RBEMREH. CDS Bt THEA
[CEDHEBRENZZEATONTVS ', ZDI=8. AAVRZ Y —REZBDRBERIGHELCTBAIC. —B
NARRIBRERTAA REDERES(ICENDOAY MNO—ILTIZRENDH D, AAVRIY—[FTEY—LICEICFE
L. REAEDNAICHAAENBW=OZEENTVWEEZILNTWD, MIZEIEICHEVAAV R Y —HFE
REINZ7=0. BEHKIIBET HMEBICEVWTUIBRENRIEBE L. FEICSEGCTFEAZTOIHRITNENE
BIZBRBRW, 7/ LREEAAVRI Y —DRIE1E. COMEEERT 2 L CEERRICRDEEIONS,

FEVAIIARG Y —DRERRLEDONTED, EEYV—ILOEFE LT, FRIEEMNRKDOFRSIZES
piggyBac b2V RARY V& EA LB FEARMAZE(F 5N 5, piggyBacld. 1996 F(ZFraser 512k~
TRESNTA 7Y F DT\ Trichoplusia nfEBRD S SV ARV T DSV ARV EHBRLT,
BIEFEMENESL. ERTFEHEBENAETL FSYARYT —C OB ELE (K2 EEFEMEEDIHEH
DRV EHNEHBTHS 'Y, TR, piggyBac SV ARV VEELFEAY —ILE LTEATRERL
NIVISHERS S, MEERMTE VIS Bz, piggyBac bV ARV V&ERA LT CAR-T DERRFEHE
EHONTWD, H. BMTIESleeping Beauty (SB) FS YRRV Y EFRLUI CAR-TDRRKRFEFHD
Bond, NIVRARYVUNDEEDELGTFEANY—ILELT, BYVFITAILRAEKRBIZHRERLULIZZATIL
ARNAFZMDEFE - WAEESHONT WD,

CAR-TIRETIE. A5 =7y FEHEDERE - B, BEI’AENRET DERIFEENDZEEEZDZOH.
BARFICEEMNREICK D BZIMHINREZER - BT I2H0EEH D, BEICHDERED CAR-THEDH
BERERFBETHD, BEERICTHENMEELTCLES EMEBNEINRC S0, KEEETOOLE
EDCAR-TAZEET HRMEFEINKDSLND, CAR-TOBRBEEZENE L TEEREDIERRTIIESNTS
n. FIRENMEOERRERETHS, CARTIFRAE LTRRRENMREDHEIZENE T SHIRNHZH.
—ERDERERSIEMHCEMBERAMRERTF REEHEZRH T 5 TCREMTIAEZ AW CAR-TORERKZE
HTND,

AZN—=HILEIC K B RBE TR AR Y —REB AL T2 8N TENIL, ex vivo BIzTRET
B ORERGFERERETDHENTES, ESHIERIPSHELEDS®MEEN—ELTTHEREDR
B EERT 2 ARENINEL TS, FIZILCAR-TZIPSHENSIESRT D E WS R Memorial
Sloan Kettering Hospital® Sadelain & Fate Therapeutics #A%MHTW52%, 5 —TH#ifE. CAR
BEIEFEANK - THifE, HWETCREGFEAFI—THROBEICOWTE, RRKODAAR, &F. B
KERDRESICEPAEBRENRONS DD, ESHIFELIPSHIEZ ex vivo B FAREN)Y—ZELT
W3R, 2Z/\—H)L{LICDWTIZESHifE. iPSHIRRDEE THLABIGTFAERARIEZ7 7O—FHE
BOTIN—TICE>TEDHONTWD, ZD1DTHS Universal Cellstt(F. 2018F 2 BICT7 AT FR*EIC
100 A TEN SN, BIEMBEOHLARXRASE L, LYEIY RONKHEICKEINTULES A,
AEHLA-EXBREIFRREESE TNKHBBICEAWELAEE TS E VWS EIKREE>TWVWSE ), =721,
NK#ISIC L2 EAEET B(CIFHLA-CAREEDRELH N2, FLHLAZRASE S BN RS
UT=BFICRBRICEDHERMNMEZ ORI REDBZEH D, T /N\—HILMMRRIFIRNICITEEZLMNE
DFIRBEZEZONZH, BRINEREIZ VN, REZFNIEREHCHEE, BEUMBICRRENE
Co-RORMEDHENEE LK 5,

T/ LREICOVWTIE, BRITEREE (A7 -7 v b REZRIDFIRIEH) CEEEHLOFEE (EX
BB LUZ<OEEFRHFAKXENEE) RENKREWVWED, ZNOICHIGULI-HAERERMRENEDHSNT
W3,

A
1
M
- X
ey
&
it
e
7
7

b=

&

CRDS-FY2024-FR-05 CRDS ENHFERIRE AR 2 RMIRELE HRBEREREY 5 — 165



MEEEDMRIREE | A7 A TV - IRESRSE (20244F)

(6) ZDftDRE

ME, Ree EREINBDELTHRE (nvivolex vivo) 13, BT AA~BEREWVWSSELBEIR N
BY3, FREMIC. BT RE (n vivolex vivo) DRIEWEREDRFEERD10HI2(1E, BRITKERIC
FBZARNDER. BLUPCERZMELTOREMNE - BHEICMATREEOBRSAEEOFMIC LS. E
BERESEORRAREL O HSEEICAITIRENBEEEZ OND,

HHETIE, BRFREICHTIMRENKE L UTREICDRWRENREIChIZ>TRWoX
ROMREEN DR, AMOEREERDEEDZFEETH S,

BILEFREONKRESRIL. BEENEBICOARVNIEEE WV, BATIIEYRXRAETILHNIEIZLTEST
TEOEDEANEATWEN, FIZET7SV RO GENETHON#Y, 417 UT7DOTIGET#HEEDLSIZ,
REERICKDZ77VT4 V7T, RENENDHVEBEOEGRFARZBEBMICIMEL TV S At
[FHERICEWTESEERDS %,

(7) EFRER

A
@ E - hiz 7r—RX TR | FLVR ZEORR. FHEDIRICSEICLI-IRILAE
- X CBERIOV Y NTCEGFRE (in vivolex vivo) DEDIREREFED
f\g\ HpT o N BIEAEDONTED, REREBSHEEBOILKEEAFIND,
W - EEICBERRE LT/ AREFMICOWT, HARICENETY —
% PRI,
B
z 23 SBEFBE (n vivolex vivo) DEFREBINEDSNTUSA, Bk
15 BECHRERLDEN,
SRR -BR | O Vd CERIOVIVNGEGFRE (n vivolex vivo) HBOIREFHFED
BIEAEDNTED. TNHSIEHEIAE - BREEELLTZEEZILN
%)0

- BIEFRE (/n vivolex vivo) (ZB8S 2SI FR0DONSDERE
ERFR O A HEHEE,
- KEEGCTHREARESFMES DS INE (T,

KE
- BETFRE (n vivolex vivo) OERFERFEEBEIERICEDSNTEN.
IGEWE - BE% | O A LEHICES R REEHEE,

- AAV R 5 — =AW B FRED R AN REERZINE,

ERETE ©) 7 -3 A RREEROICERMENBEEICHEE,

EMBEHRROEGF AR TENRREEZEIT TN,

ERA SEWE - H% | O P - ZETIZ Cell and Gene Therapy Catapult (20184 ~) [ZHWT,
BAE - fiREER. SCFRROEFEEOR(L. HRFREICEITE

BEFEREINEDONT NS,

SRR 0| o | EnEHREERORSSEMLTNS.

] 5 e ) —
o - CAR-TZ(3UoE LUTEIZTFIBRE (in vivolex vivo) DERRFERDNE
R -mRE | O | /7 EITEDONTED. LB e EREES 5.
R Al S

e
SEWE-BER | A | -
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(1) 7z—X

EREAR 1 K2 - BiffeE TOERIFRDEE

GRS - F% © RiBE (YO A TORKEET) O#HH
(2) BR XARORREEECUIFHETI3AR<, CRDS ORE - REEICK S

O : FHICHEELES - RENRATWD O : BEWES - REHNRATWVDS

A EEEIREE - EREIFTRA TV X UREIREED - HERNMRZITLAEN
(3) bLYR XTI~ 2FOMRBAEKEDEL

70 ERER. - R, N TRER

BE S % fth DA F0FA FE SR
- FlleR (BEER) (517 - BREZDH 2.1.4)

SEHR
1) M. P. Cicalese et al., “Update on the safety and efficacy of retroviral gene therapy for
immunodeficiency due to adenosine deaminase deficiency”, Blood 128, no. 1 (2016): 45-54.
doi: 10.1182/blood-2016-01-688226
2) A. Aiuti et al., “Lentiviral hematopoietic stem cell gene therapy in patients with Wiskott-
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