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(RGBT ORRD I v v a ik, #HRMEO/NRBEMEERICH T 5 BE FEROMNL T
b%, WFEOWMRY —7 P =R EIC L DBUBFHIEOERICHES T, T HDORBIZEIT S
JF RS 7 DR ESCIRRE DM A —KUIR LT\ 5, BT« TRREMRITICEE DW= 22l K
RN 2 < DR TR IND KO ITR o728 E, RO BARE L LTX Y REIOZ M &K ORI -
R TIREIE TR & ORSRER DML ZET bivd,

ANAHERIELZ R 9 2 b OFBTIX, BIEATS L < ITRIERMNTZW 21T 5 2 &3 THE
EThY |, FRIGRIENGFIET HHEBICB W TUIHAENR A7 UV —= 0 T O & FEhEnim < BE
NTW5D, Fio, WEROIFEETITHISHE LVRRICKH L T, IREEE O8N L 58ET
BRRIZLHIN DR S, BIEC OFIMETREET- Db D Lo > TS, ZOX D RERND,

CH ARSI Tl R ICRE MR RE A XI5 & LT, &8 PCR X° FRET | L 2874 12
Ay U —=2 7 Offest & i, RIGRITER & L CE M Esiaf 23 45 C X e W B ICH T 5
[ EHS AR TR FE DML 2 IR KD BIR L LTEB L TWo, HiAERAZ Y —=0 7T, &
b BEAMEORWEEESGE A RAE (SCID) x4 L, T MO ADEIZEA SIS Teell
receptor excision circles(TREQIZ X DA 7 U —=2 7 %Y ¥ —HAEDOFHAERIZK L CHh
LTV, A%OEERERZ A HEBN., HEEBOMNLNEITH TH 2D,

& ML B AR IR IR DBHSE & FEMiIZ M 72 > T, FRx 0B COHRMERZ A3 2 ER-CHFSE
HINBET % nation-wide DB An FIHWRE MRS O A R L TV 5, SHFFEE TIERFE ML
EARBIED 727 Tl AL O E WO B MERZEIESE  (chronic granulomatous disease: CGD) . FFIC
gp91phox JEAR |2 48 5 2 Fp> X S IBMEA HIEAE (X-CGD) 125 2 i i Al i A= 195 2 LA
ATL DRI L, Rk 26 4 7 AIZEH—BIH 2 Fh LTz, TRRANIAFE L 7o inR G o Y9 B
DIHKRZR EZDOOZNRBFED b, BUE S ZEMZ 3O HBERBRBE TRbhT\D, £
7oy AU < JFFEMEIE R IED D& D Th 5 Wiskott-Aldrich FEBEREIZE L C b BEAT = E 55 &
L CEIEFIRROEE 21170 > TRV, 2017 FD%Efiz HIFL T\ 5,

. HHFZEE TIRIR O ENZ BT 2 BinT - MR ORI A2 IR 2 7 e 5 O
(IR A ARBHE R R e BHE 6 1 2 BHEZERS & b o TRIEMSLE AR RIE D2 « TR I R
BN Tz > TWD, FIFENAEICE L CIE, Tl EEs SR Iz,

IR A=RVES/ N
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1. RISV AR RIS D851 - MBI L O
1) X-CGD \Zx%7 28 fn1-Ia i IRIFZE O F2 i
2) Wiskott-Aldrich SEEREIC X9 2 BAs FIRRERRRER (JR8R) OFE
3) WG TIRIRICBIT DL hr v AL ARY Z—fF AT 5 fifbT
4) 7 DIREHANIC X B AR IRIE OB %
2. TREC IZ & 2 FME R RIEDH AT A 7 U —= 2 ZIEO RS
3. JRFEMESIE R ANE O SRR ) 7o SR
1) JRFEMESE R RIEBF BT HBIE T2 W
2) iPS e 2 FH V72U 505 AN 4 E OO RE AR A
3) TR GE AR ANE O BTN 35 1T 5 M RE R
4. L bR U A NVARY Z—|ZFT DG O fiE
5. ADA KIBJEIZXIT 2 ARKFRIE ADAGEN OIRERIZ MT 72458

EIEmENil)

Kk B

il R o /NEFSPRESL

= B AR, P

REMFFEE % A,

IR EA IR

HEEEE - JOREGTR, TR i) 7 b =i, ARESET ELEZ, MIlAZED |
B PR WS- B aER

SLRIBFER - M EERE, RS, raElE, ISR OO, LD s

TABEEERN © RS-, TRIESCHE, HIR S —RE

*= B IR ROKEE. ZERmAT . MR

ESEERES )

1. #F9EHT
EARL—BRERRIIIEE > # — « B X — K| EMESERE (IR - E5) . MR, fT
IS EER (A5 - Ml E®) . B E, PR—Z2=K (FAEHMRE) . B ERBAEE,
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HRTFIIEEE R CRANGH) AT ER AR v % —) LA =R (EBEREF)
2. bz

WLz iR (BRBRARD) . AR R, Ti#MmtbER, LHMER GREBWHED) . it

RER., ZTHER (WRSREMZERL) . AR — (B ¥ —K)
3. wrx—4 (HN)

FORRPERAIGERT  BIRGREER., TNEOCHR., KEtE#

LB RSB A F R

ENEPNE St RMR L = L%

FURNRAMIRESSR AR 2R, 1o 5 GERD

PERPANTRENISERT  HREE AL

[AFFE DR ]

1. JRFEMESOE AN RIEIC KT 28 Is T - MG RIEDOHENL
1) X G P 2R |2 kT 2 SR TR BR IR ISR D F i
FIMEREARBIEDO O E D TH HI1EMEAIFEIEE (chronic granulomatous disease: CGD) |

NADPH 73 o ¥ —BREARR O RE I L o> TEEMENFEAINT, MECHE (V) 0
HAEE SN DEETH S, NADPH A & —BREARER OWERL S »/X7 H T % gp9lrhox |2
B 5 X#gH I8 R ZEEE (X-linked chronic granulomatous disease: X-CGD) 3% D) 80%
o5, BEIEL, S0 0 BERPEICIZ . RNERREEIC I HHME - BEOFRIFITR L
TR R RIEPES A MU A S5 2 & BEOIR, Wiz SICAFEEZ BT 5, 1]
IRFRIEIL HLA 86 R —200 OE MMM CTh 553, HLA 3R —E DA ZIEE ORI
B, Fo, Ll AN R0 FE L & LT B 2R YYE RIS X 0 #8072 A& 23T
2T BAEERDTZ R VEST S D, YAFFEE T, EmEMiaBibEs 177 2 7y X-CGD &
Tk L, AZE e (CD34 BYEMlE) (I LTL brvA L ARy Z—|Z XK 5 1EH CYBB
BEF (gp9lvhox 2 o — R9°%) AL, O BEICEET 2 1E Ml &S 7169 4 320 L
TWD, b b oA LAY Z—% WG s i n FIawIE, Rx 2R HRE AN RREIC
*F U THNRIBFEAREE BT DR, 20—F 7T, X EEEEEAREAS)E (SCID-X1) T
HONTo L) RERBAEES (AWK OBELBMESNATWD, ZOZLa2Ex T, AE
B IR ERIRBFSE DI B L Tl R Z &I @ risk and benefit balance %1432 & &
U MR 02 5 B IR R T2 5 &9 5% < OER L, 58 232§ % nation-wide project
ELTTR-> TV D, el AWMSEIE TEATTEREOT7EE B & (BB R B IR FE R ARE
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AR (CERK 26~27 4EJE) | Z% 1 TiThiv T\ b,

+ 7K £ TORIE

FRk 22 4 5 H K0 Mt o 7 —BIn FIBREERITEFE A Z B2 TOFHVBM I, Ak 23 4
2 AICAREZ T T2, ZOREEDGDEALITIBEEARFFRSB LI . FRk 24
3 H 28 A B O BAR T E R HESF S EAT S TRBIR FIBRERIRII 72T T/ S vz, R4 6
H 14 AT TRATE RIS TARBS FIRRERIRIT IR AR S vz,
 BAG IR RMFZEIZ A1) 72 Dry Run & GMP %4l CPC D&

TR DB IR IR BOTHWSOND L ba A )L AR Z—Z 7= i s i~
DB FENEZEET 72D, WF5ERT 5 BEICHiasife== (Cell Processing Center: CPC) %

L. Wk CD34 BtEiie 2 VW8 in 8 AER 21T o 72, IR R BEAZER X 0

CliniMacs % fIV"C CD34 [GPERIIa 2 0l L, PASHER R O AT A TR F2 AL, £
DR, Cell viability 7% 90% & # 2. BAn FEAMERE T0% &2 T\ 5, 2D XK 9572 Dry Run
PEEITV, 2D —EHO A SCE L L72 SOP (standard operating procedure) #{ERK L
Te T 20 A AT Z— [ TARMFEDILFENIFEE T & 2 K[E E L AMFZERT (NTH) 0 Malech
FE2MER L 72 MFGSgp91 Th V. FRRISHOTZOMERHMIE & & bz, KEXY AFLED
DTHD,
- BH OB L SRR O FE i

20 FROE M FMIABAE NI —A1E X-CGD A D GEH & LTINS, Pk 26 £ 3 11 10

oRAE A BUS%, 4 A 3 BB HERERNIZEHE A EZ B2 O&E 2/ T, 5 7 29 Hix
KEEAES SNz, ERRLZERR 7 v b o — U iev, BE R M L 0 FERER = v = — 4 IX
FIC kv BB S & el (CD34 EPERE) 258k S, MFGSgp91 (2 &k ¥ 70% DT
B FHAPTONTZ, 7 ANVT 7 N XD EHEFEREERIRTLE O%RIZ, 7T H 22 RIZEFEA
AifE (CD34 BHMERMIREIC LT 6.2x108/kg) B IR G-Slz, &5 2 MM X 0 R8s
TR O HBLATRD H AL, EToZ U BN TREIRTUE CTd o 7o YR B O/ N3G D,
B FHEAOHIERHEGE SN, BEREFRREY 2F42RB L, AFEFRITRDLATY
RANbOO, FOKTOHEIZ—H L TEERMMIZI T L BEFEAMIEORA 23780 5T

o 7T, TRIRHN & i U CRIMEIC T DG RBOSE TRz TR Y . A TIEEE ToORE

BRI AREL Te o TV D, BLEDZ L2 h | JERYYEICKTT 2 BUn FEAMI O R B B2 L 72
STUWNA,

2) Wiskott- Aldrich JEWHEIZ &3 2 BB TR ERIRATIE D F i
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Wiskott-Aldrich JEMEE (WAS) 1%, SEGeE, oM, W24 3 EfL L, ZOMIZH

ORI B S B0 2 RBMERIE RN EIE CTh 5, £ OJRIRIL X PRI/ ET D WAS
BIRTTHY ., HIREKSCY 7T REICEE LT 5, BYECHIMIC X 538, BHEEAD
FIED BIRTEHITAR Chd D G MEMB S LB L B 2 b TR Y . HLA —&FRAFET 5%
AX°. HLA —ZFf ik F 7 — T 15k & TICBMEMT R OIS X2 OSIZRF TH D, —
7. R T HLA RER2 B R —IC X 2BMEOLAEIZIZEOTHRNELS 20 | & iiiiiaEs
FIRBEOMBIREDOO L HL LTEZLN TN D, 2006 ££~2009 FIZ FA Y TiTRbhlzL b
B YA NVANT Z =L DB IR T, TOADEN RS2 DD SCID-X1 &[RERICH
MIFEDOFIENHRE STz, TNEEEEZ T, BEMERDIZHCRNERDO L FUA NVART X
—IT K 2B IR (GF VITHEER) 28 2010 2124 % U 7 @ Aiuti {1 (TIGET: The San Raffaele
Telethon Institute for Gene Therapy) (24X - TBitA S iz, BUEE TIZ 7 HNTHET S, 1EIE
A TOREFTIEROLEEZ RO TV D, £72, 5 HFELL ORI 2% T A MR ORIETE O BT,
WA RINE L BEMEPRENTND, ZOMREEEE Z T, DL, Al LW 0L
&L BRIZE T D EMFERRZ G T BRI TH D, ZiE TIC GlaxoSmithKline
(GSK) #t& DTRKIKHEHEIZ T, VA NARY 2 — 1REMZEEE IB). wHEMEE (IMPD) &
O7'w ha—nz AF LIz, b2, #0734 FFEZ BT 285ElO Dry Run 4 % L, #ix
FENEOHSLE | BIa FEAMBROMEFIZIT/R>72, ZNHDT—F % &1, PMDA &
DX E 2 EEETU, BUEIT TR 29 4R DOFE—6 H ORI M) T, $iEMEMZ I 2> T
Wb, 7k, AREHET EAFEBF AR EMBE (REREFOIREXHEAE SRR 7S 2,
Rk 26~27 FERE) | HOAREERITTEPH SEAEDT I CERR IR IR BIEAMEMIIE R 3E, SRk 28~30 42
FE) | OB E =T TIThilTn 5,

3) BIZFIBEIZEBIT DL hr UA AR Z—HfAIZB T 2 fifbT

L EBRTANARL U F UL VARG B—Tp EOYa R AT 7 4 —(2 L 58 s T15% Tl
ZOHEMERZRICET 2T M AT O HI2 Y | BB FEANRIHAINIZT A NVANRT Z—
(Fr A NR) Oavr—#, FEEEOBATMNORFENPLEATH D, KE BB T,
MRS IR A2 T2 T 7 /) YT 7 I —BREERFICH LT, TVF LRy
Ly b PCR ROy —7 =2 HWT, BIn-EAMRICEIT 57 2 —ffADOFEM 72
fi T 2 FEh L T B,

B FIRR DA IEITIE, TEREL - OREEA M GEIREAME) OFEL . ZHUlfEo il
BEAMBEDOAEENREBERLTWD, SMERSE (KUY o/ ER3E) (2380 TZ DOHEbE
BAPEIIRE S BR o TL B2 D BEICRIT 28 s T8 AR O3 AR 138D THMEE 720 |
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Z DOFEMRfRITIE, B FIRROGIMEOFHMIIC KARE TH S, ZNHEHE LT, 7V4
/v Fr w7 Ly~ PCR (BioRad) IZ X285 T L~ TCOBGFEAMOERIEL ML LT,
ZOHFETIHIMO ey 7Ly MU ROMIB 1 EZE AL, Fry 7Ly FNTOMI
AR &~ 2 —EHNIx 290t PCR 217729, 40t Fry 7Ly MIERET 5 2 & THE:
HFRE O H OBR FEA ML OMx E BB ATEE L 78D, ZOHEEZRWT, BB FIREEZT
7o ADA RYEBE 24 ZMT LTI 2 A, T MIEDOIZIERTTRY ¥ —DMARRTE S n=0
2L, Bfiae NK A Tt 10-20% OFIIZ O 7 2 —OFF NGRS Hivlz, £72, Bl
> CD34 GBI T, WFNOER S 2% DAL LAME AT, @il L~ T
DB HEANHRL D73 72 IEAE TR B o T,

RIZ, BEOBEFEAMIRICI T D 7 1 0 A VO NEM T 2 350 L 7=, 7€k D Linear
amplification mediated PC (LAM-PCR) %z /= fEATIE TIL, HIREESRLERE /2 B, T AN K
L RBIEND, L VMEBENRMITEE LRIy — 2 = — (A V2 )tk Hiseq VAT
L) AT K DB RGN ERNTIE AN LT, L b oA LAY X —NOEHN R L TR
oA NEFRFLX Y STy — L7k, PCRICED T4 77 U —2/E8 US| OfT 217729 Z
& T, kD LAM-PCR % EAl1D K0 £ OF —X2 OBASNFIREL o7z, Z OHEAi & -\ T
ADA KIBJEBHE 24 O KM EEEERICE T D7 X — NN (T o T2 & 2 A, 5 BE &
HARTHZ—FADITE AV EPBBEOBB RO TS ZERHA L, BIfEZNAbDRT ¥
—FHADBTFEANMIROAEEIZEZX DB EMITT ChH L, £, —ABOBETIE, AL
Moz —r s, TAlld, B, NKMifadZd@m L Tz Z &b, RIBICBIT 5 26 0E
BFE R B ORI D HBL L TWD Z ERH L ol AL [EA S EF
FHFFEE S (EFEMERANE L FE) CFR 24~28 ) | OB Z% T TIThlT\2,

4) 7 MREHEINIC X BB T IRERIEOB%E

E M E B R TR Tl B EAROM GEEiid) 280K E%E B TF25%88T 5
VERH D Z ENOYPRAEIBATL T A N ART Z—=BHWLNL, ZiubiE Bk X5 iciem
RO 2 —fFAER | S A TWD, o, B FORIUTIT Z—HIZ
AR ENT N T B E—F—I2 KD 2 & D, AN RBIRFREN b 72 6 a6 RE
SHNTW5D, IFED Crispr/Cas9 72 EDOX 7 L7 —BIZ K 2 UM EAHFEREL X (2 K 57 7 AfRsE
Hifid, ZREEFOEZOBEAZWRIC L, N7 X —OMALROfERELZRR T, £/
T N EORKMET nE— 2 —IZ L HAEMEE LD Z LD, RIEROBI AR E L THF
FEDNED LTV D, B THEIE, X BEHET  ~ /a7 ) ViE (Btk #i51) KO X
P IgM JEBRE (CD40L RBJE) ZxIRIT, 7/ AREEANIC X 28Iz IR OB 21772
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S TW5b, ZThHOEBTIE, BIETORE R AR ERENNE LR D Z b, RO Y
A NARY B — TR0 D HOIGIERIENRD 51T 5, Crispr/Cas9 & & Mg~ B r 1
ANIENTZ 6 BT T ) FEED A VAT Z—% W THE N EAL TV D, AL TEAT7 @
FP7EE M e (EEMFFANRERE) CER 24~28 FE) | OB AZZ T TfThbit T\ 5,

2. TREC I X2 JFRMERERRIEDF AN A 7V — = FIEDOBR%E

EIEE A HIEREIE (severe combined immunodeficiency : SCID) 1%, THIfED s {bfEE %
L& LT, BAMESONKHfE D BH 2 D SR Ch D, A TR D HED T A /L AME, B
JRYWIE 2 FIE U, ol 7o e e 2 i & & MM a3 i1 T S R W B I 1T BSER R & 72 5,
M3 1 2 THRIAEET A DOBSIZ, THlaS B AREE T OFREENSEB Z Y, TREC (T cell receptor
excision circles) &PFHINLEIRDNADEA SN D, ZOTRECIITHMIOF AL R L, E&
PCRIZL DHENARETH D, Tz, HBEAMMD CTORWELAIEETH D Z &b, TRECIZL S
FAERAZ YV —=2 713 KEOIZFETOMTEWTER S, ZORMERHE SN TN D,
BUESMFEE TIX, SCIDA 7 U — =2 7 D& KA, JIEBI-CREE B OMNL 21772 > T
%o £93.3mm?D Ak FrHLDNAZ L, 7 v —7 2% L TEREPCRIC THIET 5,
3.3mm /N> FUITIFSUD ME N EEND Z LD, 1udbizv oav—#s LTHEI L, TR
ZEDOFERD S, TRECO S v b A 7 EZ402 B —/ul & RE L, ER2TEE NS Yt o ¥ —2BI
L IEFARE AR 2 RIS T E TICB44R IR DI 21772 o T2, TOH T 1 2 OGP 2%
EL, 17 ABROFREICTY V2 ERE D ER & 229 TRECIHD ER 2780, —i#tEo Y
VORERIEAE LW LT, T\ D, £ KV fEZRFE L LT, FRETIEIC K 2 JIE & O & BE
DEE LB L TR, AR TETHREER A7) —= 7ICnid CTHERTF Ch 5, i, K
WFFED—E TEA TR AR E MBI 4 (B R IRER AT AR 7EF ) (Fk25~
2T | DYIRLZE ST TThh T\ D,

3. USSR AR RAE O JFRIfRIZ [ V) 7= A5

D FERMEREARIERE BT BB 72K

JRFEMEGRIEARIEIL, AFHPER, U o RER, BLERZ2 s S MR OBRER T I L v . ER 2R
EROSDFHFEI N/ 725 2 & T, FEAMESCH CERBEZFHRET 28IaEORETH D, Bl
1 300 2 2 IR EE R FEE I TR Y, @E7RER O OIITRE D EMERZWNE D
MARERTND, YIFFEEIL. RN RN RN GER OER 2, BRIWTE
ENILRRISEROEB ZOHE L. HBEEMORBECE & TBHET & L b ICEImIIZ Zh b5
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ERE DOBIRICH 2> TEY ., MEFEZEROAGED T CHIG THITIC X DHEEZK 217> C
W5, Flo. REAREICET DA T I O GIRBOILRIT T~ RO Y H—IEIC
LDy —rx A, FEBRENIZEE OB D06 ERMR S — 7 = 2 & vz SCID @
JRIR 28 BInFDH—57y N 2=V AR Y — MM 2 FERAIIZAT /R > T\ D,

2) 1PS a2 IV T2 SR M S0 % R A D e A

IAFEDRMAR S — 7 o 2l 78 E OFFEIT L 0 | JFREMERIE R SIE O R RS 7 OEIL R I
ZTEY ., RN N LERRE L Lo TWD, TID DRI —/L & LT, BE
EHATR AT, FHEEAE L L ORFEROL L, B F A UANART X —IT LD REF
FLE 1PS Ml DRI 2 AT 78> T D, X BEHEIEE S S RIE, 77 /v -7 7 I —EXRH#
SE, 1BPEREFIESE, Bloom JEMERE, PEX JEMEEE, BAMME IR/ MMFIRE, Wiskott-Aldrich
FEMERE . 15 ME(L PISKSIEMERE/: & ORIEARRIERE NS O IPS HIBOBINL 21772 > TH Y, 4%
X205 iPS M 2K B OIRREAEIA ISR Tl & B X TV D,

3) JRFEMESE AR RIE D BF 1T HIHERER M, SR REART

JRFEMESE AN BRE T, TERDERLESLEMITOKRIR T2 2 2 RAZIF TR, HEX
FEMRESCHRMEORFEZETI2HRBELEEND LD hoT, o, BAVERIZBW TR
PEFHIRETF DR RED R ZH S Z L b L L0 | IREORIE R IELSN OIRE T H A 7
RTINS LB L SD K D272 o7, Y ¥ —BLUOYMNBORERZ O BHFIZXT LT, k¥
—fREEB S TR I N [ RMERE RBIEDBW e & N BMATICBE I 2058 (95T
FONBSEHER) OMFREFIRZ BT L, 7 e —YA A M) —fT (FACS) %A b UA v - 7
EHA RN, MIAER ORI 7R & Al U CHE R e Ml B RER AT & S0 L TS, FACS gty
I MAFFEENIC 7 B —Y A R A MY —a T ERE L, ERREMIKOMNT E1TR o T D (OF
AR 27 FF 268 iR, SRk 2 8 4F 396 FifK), & BIT. SR A BIERE ORISR AT (5
PR FEIC I T D BARHI BRI ORRER, WFEEAEE ANEFSFRES ) ICH BV A TR Y . KA
U UY=L XD EMEEFOREIZHESL, IPS M~ v R BTV EFIH L7t 208 U
T, FHREREEFORELZ HEL T\ D,

4. VMR YA VAT Z—ZE1T 2 B EHE O fiE A

L b a7 AV A TERE BIZB W T, B FESNE (LD DR W RIVER (Y =xRT 4
7 A) X0 FOBEENGE I TW5D, IEOHIL gene silencing & KiXiv, = O#F1x
ANWVRGT ) DDA TF AL LA E R T OS2 L Y 72 Z4v 5, Kruppel associated box
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containing zinc finger proteins (KRAB-ZFPs) 7 7 X U —I|ZJ& 9 5 ZFP809 |%. N KiilZ KRAB
RAA > CHREZ TIED zinefinger (ZF) KA A U EH L, b ha v A /L ANOIMGINEEREK 1
FEAHALTH 5 primer binding site (PBS) N negative responsible element (NRE) ~f&&
T 52 L TEHEEZIHIT 5 Z LR Dho TWEHN, ZDFHMII AN Th -7, Fx 3£ T ZFP809
® KRAB R AA D N Kiihs KAP1 EEMT 5 2 & T, KAPL (RFHEDE s FBL O I &
TTZEEWLEMT LIz, Fio, THEOZF FAA BV TIE, 3-5 & H D ZF 7% PBS Ad4il~

DFREGICROEETH L WAL, E51T, & ZF 202 U A—FFINOA LA =08 L
BBV 277 =VICBlRT 52 LT () U BRIEAR) | ZFPS09 OO D RIfENRZAE L
HHMERENME T T 5 2 &R bhole, UL EOWFEZE T, ZFP809 (2 L 2 s xR BLHIEIC
BITLERAA L OEEEZHL N LT,

4. ADA KABIEIZH T D RAKFEIET # = » OIRBRIZ AT T-F2E

TT vy TT 1= (ADA) X, MRS HOBIAET HRBRMED OT A X T T
VU ETAXUA ) AERT HREEEE TH D, BERMIC ADA BRI D BE TIEP AR
— VR OREEIC L > THEWE THH AATP NEHICERT 5, BITHIRICB T Y VSRR
FEEZ 2T 5720, ADA REJEBE TITAE TR LY BIEEARER2OREZZE L TLE ),
X R A A ME— DARIGHNIE IR TH DAY, ZHE TOHEN S HLA — Bk FF—13R1E
DT, B RBRERAEN S SN2 E3%0, 1986 4127 KD ADA 2/ Y =5
Ly s 7Y a— LT L2 PEG-ADA (ADAGEN) 73BH3% &h, 1990 4£(2 FDA TKk#R%
Z T BITKEZ LU D & T DN TBEE T 150 4 & il % 5 B )5 ADAGEN 7% [ 351 7ok
EE LTI TRY, Bl N —0NARED ADA BEICHT D15 E LT SNTWD, —F
TEAETIIERE LTREARETHY . EWHAITHL Z &b EE (4,200 Fv) THY —
R IR N TH 5, ZD, 72& 2 HLA —Hif R F— AR EOHATH, Gk
PEDS Y HLA R—E 03 e AL 4 B S 5 21372 W RIS 722 > TV D,
ZOXSIREFEND | JRAETEE A U I ARG R 2362 ADAGEN % High

L. Rk 24 45 3 A 23 BIZBfE S-S BV T TEHE E OB @O AR AGRE IS
K L LTURRENT, IRETICY v ¥ —biaEFHT TR O ADA KIJERSE 1 41
%L T, ADAGEN Oz hbafel), BIEKYYEZR E4ERET 2 2 LN AfRETh o7, £72, 2016
FETIE, AR RN Sz 3 - H O ADA KABSEBRE I3 LT, [F U< ADAGEN 0#45
ATV, BERGUERAERTD U N EROEIEEM B b, Zo &9 i a it T, 2016
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FELIVHANT 7—~IZL D) a2 ) F PEG-ADA (STM-279) OIEBRIZSML Tk
V. ADA KABSEIZH 3 DR AL O ERG AR 2 B L T 5,

[Pk 27 4R FE 264 ]
1. #
E3q:Ea

Otsu M, Yamada M, Nakajima S, Kida M, Maeyama Y, Hatano N, Toita N, Takezaki S,
Okura Y, Kobayashi R, Matsumoto Y, Tatsuzawa , Tsuchida F, Kato S, Kitagawa M,
Mineno J, Hershfield MS, Bali P, Candotti F, Onodera M, Kawamura N, Sakiyama Y,
*Ariga T: Treatment Outcomes in Two Japanese Adenosine Deaminase-Deficiency
Patients Treated by Stem Cell Gene Therapy with No Cytoreductive Conditioning.
Journal of Clinical Immunology 2015; 35: 384-398.

Torii D, *Konishi K, Watanabe N, Goto S, Tsutsui T, Gementogenic potential of
mulyipotential mesenchymal stem cells purified from the human periodontal ligament.
Odontology. 2015; 103(1); 27-35.

Yoshida W, Tomikawa J, Inaki M, Kimura H, Onodera M, Hata K, *Nakabayashi K. An
Insulator Element Located at the Cyclin B1 Interacting Protein 1 Gene Locus Is Highly
Conserved among Mammalian Species. PLoS One. 2015; 10: e0131204.

Takeuchi Y, Takeuchi E, Ishida T, Onodera M, Nakauchi H, *Otsu M: Curative
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