Tic 24 BRI R TS5, HBKIZ 1 % M TITI U EMAEX-VIVO 15™  (BioWhittaker
) EERT L. 24 WSS, NV 2D LEE 12KEBXC4EMA. #ETH
AZfTD, BEROMBZ AEBEEKTHRER, LMlRzEEl., BT A M LoRe
PERERLE. BROBIRNICHRETS.

CH-296 i M spile & L b O A NWARS ¥ —2BELT 3BT L DB
ER2ENE L OFIETHSNTH S, £i-. MIKBHEOZ < BHRFEN O ERIcH 3~
%, EHEEEIERY S —HRERICHEAAENDIERGEEZR/RZTDICLEOYAL M A1 2D
HAaebEEHAWS, 501 M1 OBATOENFNTHL ZEHEL DA
SEEILTWVWS, & DEPERT, CH-206 & 50U M1 ofAagabiicds
BETEATTOEBAMNBOUSZEHAL TND,

GCsap M-ADA #HA W= MikBHAIE~OBETEAEZERIZBOERERL TEREL., TOBRETF
AR, REORMZEFTL, LASNIZHEBE L THOMSEEZZD TS, i, ﬁ’a%
ReI I A ERANWTinvivo TOME « HFEICES BEFRERNOEZEL TNH3S,

F 7=, #E NIH, F. Candotti i+ 512Xk 5 GCsap M-ADA & MND-ADA %Z§#fH L T CD34
REA R 2420 & 92 ADA RIBEOBRTIEHE T O M a—)LABEIZ. FDA, Recombinant
DNA Advisory Committee(RACIZ TRBEINTEITHFTH 5. GRAEF 2-3)

9. ZINETOHERE
1) Hik
OUANARYT & —,
LASN. GCsap M-ADA ZH W/,

et} il
B 5 5 WIRE RS > 7« TEEMA S CD34 IBEMIEESREL. ZOMBEE FACS

TRRO L, ERLE, £, BEPSEHMLZHRIE. FUHET CD34 BRI 25K



UTHERLE. MicBIZHsE EB VAN B #ilakk. ADA RiB T Ml TH 5 TIF-2
& (NIH, M.Blaese f@+t5), E¥ ARMMBEMREEZENE LU CHERLE,

ORETFHAFE
) CD34 B H:4Ra

BRI — N EEBAKT 0 TORSF L CH-296 (20-100 pg/al) TI—FL. ER
FIWTITTaw s Lz, FOTV—FATLSE 7V I 28N X-VIVO 15™ gih
WCEHEL 7= CD34 BRI (5x10°/ml) 1= SCF & TPO IR &EE 50ng/m. Flit-3L 13&
I 150ng/ml TENENE. 24 BREEELE, 208, Y1 LARY ¥—52E50 Lk
ENA. TOF 32 1pg/ml OFETF TEOERMAE (2500rpm, 30min, 32T) #. 12 B,
TCTHELE, CORETEARELS 4 BEHBL TRKOBETEARE 12 BRI
fEER, SETFEAMEE L TERLE,

ii) k4§ BIEEER

10%FCS #Hn RPMI(Gibco)iz 0.5-1.0 x10°%/ml B O BEER % 51 CD3 #ifk (OKT-3; Ortho
#£) : 100ng/ml, IL-2:100U/ml A /=564 T 48 BEfF R L7z, TDE, D1 INARY
F—2FOEEEMA, 70532 1 ug/ml OEFEET GELEME (2500rpm, 30min, 32C)
%, 12 B0, 37TCTHELZ, ZORBTEAREEZE 4 EEBL TREOBETEARE
12 R iCHife Z BN, BEFEAMBEE U TERLUZ,

iil) A8 H Rk

TIF-2, EBV 3 B fifatkiznf 5 8E=FEALL i) EFEOKE#MEERL 1x10%/ml #
EoMiaiz 12 KRREERBTEI 2B F—LEEZMA. 70% 2 2 /F0RESE LEERRIZET
> TERBLIz.

@ BARET OB FGIE
) PCR i

BABGTFORERIL, X7y —HkD ADACDNA ZHH L. ¥/ AHFED ADA ZIHES
BREWT 514 —E2HWT PCREBICTT - /2. BEETHEAFZROMEMN S DNA 2RI L,



0.1 pg 2R E L7z, 751713, £~ ADABETFD cDNA OEFIN S 2 O 2R
IO THRE L (ADAL: 5-CCCGCCTTCCCGCCTTCGACAAGCCCAA-3’, ADAT: 5'-
TGTAGTAGTCAAACTTGGCC-3’), DNA Thermal Cycler (Perkin Elmer) % f W T PCR %
Tol. RIGEREBIX. FfE . 04T, 308, 72— 25 :58C. 30#. #pERE : 72C.
30 HELT 30 A VN0, KISEME 2% 7 HO0—A5 )NV TELZXKEL. TFPTA
TovA RRATN REERELEZ. REOBABKRTFERIETSHHKE LT, nested-PCR
EEHEL L. il ERROPCREHEHEREL, RAIICES -0 751 v— ADAL-1:
5’AGAACTGCATGTCCACCTAGACGS3’, ADA7-1: 5’TCCATGCCAATGACGTTCAG3 #
MELTPCR ZFEML -, mEBEIINNRD PCRETIE0.07 2 —/cell. nested PCR i
T2 0.00012 a¥—/cell TH o7z,

i) DFZINZ1 LEREPCRIE
BIATEAYDRENMT EHEO-DELTER PCRIEEZEVLE, ThTENOXRI ¥ —
BAENZBO., HEO ADACDNA 2B T2=B0OREHRT L=,

By ADACDNA, X7 ¥ —DNA O - % fF ZrYICFEE T 5 7 51 ¥ — & Tagman-probe
% primer express ZAVTKROELIICETNETNFREL =, ADACDNA ZRHTE TS5
—LRiiR @ ADAL & ADAT Z{EH L. 713713 5’CCCTCCCAGCTAACACAGCAGAGGGY’
&L 7’:_0 LASN 28 HT 2754 v —/710 7T 5TCATCGAGAAGGCGTCTGC3’,
S5'TTTCAGGCTTGATGGATCCG3® /5 TCGACAAGCCCAAAGTAGAACTGCATGTCS3’ .
GCsap M~ADA 28T 57540 v—/70 713 5GGTGGACCATCCTCTTAGACCG3?,
5'GGTTTCAGGCTTGATGGATCC3’/ 5’ CCCGCCTTCGACAAGCCCAAAYI TH B, 1
FNoD PCR 7547 A h% TA cloning X7 4 —(PCR2.1; Invitrogen)iZfi&iA A THEE -
BRIL, FRCER,. TREMNEZERNLTAY Y —RicERALL. & PCR RISIX
GeneAmp® 5700 Sequence Detection System (Applied Biosystems) Tfro7z. DRI
£0., BICEETFEBREZTA—EATEEARBRTFRELE SRS —ITHRT IO0E
BERNICHEMETE, £AFNTNOROBEEZHBRTZIEREIDBEVOBEOBEDHER
T&E WFFERRE L),

—_ a1 —



iii) ADA BERIEMETIE

HAyORfLZ PBS TH%E L. 10°/200ul D¥EE T Tris-BSA buffer IZiREHE. HiERIMRE
SERVEBLE, FORIGELL. MR ERWME LB Z2HECALE, BEHES X
W7 T /¥ (MC-Adenosine; Amersham) ##1i8 L& & —ERER] (5-10 4 RIRE. #84
HzLTRIEZILD, BB/ 07 N/ 57— TRERLUE. BHRABIZTERFY > F 2.,
A VRRBENFEZEH U THMAYZDICHEEL ADA BRERELE, BN
nmol/min/10%cell TEE EZNZU)E L TERLE.

iv) NOD/SCID <7 A~®D CD34 Bt i# =18 A i fe

BH R 250-320 cGy 2R H L 2 H 8-12 @ nonobese diabetic/Shi-scid Jic
(NOD/SCID) mice (Nihon Clea) ZRW/z, BETHEAERESE L CD34 Bt 0.5-
1x10° RifE % < 7 2 BERIRAGIE L7s, Bl 6-8 SEICY Y AKMMY >/ BRbDE Ry >
JSEREE b CD45 B2 E U T FACS ICTHERE. B, BEBh SBBIRZHBEL,
RERY—I—., BABRGTOEEEZRAL .

2) ®R (R 2 - 8)
ORIZTFHA

GCsap M-ADA Z&% CD34 BEMBNOEBETFEADRIIY) 7V 1 LEE PCR EK
KAFEMOEER 0.2-0.8 A 8—/cell THo 7z,

EFEADSBZBHN CD34 BIEMIE (O7%LL LOME) ZRAVWEEERTEAEZRORER,
GCsap M-ADA OB AZIEIZ LASN I U . FRIEN TV (WFFERE 2A) . BIRH¥ EBV
B B filakE A W#ER TIX, GCsap M-ADA {3 LASN iCHUIZIE 2 fEOEAZIHE T,
HEAED ADA FERIL 5 ELLEERU = (WFSERRE 2B). B#Em CD34 BiEMia TS GCsap
M-ADA OB AZNRIIE 1M CD34 BIEMIE S BEREEICRD sz FEKRR 3, D,

QI ANDBIERR

NOD/SCID ¥ A0 CD34 BT HAMBOBEERE EE AR - FH0,
EBREFHMZRAWTERL 2, BrTEAITIE GCsap M-ADA 2 Wz, BiE 6-8H%
IKRDARMMTOE b 2 /EROEFE(E F CD45 Bth) & Fi. BETW DD X%
—(CD19 Bitk. CD33 Bift. CD34 B ORI e (BIFEaE 5, 6). Fi,

c;'i



b b ADA IZ#RNE T 51 v — 2B\ PCR AT T, Wi CD34 BAMIABHE < ™ 2D
B R UMBICEARGFOEENRERES N WIPERE 7)., EH 1058860 CD34 Bt
ML %58 - SR LB (8 A% NOD/SCID ¥ ANDOBHEET > 1=, TOREER, v 2
DIERTHMEL 2 b BHIRICE AR GT 2B L (BIERES).

3) ER

GCsap M-ADA i3 LASN ictb U, U771 LAER PCR ¥k % CD34 [BiEMlE~A DB
A, BEMBENTO ADA BEIEHEICL 2B RTREYRICIBVLWTHSMCENRTY
BT ENRENT, e, CD34 BERETEAMBN, I T2ADENATHL DHDY R—
PO MHRAMERIEBRTH S Z EMNRINTZ., INGDEEMS Dl b L LiERH
THMKRBMRICERTEEATLIIENETH D EEZ SN,

10. BEEIOWTOE
(1) BEETFEALTEOLRENE
OBREFBAICHND A INANRT 5 —DORE
BETFHEAICH VWS GCsap M-ADA T3KE NIH i BWTHESIX N, FDA IR - /=5
EEESUEEHE NN Ehlaboratory cell vial, master cell bank. end of production cells,
final GCsap M-ADA supernatant IZBWTHRINZEDTH D (HRHER 2-4).

QRBIBIRSTHWEOMER VL 2MH

BRCELGTHIVEHEL., SRTEASINARSREEERD CD34 BEMRO AT, T
SOMEEHREG LRV BETHEAERT 5 GCsap M-ADA IZDW T, EiD Z& < FDA
DEMET > THEBIUCRZ2EIIRTL2HREIT N TOREM T L, FEEThi-bozi
A%, TNSOEEIE, UAINAHHE X7 —8zTES. BEEER, 1375
ATBE., —REeUEHR. RCREERENGTEND.

FHEAFIEE T, BBEPCABREAEFECIHIVTENTBD., BEOEREIITBIEK
FCSHENOTIAI T 2H0MHNRD LN, TNICEETSHRERDOH SR - BH
FOERERDz, TOD, SHOBRGTFEARECBROBEETIHERAICEREINTL



BEbTINTIEERAL, FCSEFEALBWRERE LN, SOl EfICT I
OS2 HEOREE. Ty I FAMNEERTS. £z, BATORCTEARER
SNDHWEDTOMEL DEEIIDOVTIR, FRMBZERICR AN T2ICRET 57
B, EBRLEOBEIRIZWEELOGNS, BRPICEATLIEREDOH HME. ~12375X
T IR RFIREIIDNTI. BEICBRETIRICREZITD.

® RCR HE OTEEH

PA317/1LASN O3B EBRFERICB W THHEREINTW S, PG13/GCsap M-ADA
W —P B OWNEBE O R, PA317/LASN £ 0 & RCR WRET RN, Hig
EDENEEISNTVS, BRADEBERICBEWTS GaLV HED env BEFITNT 5
PCR#EZAWTRCR OREIRHENTTNWEEREE Lz, RBOBEICHERTS
PG13/GCsap M-ADA I2DWTlE, RERXBWT RCROBRE S+L-#kEE8) ZEHEALL
BITHA L, BEBEGEATEBICSH EOEME RCROEELRBWI S 2HERT 2, 28 SHL-EIK
DWTIIREE SRLICEZE L, MEEEET 5.

OBETEACHANDIIAINARY ¥ —ORilaEEN

VEOIA I AERNADAINATHD ., BREMEN THEREBEFEICT2EHDNA &7
DIBED DNAICHBAENS, ZOBRICPVWTETODNAIKKEEZRIZT I &I NnE
ZZ5NTWVWS, SE#EETS GCsap M-ADA B L OV AHETH D, BEEREVITILAL
DOV ROTA ARy F—LREH#EEZ NN, BEETL IV NART I —IZLD
MR EEOREITRN,

CHERDOERM LS ORIE\ DB ETFEAOREME

SO EFREERMZEEITRIZOBHMbERO MRSl £ FE0RE L. exvivo T
BEFEAZTIDOTHD, BRTHPEAINZHEZN LU THROMBRANDEETEAN
KN TR BAMEEIZRCRAEFELRVERDH D AW, £, L aoM VAR F—id
BN TIEEECARARETHHOT,. BRICGERTEAMBEEZZSTIRICHRAOL MO
A NANRY F—-NEEICERICAD, ENfRLS oM~ BEFHEA SNSRI
MO TENWEEZ NS,

2



®BELADANORGTEA DR
SEOBETEAREDL exvivo TITHhM 5 DT, BEFEAICED ZREZITHBNAD
VhOUANARZ F— 28V EEOHRWICEENSBETHD, L ROTA VAR & —%
BURKROIT N TREEREBICEET S, LML, METRAREE. Lhovs bz
I —W@IHFBCREETHY, VIOTAINARY Y — 5250 LBICHEERAE D LTHE
RPRILT BEREZSNRN, £, BREENLTHO ANBRT 2 2 213, RCRAEE
LIZWERD & D 2730,

ORAFENNBETIHSAAENIEEOBER

VAU AINANRY 7= EED DNAKCHAAENZHE, BEABTIE—-ETIRZND
T‘VFD@{WXNﬁ5*ﬁﬁ£ﬂiht%&@ﬁ%tmﬁﬁﬁﬁt&oTEEEﬁE?
CHRERBETFIEELZBEICHEE RS, L MO A I ANY & — O IR B DML
FLOMBHEIZ & > TRICEH < FEIBRMIIER L. £ACEEEEREC AW EEZI B h
S0 VNOTANARY F— DM BABHIHEIEIC & > TIEE< & XEFBE LR E5 5,
TOREERIIRD TEWEINTNS, FBRETFHEROENMBIILESHE TS D, BE
TEASINMRAERRRICD > TEROENTERFT S EFRSN, TORESMEITIES
RICHO> THBEND ZEBBETH S,

®BFREDE &

LhOUAIIANG F— DR AAB RO BANC &5 TIERH < B iz 1358 EM: o BiEss
HETS, FATBEEETO LRSI NVAD LTR BEFETHE, AR 0T —¥—5
HE2HT2 LTRICKDEFRECTFAREL. BELT2THEELSETERN, £ @
RAENDIFCL > TEAHBRETELE L., TO%MD allele DR CEETFTOLREAFET
HTEDEETERN, ULhL, ZOXIREBMMICHAATNA RIS TEL, TR
ETOMIBEAMOX D BNEHM) >/ SERADERD R TEEFEAKR L > ThERICRIEI
o BidEN,

(2) BETEMOREME
GCsap M-ADA OfrETHEMEFILIE N ADA DA TH Y. LASN Rz D Ned* BEF
ERALAV, ARE MCIEVWEETFOBANELS, TOHRTELTH 3,



(3) ML LHE

Ok EMIaOME

GCsap M-ADA IZ L 2 BEFEAREROERHIN CD34 BAEMEICIE. NXr &y —pEEille
PBEAT A EERIIED TEWEE X 515,

OflanEER, BREMOLLHE

GCsap M-ADA OB FE AL ADA BETFOHBEBICEZ 2D TR, TOI;IIZ
—ETHRV, ThRbLBEFEAICL S TEMNMEG DY / A ADA BT EICIIELIZE
27,

ADA XRHFEL ADA QiR RPRERETH . BREFEHECISMREEENERERETRN,
HoT, LEOUA ARG F—EHWCRETFEAILKY ADA RO I #L~ ADA
EHEATHIIEELIDOBEEIEEIZD D5, £ ADARMERRTHLOTAFEESN
THEEN RS ETDERITRL, RICEETEAR L > TRRICRRIN THARD
ZEEICBOWTHERRWEEZ 5N,

HBREFICHR ST sMilaDEL2M

BB ITHR ST DML ex vivo T GCsap M-ADA IZ K A2 BIETEAZfTo ZHTOME
Bl (Bfim CD34 BEMIZ THY., RETIMEOLEAEIED THRHHDEEDR
%, GCsap M-ADA BEA#IEk &8 A REROMEO BEE I KRR S ER WoEE
ICX DRERY B,

MM IR LB b1 23, RDBRTHSRRICETOEYERERIRELNLT
KTAFERENTBY, EloEkfe FERKNKRFEETIVETHD I EMAS INSDERL
BIETERIZZILALENDDLEEZI OGNS,

11. BETRRERFEOEBIAIETSH D ST SHA ,
il oA VA EBWEBRERTIEEIRL DERBICHEL, 2001 £ 9 AETIZ 1755



#1(J. Gene Med ; Genomics Website iIZEEh, Z0ELHIFERIL TV, $F
FERTERIY—IZDWTIH FDA KL DEBRIEANE2EDEM S bEBE I TNWS,

BAML, REMBRIRZEN & U ADA REVEICH T 2B ETFRERKPIEE 2N, 1BX
HE, BEEEOBE Bz, 199548 AN 199743 AETEML . TORE,
VROUANWART =2 ANWLBEFEROAMEER2EZHRE L TWa, ZORERIE
SEIOBETEFEOERICKERILD, BE, MEERALUHERE, BHMAERTETHD.
FEEROMESTEEDEMIBR/RL THWD, Tz, BRECHERICEDHERNOB B
EIFRRICTE 2 BAEETH 5.

5[ M GCsap M-ADA % f W MEHHIIAOEETEACEL TR, ChE TIolSn
D, BEARTOFATVOBRROERN TRV ELEBERETo TS, £, MHEHE
A SRBRIICEBL 2R L BETEALBERET > TS, —F. BETEA - RES
CBIT B IMEIL. BBTOFEIMA, BETEASERMICMA TES VAT ARG
BIR L7z, £/=. NOD/SCID %7 A% K Wiz RICH 0 TR E T8 A RN A 4y THIRAME
U, BETEEHEL. RESBETSIEEHERL TS,

—7. B CD34 Bl 2B & LB TaEiiT 5 A TX-SCID #6&% & L,
VRO ARG Y —EFHNWT 1999 FICEBS . EHBRFEEIESTERRN,
BEV 7 R EERA A IMERERD TN D,

12. BETFHREBERFAEDOE

(1) BEFEERERFRAZSVLEORRETE

ADA RISFED 2EMZ TR ET S, —FlIL 1995 £ 8 B ~1997 4£ 3 B £ T PEG-ADA #
EEDOPFRTICRMMY > /SERZEERY & U, LASN 2B Wi e mERE 2 £k L /-
BIETHD, BaFHECK > THEKY, SEENICBRDIRZRDLN, TORETRE
HEHN, PEG-ADA #EiIdd#ts s TWwa, to—FlX, 199 # 4 REENOLIET
PEG-ADA BEZFEMEIN TS, FHKRMM) > /7R OEENRFREL. fMERRE
FO07) OBENGETHERETCOHREIFRTRTH S,

30



BRI PEG-ADA ®iE (FEH 1, 2) &3kic, 8RR 07 Y EHO#RE, H1U M
RIHTBANT 7 AbFHS—)b - PUARTUA O GHOFHNIREMGEL TS

GEH 2). HHEANTYRMET TPEG-ADA OFld L <IEATAMICREZITD . EH 1
BWTII PEG-ADA IEDHIIC K > T, REEORENE SNEBBTIILEETHRE
KHREEBLBVWEEFBHD DD

BETEARECNENOEFROFHN CD34 BEMEEEZENELTITS., 2B T TR
B s BRI 2 EEE L . Isolex300i 2T CD34 B s 0T 5. ZOMCX L exvivo
THRETFEAZTWL, B<HEEE, #RNAEEZTFEA CD34 Bit#REHRET 5, XI5
—Id GCsap M-ADA 2T 5, ZONRT &I RIFFEEDRKE NIH @ F. Candotti i#
T oftsan, MU TKE FDA THIZRRB N0 TH D (HRFTER 2-1, -2,
-4},

BEHITBIEORMEOEZIREFIZIEHARZHWTEARBRGTOEE., ADABGTOR
RSB RCRESEZRELABNSBEOREZREHET 5. EAERTORRKRILLASN
& GCsap M-ADA 2K L TRIHT S REZHWTEKRT 5,

(2) BBRE OBREHER VR LY

B AT HLA O—R U7z MR B 19— L 2 BHEDT ADA KIBIE OB —RIR OBk
THY. ZOREINEEEINHEPEETRBEORNSICIIR SRV, JO&EEHRTHE
BRIREEANNZWES, PEG-ADA #iEh S L INT IS 1 7—5 O HST HBR = N 3,
PEG-ADA HZO&EBMIHRIN TV, $TLLASEBOBERERETERLS. &
MBS BRI R A 5 BB A BT B, o> T ADA RIBEKBWT HLA —BOF
BREEINEET S, PEG-ADA BIEASEBRANT, TOYPREHNTTHH L T TOHREH
R, BETRRONKERS, SEHO 2EMRIVTRS FROEELHEETHO
TH 5. ELELBEORENED SNLEMIRIA TS, |



(3) HREDRBEOEREHE
HEBREINFELASETHY, BEANRRELFE THRINIHRLEIEAFZHFRDZ
bEHRICHBEL, AEZ2ED FRAER 3-1). NEEOBEREIIN U TIRRESZFIE
FEECHEASEEZERL THREHZITL., BRERD,

(4) EIEHERUBREFAR
RIS NN S 3ER. BEREEAS: 26,

(5) BETFIREEKIIRDERATE

OOREHE

X REE

OFRMEMBEIREEN & L TEBYOBETFHRERIKAROMR > EHE 10 FDER

; fEF 1

1% 8 & BEED O IEIEEEERAHER, E8 10 » ATU OB, Ky /07U 2 fufED
BEIhESRERASENEDN, BEOKR., Bk, RiiRPT O ADA BERITIED T
BAET. FRMERDOFHLHEY dATP Z0EHHRD, ADA REESBEENTVNS.
EETEFOEE, R21IIH (RER) &1 b2 2BIT5 GHADER (BEX; €
DR, ATSAADRENECTREERAv -V LRB) 2RELREY, BHEICH
EEBRICERELTHED, HLA —Hon&GEH R —wizho 278 PEG-ADA #i
(46U /kg/week) MBI NIz, HEFS L2 PEG-ADA BIEOZRPE L TE/2/2®,
&%, HE£E, EXHEOEZEE, PEG-ADA #iL Tz 1995 4 8 A ~1997 4£ 3 A Off
BRI ) O /SER AR & U725 11 BB ETEAMBOR SN Th, BRPEE,
AEZRT, YLt ERAL TS, RHEMY > /SREIHE L, HRSENZ%
FHREOEEZRDE, FYEMEMRPICEGTEAMEE S%R1ETRD, BEEERFO ADA
BERERIIEATEROR 20%ZXETLAE L. NEOKRETOTY AMAESEEL., A
<o) LERIc L 3ESERREb PRI N, BRPICKEICEELZN, BEC
MSBTHBEB L., £, C<BRERZBICORBEBLZORENEREINZVEEERELK
BRiL. MEERFARSOEEEHRELE, K20 TREBREFOFEZIOTIAZ
STt B e RIS R BER R CRD U, BRITAZAMER GRS J0BKRTHRE
BERIR DL AREL TN, LML, BETHERNEZZY- <D TEH2H, KkE
) REREDOHL, BEFEAMBOLBOETZ2RDTEY, kETHIHREDLLT

3,



BENEENARRICRES TETWS, BIROFEMMY) >/ EREUT 500-1000/ul T, BEEk
) ADA FEMEIL 5-10U (EE DK 10%) TH % (HHFAK 1) . 8E D PEG-ADA(14U/ke)
PEAMELTWS, SEREBIIBFT. £EOHIRALICTIEO N RS ORE /R
LTWnw3,

(i) ¥rk 11464 B4 £ho ADA RBERIE; EF 2

E% 1y ATEEONRERIE, BOE, AEHNFESETREL, KEM YU > /2K
DEBRTHERLEZEDN. REOER ADA RIBE LW S /e, FRERZEL, KEnE
IR, FRIMERT O ADA EHIIED TEETH D, EEOFENRIEY dAXP [ERMERT
TEMLTWr-, BEFRITOER. QLIX (2 AZER) & R235Q (At AR
B2 ENENFEEN S 2V compound heterozygote TH-72 *® (BFFEEE 9. RAHE
¥ 1-6), ADA 2/&R#IEL7=E. coli # AWk in vitro @R T R235Q ® ADAEHERIEL
&2 ADTEWERESRL 2 GANEER 1-7), FHERELTFELRM /2. BREK
it HLA —B O Mg RH—nWiaho /20, REICE<HAL TEHEERR. PEG-ADA
k(45U /kg/week) B B U7z, TaBic X RO S sREadml ., BERHED O
BAOBBHENE, LML, BENRIITATERW, BEROSHREBERFTHDIN, U
NERE O BIMIIARREE T 300-500/u] BHBLTHD. EHWagEs o T R D
BEIRRTH S (HREER2), &, BIEICIENSHELE. HHEEEHE - AR/ THE
AL, HAEEREES - FREETHHILEBN L, HLA ¥ 7 TREKLE
OBEEIFEI N (WFFRERE 10),

QE =T EANE (F1-1)
SIA-BEIM CD34 BN 2 & L. GCsap M-ADA 2 WT exvivo TEHIETHEAZ

P

T2,

i) ErflsoEE

L BRETTRREOBEE2EEZREL, —AFCDE 5-10ml OB ZHRRT 5 (ZET
10-15ml/kg 2@ AEWE 51T 3), BHMAS5/Ny 74 —3—FoREL. EiT Isolex3001
2T CD34 B Al 2RI, FOME - RBS2RER. SREARK TR L TRz L
T5, ~HERERCRET 5.
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