BaRHMNEHRRBNS
FLORERATRSE
HETE T Se K FE D SR I ) U 7z

EAE B R T ERAER G O MEALIZ B3 5 BT
(18- F&EH - 7= - 009)

TR 18 MEIRRLSE

ELEE Bd BR
ER19 (2007 4 3 H




= R
I. REPIERES
HRHE SRR R EIE DO FEARIC R 72
EIERE ST EEAH DML BT 5 5L
FAERIZEE  BIE HEEE oot 3

I1. srHEprRERE S
1. BIEFRESEEINS/NLEERERE S
& MEFRRRRE RE O AR D> S B 7wl ek

HH% {R_‘ .................................................... 11
(Bkh CGDOEMBMMIEEEO E &0  fHmifEE - kEEZ -oreeees 17

2. BITIREOH L ERTRE AR

BIE SRR - e e 27
CEED MR DBIETIRPEEDB[A] v oovvrvrrrrrree i, 31

3. BIEFRERN7 ¥ — 0L
%EB [5% .................................................... 37

4. ADAKIBIE 2 iEP| D& FIaE OB R
ﬁ‘ﬁ I R R R R 39

5. HEETFEENREBE WY 5 HEMNECHICB Y 55T
EMI IE% .................................................... 45

6. EBHAFEEERE - FROBEHRLE
FAE TBEE e 49

7. INRERBREOAEE LTSRS ORESL
% LJJ ﬁz .................................................... 55

8. EEMEREFEED RIS 7o ElfEREnFERESI OMELICBE T 55T

%;i E{ﬁ .................................................... 57
111, m%ﬁ%@ﬁjﬁgcﬁgj‘édﬁi .......................................... 61

TV. ﬂ:%lﬁ%@ﬂﬁ% o EUE'J ................................................ 67




JEH: S5 RS B T i B <

i
40

&R

SHE Ot Sk

4
V

(l




BEAEFBRENREMDE (FLOFRERSHIER)
IR S &

HERMESE R B EE ORI A 7o SRR (a T E RS ORESLIZBE T D45
FEREE AiLEE ESREERR IR

MREE

S RAHEEIED P OERMEGLERSIEMREEL, ERLBYEEE T 555k
DERB ThH -2, FIEHECHHEREOEACENBMRBEORRIZLY, 5
BEay ba—WREL RoT, LA LEM M — OB, FIAEOREIZLY
E SR BEIREN TH D, BioFHRILECEMMREZENE 772D, &
5 Lz R —tEH G ORI D < BT & D7), SRR SR
BEFERORLE LN SRETH D, EE, BN E F IS R MR RSIER
BORT, BEbBEROLZ MBHERFIEE] (237 5 RIEFIHRD BT R IARK
BOREE SN TS, AR TR, BIHORBREGFIEROEFHEICESE, kD
&M EHIEBAE & i LoD, RIS FIBFEMEEZER L, £k, bBRETO
18V P SFIENE SRR TIRRER AR R D BRI FTREME A BRGE T D & L b, EFEEEE L
LRI FE O DENRR T IBEAER 2R L. £ OBRKRBIZEEER 23S LT,

SYRRTSEE

BiLER ExREERY S Z —BIERT - BTk

FE I AEERFRFEREE A/ NER
PR - BiR

HREERY REEESERRFENNER - 8%

IEER—  FERFEFMERLRER - 82

BHE M AARERKESE 2 ECFHE - BiR

MEE HRAEEENAR - 2%

Biligy HEIYIRFTEREYZ-BEFZ

' F-Ek

BIEF EVREERE S F - ER

RBORFI T RE - ER

A. WEBRE

INREREFEREIL, BY - BEROESRL Y
2, BIETLVSAVOERLZER e Sh, REE
LRV EH SN TETWS, £, #iRE

ORAEFVEORR - SEEIC LY . BOENRKRRA
ThHoTERBREREDE IIFEMDERR, &
BHEDRR. ATEOEOR ELRD R TE T,
Lo LEIIC D200 b3, BRARZRIER 2
W dIiZ, BRREBEENEZL OBREFERFERERER
KB BHED - ER &M b, BHAMRA
Lo TND, TNLEREREFEOPT, X
Ve S R AR R b < ICIBMEASEIER: (CGD)
. SHBEBEBRLLL ., Ehr BT HEMER
PIERBOIRTZ 00, BETREONRE
BE LTEORRE LBRICHBHFEL TS,
CGD 1o LTid. BRI TIXRAF A IR AR D
B SNBRD TV D, AT, B CGD
BETFHERORRERE - HEL, DBEO
CGD WREROBIR L LB L, £ DEBFREM L
Z DO DOAENRGTFERERHEZHEETLHZ
. S OICEREFIEROBEIGEEIC OV TR

11



THZEEARNET D,

B. Wr3EhE

1) BAIZRTB/NROE M EBHE DT
&, BREEE~OE DLBHRBEOEMOR
=t Chngé, AiH)

2) HRCBTHBETHREOERELHREL.
BICERERECH T @I TFRREDIT L,
AIREME - MR RFTT D (EE)

3) Ry E—DEe AR, BRI
HZBETFIREIOHREFT S (BHA)

4) BERICER SN2 ERBEEECHT 58I
FHROBHEITV. F—5 v MHRROZER,
ALE, B E=F U TR T a7 v
RIS LB (R

5) BT CGD BiaTFIAERL BRI HEL
T3, Manuel Grez ( K ). Reinhardt
Seger (A A), Adirian Thrasher (-f ¥ U )
L. BEFIBRERFEORR, @GR
HOBRFE, MEOLVE, §%OBE, I
EiZonC, REL. CGD #i=FIBEEDHEHMH
EEAERR (B, faFH, B,

6) REICBIT HBIEFIRRERIIZTEE R
TLEFEL, TOERLHENERTHA L
LT, BRIEBITAHAEEDHV T LA v
T4 —bLRaryeEr MIEBYRIEIEFZITO
HHMORE (D)

7) BHERFEECRE - FIKRBLUXZRLE
DEBRAELR IV, BRELZEFET D aH)
8) BIEFIREOINHE L TOERRMEEE
OBER G FEITIEORE (B1)

9) Zhb 8 DDBRM DL DOWMENLDRRED
5. BARIZBIT 2 EAMAERHEREORIS
FIRROZ UM ORET & BRIRFT A S DR
(&) '

C. WrERE

1) /NRERBREEIT 5 E LB D
A

JNEEIE. 1970 4£~2005 i A AR TERE SN
FEMBHRBED 5 b, ERERERSER
B 242 61 L | ERMEMRBREIED 149 fil 2t
BRRET L. ST L. BBEIT 45 #l, 12%T
HY., FTOREPEEFETHD, ERMERE
REEFH O CIIEEESUAET 2N 96
BICEEBICE WD, BREREOFERIL 1L RAR
WL, BHERIFEREL 21 HITHY, BHE
BrOEROPIREIT 11 B THHIPEEMICE
el o TS, ERERBEEE TITLaLRE
B 72 FTRGSEL. BIBAEVA T 4 —
BRITE N, EREABBEEOSHEIT. BEIC
BEELFERBBHEICLIVEETHENILD
i3, TR L ODIPRDIFIIBE,

BEMERBA TR, BERE 17T, REAN
RWEEDZVEND T2 ARAVCTHE
—HEBHDIEEORERETHIHERNEL .
H i CEMEEEOSES LB LT, [N
T =02 b OBFEITD 20N,

i, 2006 4F 12 A OFF T, BIHENZFE
FEAC KT 2B MBI EAE 20 & RE - BREd
L7z, 3EC 64, HEERUFEARE 441T, 2R
BRONTZDIE 65%TH -7z, 294 33 FD Y
— AR 24 B, KRR MM 4 61, BRI 5
B, FEMLERAS 1361 & DBAEITLL LTS,

Plbnn, ERMRBEREEIC ST 2
faBfErr. Fr—»sfonic<nz e, RN
H—ETHD I EBBITHND,

2) AR DBEETIRROBA
HEEL, BETREOHROBMEFE. £
HHHEELSEMRNFETOEMRG & S ERH»
5, BEERBOBEBFIEROZLELRF L
Tro EMEUL, 1999 FEF THM L TW=d, £



D% BRI R > T DD, hREBHIRE
ENTHWEIFEETIERNI EBREN, LA L,
SERAH R IR LI ERSUEMEM I &
D, BETe baiibr 9 & 1001CE L,

BT HRROBEERIL, ARBESERK

20 [HNABGFIRESRER] 277, &
BERO TICREFRRERS LBRENKREAER
DRI DOEEEZT. FEND 6 EDF — A
ZREHRBHEER TN S,

BAICBW T, CHREE L EATEEE
&0 TR FIRREBRITICET 2t 3%
AR 16 4 12 AICA&EWIEIZ R > TW DA, Fh
14 FRICEAERIRBESMEK I N DT
Hbd, £, BEFIRKIIERZOREHI L
B TEMT DO TIEXRWIED, IAF~Ti&k
EEOE 1BICyEIND, BENmEEEL
ZiT%, BOBETHREEBLIZLIIR-T
Wd,

3) Ry F—DRENE

BEE, BEMAEYR hu T o —08YET
NCOBRBFHREERFBEZ, LrFUAn
ARG B —DEIEERHER LTz, £, 7T/
BEfE A AL (AAV) <7 7 —DORBREEIC
MHTHMELROTND, Thbid, EHERMA
WCEERET T, D B WIIT AR A~DZIER L
WO D,

4) ADA REJEIZKHT 5B FIRED DT
B, 75 /v 7737 —¥ (ADA) K
iE 2 BIOBGBFIRREFEm L. BT Lz, Wi
NV MRUANART Z—5ER L., EOM
BB R/ ATERAIIR ©, BUVLETRLE 21T - T,
A3 DIRESEUERESE L. B MR LS DR
HEHLTND, o, Ny 7ERICL SHH
BRI L AR ot ADBRIC LRI Lz,
BIEBRMA I NE L LR WEERESFVT
WBN, SIERO—EDOH LB D BFKS TR

o FRE AR B HIGIRILEIILETH A

-

Do
—F. L haTALARRY X —DREWICD
WT, EHEEAEIGE ARSIV DRIE TR
FIZRBWT, 77 VA TOARBMBEDORIED 3
FlESh, BRI TS, DWERIE4618
HRIELIZE W) =ma—AR AT, SHEFE
HOBRBPEILRFOABALEZ I L THER
FINEL, BELTWS, BEFEALEN
LOM2 #IfEiz y&6T BT a BT,
cortical thymocytes 27 &7 —J /LHATEDS HIE]L
Lz itk d, 4 BIBETATH S, BEA
FEEOHA. BHRTH DS, B/EIEHRIC
Ry F—EATHRED, VKR HEAIL
BZBB, SETOBHE S, U RO
b ERDIIRBDTEY, LAL, 4 48 ZHER
THUEILIH D,
5) ERMTO CGD BinFIRFERARMAEDERF
/\ﬁ :
B, AL, BRAMIZEBWT CGD ioxt L TR
fEFRBEBERINE SER (FAY 2, AL
A1, AFXYR2) ZFEL. BRAEE FE,
RIS 2 BEICRE Lis, WTIOERTHHR
FFETR IR LM DBRYYE (FF 7 A~V ¥/ R |
AFREE . BHER) 7o CICBIB 28 BB A B iz,
BEFRALRICES AR OREREEER
BHERIZVWED L Z A, WTFhOEFIZH RS
TRV, KA YD 2ER (RABF) C.
MDSV/EV1 fHIRIiZ VA VAT ) A3EAS T
TR OBIRNI R A RO TV D, E2, F
AV D 2HEH TEIEFEAHBROBEFRHLD
FERERBIETT 584 (Gene Silencing) %
RHTEY | RO & RER2BEIIE~D
SHERRET, 1 EFPKIMmEICLVIET LT
WD,

b EBEIZ, CGD DOBEETFiHER A



HE L B ERYERMERR LT,

BT
1) EAMRYYE - RIECBSHFBENDHY,
D1 — 2L S s AR AE Y 6 B
EEZOND
(8) 7 A YLF /L A BIE
(b) A7 v NREERE Bk, k)
(o) EITHIRIEEE (WETEES) -
2) HLA—%0OFHNF—2E602n (B
L., B#mEER<)
3) BEmENE L., EnsiaBEOEE

BIESEND
4) BECEMmEMRBEE £ Lz, Fstl
CHRBE NI T

5) CGD OEFIZEIBSHEE L T D

4) BETHREMROEARORLE~DY A
7 DMEN

5) A T7xr—bFaerbAELRTND

BRAETE

1) A v 7x—b Farer b3 o TR
v

2) RUALBICH X DL WEREE, LAEERE
ERFELTND,

3) HIVIZEEL TS,

4) BHEEESEELTND

6) BEFIRECIIT HHERNE -

BNLIiX, RETORGFIHRROBUIRZ FHEMIZ
FAEL., TOERLBENT A ANy ra s
RBERE LT, EBILHRFEEOHV T L,
A TF—b R arivr MZEB U A7 D5
EZ T ORYUEDORITEIT 2T, BIFIBFR M
HEEZES L, REERRHBICI 28T
BROZEMEOEENRHY, 26kT2~3 4+ H
THWwmEHT, 7 barPERENEEIL,

{8~ OFAOKF Z BB TIT 5, 16 RULLT
HIUE, RADHDEH. 16 mARmDOHEIIA
ANZHBAO L7y M5, EmBOTHEN
HETHD, LEB-oT, RERETDH 16 U
FTHBNERADBY A7 EZB|EZTHT LI
Do

7) CGD BFE - ERBLIUOZRH LEDOERK T
BRI 2 ER

fiFfiE, CGD BERVOFEE, WICZHD
EEJBILENTNT 7 — MRE 2 FEH.
CGD DEFERIRE I CBRETIRRICHNTE
HAAEE ST LT, 36%DNFRANIC. IRIAHRIE
& U TRIEFIRFICHIR 2 00T T D 2 &34
B L7z, BB FIRREA R
ADHBEIZ, ZROEMROT 77— MRED
PCTHRBEEL,

8) SRR EEORERE T

Hilix, CGD DROEBEETIHRONEBER
LT, AaBHER BIF, FhEaE8ThERRE
B ORERGTIMEEZRR Lz, §%ORE
T, BEBRCEERFRLRD,

9) HAWZRITS CGD ioxtd 2 BB IAHRER
FRIFFEOZ 4, B L OVaERE 7 2R
DS

Y EOSEFRORENII O, EEEE
DR, BRI 2EREE OAENRE
TR OBE LR LT,

EVREERE V¥ —i3, btk R i
HZLTBY, EoBOEMENEELEERE
Efi, HFEEITo T\ D,

Whaix, BER, fiRE. EER. &
FRERBENTNZELERL TR . ARG
FERL CIEATS OE L/ NERBER D 5 20 §LL
kicbi by BYEAIEIERE O BAE OB A EM.,
IFNy O2EAY T 4 —bE LI EREEH 5,
MR R OREERL TR U< 130 #il 433 m




BB E R L= RERH 0. BER. &
RAREES, SRR, BAIME & OEEIC
LB N —TBFIIIHFEC I SBEL TN D,
BT ORI T2%DIRBETH D, &
EFeEfiT, B vrv) v, BiaTR
WHARIDER S, FEFTE bEE LT, &mE
BRBETFIT bIT- T 5, X, RRER TIL.
BICLAaSHEEZIILDETIRZ OBEED
EREEREBEORWLBE 7 x0T v 7 2 El
L. ¥k, TBE - FHREOoK] 2HEEL TV,
RAEDFER T, FEOKRBOT7 4+ 07 v 7k
HIBE S TN D,

—J5. WHFERTCik. RBAE - o {EHFREs. NRE
BEMREUIM., B - BN, Ak
WIrEE (BAEERLET) . LRI,
ERRROMIREER L, R HFFEED
EOEREE ETTWS, BERFEEIC BT
. EMEARARBER CTHH NADPH AF ¥
— P D 5% B DEF p4Ophox ZRR L. £ D
BREAEH LT D,

5, BARTH—DRERRHBET - RS
BREFEGREC LW DBREFIRRE E . R
LT DAMRERFNERF— A, BHEARZF
JEEDBERMZEEDO A D b v 72T B KE
INRBF— A AFRO/NRICER T B E A
BHEOR D ERDO S DHBERF PR, R7 4
—B% - BEFIRRBMERFALOBIBER K
2. BERERRFE. BT, ERRFERE
BFZeET, BASRMIIR 7 OB A AT AEBF L
BTG AFHEEL, EFEOEELZHATE
KRR TIRRERAHE T2 =7 M, K
BFEREZ—&2PLICBEL TS, $£,
RESE, 1BMAZEIEEIC R B BIE IR & R
XH7 FA Y0 Manuel Grez LB L
gp9lphox ZHAIAATEV R A VAT &
—% Eufets th0>HlEA L, ATRERAR 2 Eif

LT3, N7 ¥ —8 AR 30% %A, i
RERED L-INZELTNWD, BETFEALR
DAL & LTO LAM-PCR D&M, £
OMT7 a7 v FITRER, WKRFER, £
By, SfEERy. BIGFER, WEMRRTER. B0
REEHE ORIR & HIEORSL B EEZHA TV S,
o, AOREOFEXLBVRLERL, B
BFIRFRRIIRICED A 5 L7 5 b OIIHEE
FICBM L, EORMEEEL TV D,

BRIz, #ENIC NBEFIEREBRTTRELES
B&) OBBREER, MBER 9 458 11
& (N, &4 4) »okdEESH. 2007
£3A 9 RICH LESBEGN, MRRE, B/IE
FIRFOBIR L FIEA. EOFEERE L X0
HmEILE L,

D. B2

CGD B FIBERBRKRFIFEDBIRIZ DV,
FeAT 9B RN D58 > b EREIE R 2 15 1o/ R
B RIBFRBHFTE D I LA RENT,
Vb TA AR F i L B SRR
TR CHBEL R BALROHBER® D,
CGD DEEFHRETIHZOMBEIIRD LT
WOV, FAREEBLETHD, BIETIR
FERG PRI e DS B OB, Lo Y X
JERXT 4y FETFICERLT, BEET
FIRWC Y 27 OFERHFICHEFRA L, 1BHE
BT 2 L CRIBEAHBILERD D,

7o, BETFHERIIERTITOOTRI 4
FALOHRITBNT, ERBEDOTFEHORIG
FEOWEE 5%, QOL 2M ET2EKETDH,
AARR S UOHEEE, #EF L T REBH D,

E. &%
AAIZBIT B AEREEEDOBBFIRFEDTZD,
B FIEENBERABROER, BRMITEER



HloEf, EafmBEO¥E. SEHLER, KR
EFERY Z—2hii, B, S
E ORI AR LT,

CGD B1nFIRREEERITSL ORI T O EHMIR
B & DAETOEMBHRBEORKRNL, D
BETOBIEFIRERERIC S > TOXNGBE
OBIRFEEIERBRET Uiz, ZORE. BN
EIRRAS IR TERVEERDRRICH DN, B
BERBREN FITREETH 5 ERITOWTIE,
BHICEETFIRREER T2 LAREATHD
L LT,

F. fERERER

TR BWNT, VR TUA VAR Z—
R L7 X-SCID 272\ A BIETF BT,
4 HlEOHIIBNRIE LTz, SEMIERET TH
%,

G. BFEFEE

FRER

Bk, BibB#i, BERFEEORET
BREERPT R OEFIRTUZSONT  F 14 [H

BTSRRI ES 20064E 12 8 B H

H. SR EERED HRE - BEIRK
EER L



JEH: S5 W R E B TR il Bl <

o P FE ¥ o




BAGBRFENEEMGE (FELFEEREHHER)
S REEE

WFFEERRE  EEAMEE R BEIE ORI 7o GERE G ERAEH ORI S8

SEPRE  NE R HERFEEZHAEDRFR - R

=T
BEVAMESE R BEE O b T MBS TG & 72> TV D ERIEREREE & AR E TR
BIZOWT, ORETOEMESEMEBEOEKNEFHE L., B FHEOMEFBENIEZDZ DD
EEaEete Ui,

HOMENZEBVTIE 1970 F02 6 2005 £ F TOHIMIZ 242 FlD e RIEREAEAE & 149 FlD R
PR EERBICBOWCEMBRMEBHEAERE I TS, KERBIIAD L, BEBEESGERE
(SCID) 96 i, Wiskott-Aldrich JE{&#E (WAS) 58 i, @MERZEEE (CGD) 21, SRk MEEE
RIERIE (Kostmann ¥%) 18 7. Az 28E (MPS) 726, BIBREY A 7 c— (ALD) 45 )
BB AR L0 5T,

B ERBIIR A M 2R H Y, &< IR AL 7 REHEN S 7 240 LT OEMEE
MR LTV 5,
SHIFNTNOBEMIEEC N —IC X 2BHEOFEEBE LoD, Bx DEGEICERE B
DIABHEFEZRRL TN RELDEEZ D,

A HEER

IR R R EEIC S DB FinEiE L B
FTDHIHY, ElEMEEHEIC T 5%
REHRITKRERBEICRD,

AT BV THIERERE R SRR M
RMEERER EOBIEMEREFIEICT LT
T TV D EMERAABE O EiRn % HE
L. BIEFIEROWRETBESLE DD DEEER
7 R A = P BN

C. BFFERER
1. REREOEEEBEE

TR REIE2 b I RERBE TR
BUZI T DIERIE & BB A REBEICE 1 1R
L7z,

P RS R EIE Tid 242 BIZ BV T 276 [H
OB TN, 26 FIT2[E, 14T 3E, 2
BT 4 BEOBHEITHOIL TV, HEEOEH
X 30 BEIAEFERE, 3EIMNFEA T, 1EICE
B. #F#EHE WTHEBEBAHATH T,

ORETER S NI e REREREIECHER FRERBEEFEBTIE 149 FlicB T 165
HERBEERE R EOBREAREFEICHT EOBEIMTONL, 166 T2E, 1FIcBNT
5E M EMIABAE I SOV T B ANB MR EE D 3@@@ﬁﬁﬁbnfwtoﬁ%ﬁ®@mﬁlz
& M E R B R A B RET L T, BHZRB O THERE I EBEFRL T3 HICBNT

BREEMEEHIT 1974 F£~2005 T, 2007 F 13l EHEBE CH - T-,
2 A F T AARNRMIEFESICBREBENTD
NTWEF EXE & L,

11



2. REEEDOBIEK
REBFEDOEGREBHEREZR LI LT,
HRERERESE CIHIEEESLERE
(SCID) 96 #i], Wiskott-Aldrich fEfEEE (WAS)

58 #il, BIERZEIERE (CGD) 21 #], S REHEE

PRI ERAE (Kostmann J[) 18 fil7e Ei2kiT 58

IR L h 2Tz,

FTRERBEEEETIL, L =2ZHE (MPS)
72 ., BIBEEEYA o7 o— (ALD) 45 ff
72 IR BB E D o e, MPS OF Tl
0 %!® Hunter #0844 il & i b <, IRNT T
A% Hurler % 12 7, Hurler-Scheie ¥ 4 T
16 Bl CThH o7, BT I BT 5 G g
OB RN D BRI TH L3, HAERRED
TOTATIHOIRRZNZ LIGER LTV &
ERZbD,

3. BB OFESm & MR
T RMERER DR L O RIERE R
IR, 720 CITHBRZEDIEF DO & SR &
B DB OFEES M & MR Z R 2 IR LT,
FERMERE AR BRESIR TILE R R R TR
ERE Y bR OFERIME < SCID T
& A EDRERFIN 1A TR Z 3, WAS (2
BOTiE 158, Kostmann RIZEBWVTIE 2 A3
HFHRETH o= L, CGD IZBiT 2 BHHEAF
FEEILEFEIRIC A L PR ED 11 Th o 7,
FIENORBIZISNT D RGSE O BE B O5HE

g

FEEDE R Y DEIC LD b0 EEZ BNS,

SR B E R B T, MPS 728 el A4
BCBMEEZZITTWAHOIZR L, ALD TIHEER
RTOBHENZ L Ipo> T D,

BEHNCH D &, BREREARE, ERME

12

REEFERBEOONTHICBWTH B RO ED S
LPEFEBZE < Ao TV B R, BRI &
RHBEBOZ N XEESEDOBEBERNE LD
TEILEDBDTH D,

4. B OERBIHES
PREICRT & mErIaERET 1970 F4X
W72 S BRA SV, WO & L TIE 70 4
A HBIT N 7= SCID x4 % Rt 22 5
BEEN TV D, 80 FRITR Y BHEBAE, 90 F
FRAC 72 0 RS I 85 AR R A SO 5 L RS 3 I 2o
D, ELICMmE R —0hELTERAL IR
[ N 7 &4 UM N —0 6 O 4H
MATREIZ 2D . TR O DERERBIZEBWVLTDH
B N ORI e b O O A & 72
FotTwns (B1. 2),

5. BhEMila L N —RN AT BREOEE

2 LXK 3 ICBMERRER, PRl AT
MWOHFEER LU, BEHE TIERESE Of
DMGED OB LY bIEMESE K h—Dnb
O F RO MU O H0S EE - T %,

D. &%

OOEIZIT B RERE R & ERER
R E RIS 2 E MR O E R
WZDOWTHEERITo 72, B E & HIzEERb
3% 1 i AR OB T A3 B 22 B 1
BrEhTno,

IhbOBEEHEETIE, BIENE—TTH
YCHDHEITIEFERA NN EREL, [
BANTHR—DRETHLPREFETH L5
BbbHb . BILRFEREOmORBICE~FRE F



T B OB D R0,

B S 7 R LS 7 I E DR T A

T LOFESLIZ X D IEMLE R —0 6 OBE O
ENEL Y, B CRIBMEE ERTHZ L H
BITEE LW TR R TS, SCID ®
WAS 72 & O RERE R EEIZB W TIE, B
DEBEN D72 T & bIRGR IS E T &
BIFEMBHEITERICTHY . FED REFT
H Do

VU EREEREN IER Th D L D RIRERE T,

—7J5. CGD. Kostmann J&. MPS, ALD 7

EETREOLZOVIFFIBHE L D IZEHBIEOS
DEELBHEBRE/FTEOLDLEERD
ﬂ_(b\éo

E.

i i

SHITFNAETNOBEMARES R —I2L 5

B O EBE L >>, Hx OREFEIZEE
ERONDIBMGEZBRL T ~NEHLOL

ER D,
F. fFRaEEER
L
G. WrEsE
1. @w3CHEEK
1. Kametani Y, Kato S, et al. Developme

nt of human-human hybridoma from an
ti-Her-2 peptide producing B ceclls in t
he immunized NOG mouse. Exp Hemat
ol. 2006, 34: 1240-8

Yahata T, Kato S, et al. Clonal analysi

s of thymus-repopulating cells presents
direct evidence for self-renewal divisio
n of human hematopoietic stem cells.

Blood, 2006, 108: 2446-54

13

W b

Muguruma Y, Kato S, et al. Reconstitu
tion of the functional human hematopo
ietic microenvironment derived from hu
man mesenchymal stem cells in the m
urine bone marrow compartment. Bloo
d, 2006, 107: 1878-87
Kobayashi R, Kato S
in patients with Wiskott-Aldrich syndro

et al. Outcome

me following stem cell transplantation:
an analysis of 57 patients in Japan.
British Journal of Haematology. 2006,
135: 362-6

Yabe H, Kato S, et al. Allogeneic haem

atopoietic cell transplantation from alte
rnative donors with a conditioning regi
men of low-dose irradiation, fludarabin
e and cyclophosphamide in Fanconi an
aemia. Br J Haematol. 2006, 134: 208-
12

Ando K, Kato S, et al. Direct evidence
for ex vivo expansion of human hema
topoietic stem cells. Blood. 2006, 107:
3371-7

Muguruma Y, Kato S, et al. Reconstitu
tion of the functional human hematopo
ietic microenvironment derived from hu
man mesenchymal stem cells in the m
urine bone marrow compartment. Bloo

d. 2006, 107(5): 1878-87

. B EERE D HIRR - BERIRTL

FEFEUE 2L
ERFERE 2L
TOM Bl



L

TR ERIBIE LKL

OB 45 B O R OB 4

JEBIEL

Bk

. FERMREAN R

[\')[\UHHHHHHHHHHQOO\]@@»&CONH

—_ O W0 U R WN O

o
(\’>

HiEEARETE (SCID)

Omenn syndrome
ADA KBJE
PNP KiBJE
A E2{KHA+SCID
SCID DA DIRARERE
Common variable immunodeficiency (CVID)
Agammaglobulinemia+NKdeficiency+T deficiency
Wiskott-Aldrich JEfEEE (WAS)
BHERZEEE (CGD)
Chediak-Higashi fE/##E: (CHS)
. Leukocyte adhesion defect
BN G A v ¥ K HE
& IgM JE{ERE
& IgE fEERE
. IgG V77 7 A REIE
. Hoyeraal-Hreidarsson JE{ERE
. Kostmann J&
. Shwachman-Diamond JEfEEE
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. Myelokachexis
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1.

Lo ZPEEMPS) (A&

1-1.
1-2.
1-3.
1-4.
1-5.
1-6.

1-7.

MPS-1(Hurler)
MPS-IHS(Hurler-Scheie)
MPS-II(Hunter)
MPS-11I(SanFilippo)
MPS-IV(Morquio)
MPS-VI(Maroteax-Lamy)
MPS-VII(Sly)

© 00~ OO b Wi

Bgukn A 2P bu 7 4 (MLD)
I-cell /5

Krabbe

GM1 gangliosidosis

Niemanpick %

Gaucher /7%

Multiple sulfatase KiEjE
Pompe ¥

1 0. Galactosialidosis

. Mannosidosis
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3 2. SERMERERSREICI T D MIERAEE O F o &

T A A =5 A -
P ﬁi 2!; £ | som | was | cap i{;;g & TgM ﬁ:i#i # | MPS-II | ALD
0 91 69* 9 4 4 1
1 40% 15 20% 1 13 3 1
2 14 1 6 1 4* 23 8
3 12 3 2 1 3 12 7
4 9 1 4 1 2 18 6* 2
5 5 1 3 1 11* 7 2
6 7 1 1 2 12 4 7
7 2 1 1 13 4 7
8 6 1 2 2 1 11 7*
9 3 1 8 3 4
10 3 1 1 1 9 8
11 9 1 3 2% 2% 3 1 2
12 4 1 2 1 4 2
13 4 1 2 1 3 1
14 8 2 2 2 1 1
15 4 1
16 1 1
17 1 1
18 4 1 1
19 5 2 1
20 3 2
21 2 1
22 1 1
23 2
NG 6 4 2
aF 236 92 56 21 18 14 149 44 45
eyl
Bk 196 77 58 20 7 14 121 44 45
i 45 18 0 1 11 0 28 0 0
piNi ] 1 1 0 0 0 0 0 0 0
XA RED TP RAE
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CCGDEIMFFMAEBEDNEED

FE14RBHEBEERENES
mH B
KE Ez

# Year Age Donor Source Qutcome

01 1992 11 Matched sibling BM ALIVE

02 1996 3 Matched sibling BM ALIVE

03 1997 10 Matched sibling B8M ALIVE

04 1998 9 Haploidentical sibling BM ALIVE

05 1998 8 Unrelated CBSC . DIED

06 1998 5 Unrelated PBSC DIED

07 1998 20 Unrelated BM ALIVE

08 2000 5  Matched sibling CBSC DIED

09 2001 8  Matched sibling BM ALIVE

10 2001 6  Matched sibling BM ALIVE

11 2001 2 Unrelated BM DIED

12 2002 18 Matched sibling PBSC ALIVE

13 2002 12 Matched sibling BM ALIVE

14 2002 21 Matched sibling BM ALIVE

15A 2002 12 Mother PBSC REJECTED

158 2005 15  Mother BM NON ENGRAFTMENT re-transplant
15C 2005 15 Unrelated CBSC NON ENGRAFTMENT re-transplant
15D 2005 15 Father PBSC DIED re-transplant
16 2003 13 Unrelated BM ALIVE

17 2003 4 Unrelated BM ALIVE

18 2003 4 Mother BM DIED

19 2004 27 Matched sibling BM ALIVE

20 2004 10 Unrelated BM ALIVE

21A 2004 2 Mother BM REJECTED

218 2004 2 Unrelated CBsC ALIVE * re-transplant
22 2004 28  Haploidentical sibling BM ALIVE

23 2005 20 Matched sibling BM ALIVE

24 2005 16 Haploidentical sibling BM ALIVE

25 2005 4 Unrelated BM ALIVE

26 2005 15  Matched sibling BM ALIVE

27 2005 20  Unrelated €BSC ALIVE

28 2005 . 14 Unrelated BM ALIVE

29 2006 3 Unrelated BM ALIVE

(FRE18%12A7HIRE)
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(REFEMDH)

0-5 610 11-15 | 16-20 2125 26- &
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Group 3
No overt infection/

inflammation _

Group 2
Active inflammation/ Group 1
Inflammatory sequelae Thera.py-refractory
infection

Group 2

] Alive
] Rejected
g Died
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