,
X/
s"\«' "I

A i R
g‘ P

WS —

XK= (CHE HAoNE —

X2 EAPCRE (CtfHE)

C. HHEmE

QPCRIEZ AW REFIEOHENLY
XL, TagMan B2 L 5 Ct [EOBEIE
&, Ct{ED S 858 DNA F DB F =
C—HEHETE D L EHR LI

gp9lphox BfaF% 1 av—FT 5
HT1080 fifd % A # ¥ — K& LT,
BETFEAIN TRV HT1080 A
LIRE LT, 7/ L DNA 58RI,
Q-PCREZFER L, EFEAMBD
HE L LL<HBETETF—2%2B5%5
EERBIUOK 3 IZRT, LizAo
T, CtENOBEFRAZIENHETE
SNBHT ERERL,

SHiZ, ZOFEEZRAWT,
ep9lphox BnFE Lol hu A
AR F—IZ LV BEFEAINE
HT1080, K562, 293T &#fakk. b
BRI CD34 BtEEpMfa i & CliaF
BADERERFT DL b TE,

D. E£
—BETFEECLIEXRETE
it & ICHRRMRERSIERER
L, NBRA TR, BHBESCESE
FAZ K > TREAERIZ KT B 1B T 4E
27> T& T, 2 TH. XC6D i,
NADPH BEALEER DBFEIZ X v, R
TOEMBEELEICEELE LS,
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& gp9iphoxat —HAISELCHEM S
HESNDFTAE

gp91phox1 2 Ctffi &
T —ERO M L (%)
{%} BrhGaak Fivadil
50.0 2.760 43.75
25.0 3.553 27.05
12.5 4610 14.26
6.25 5.897 6.54
3.13 7.337 273
1.56 8.240 1.58

o7 2T1.6503Ln(x) + 8.9957
. R=o09827

dC Tl

I 13 TR

OIphex B R FDEEFELE

3 dCT & BETHADE

DS, ILIRH X v iFPEROBE N
FEINDT-DEERLELZERY L
THEREGEREETHD, ST &E
TRRRGL ARV IRL  BRREFhEE LR
HEOBIWERA LIZL D, HL3E, ik
2=, B2 FOZBRIC b D EETR
2x5|ERI LEBICIIEIIWED
RETHD, BRBHEIIAREBDRE
DOEDTIEIH DN, EEEEHEDH
9 K= EERBREED-D
BRBENEREE Y 2 2VWEE
RE. HICTHRRERIEEETIIAR
WV, EHITiE. BREBEEZD GvHD ©
RIERNE L, FOHIEIBO TEHL



WZ Ehh, BEBHEITERBEMEKICE
STHE2EELTIVRILHD, —H.
EBEFIEEIL. BECOBHEWIIRMY
mEDENFMBEER VA LT &
B piERRGS R, EE R
FE~DIEEDRIPERINOOH Y,
BEHBHEICODOIEERRREDO—
DERDIBHLDEEZLND,

BLRFEEERIT. FRBEETDH
D, REDGEKREH D, BLFEAZ
NrEBRHEROEBSEFRETHIZ LIX
BEFRECLDIBEDRBIVE
BEMRBIRIGOREBLEHRERR O
DIZEETHh D, AoHEmFEIE. KFE
EREtrL ¥ B TEE~DOERT
— & LD L EBHIT, EREDOBLEFIE
BIZHLRASIN Y EBHVXT A
BETHD,

B TFEANIXLHPBEEFIEETIL,
BABGFORBAIZLIREBEEF
DT - RENMBEORBTH S, L
72030 T, A EE LI L EAER
FOEHRBBISITTIRRL ., BE -
REBEIN-BEFOREADRIZVE
5 ETCOES - FERICOWTOEM R
RBEORFBEHROBETH D,

E. #i&
BLEFEADRL IO, EAERLT
OFEFZ BT H7-DIZ TagMan EE
PCRIFIZE D BB TEERE T AT A
BRESLLT=, KV AT AT, BlETFE
ADKIEFEL LT, Eh0BRETE
CADBIZHLISATRETHH D, AUF
FEI/NRERME R B OBKTIEEEE
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KD RBIZRKWICEHEET B LD
Thd,

WEE BRI, KoHEmREIcHE AL T
REE->EENREFEFEE ¥ —
Wbt B T2 R EBHEN L. TR
FTBHE - AR SR AL IR $h I Se AR 1T R
HOEBEEZERT B,

F. BEfERER

G. AFEEHER
1. XK : 2L

2. FRBER

TOWARDS CLINICAL GENE THERAPY FOR
CHRONIC GRANULOMATOUS DISEASE:
OPTIMIZATION OF GENE TRANSDUCTION
INTO HEMATOPOIETIC STEM/PROGENITOR
CELLS. Yasuomi Horiuchi, Makoto
Otsu, Nobutaka Osuke
Migita, Tsutomu Ogata, Xiao—Kang

Kiyokawa,

Li, Masafumi Onodera, Akihiro Kume,

Torayuki  Okuyama, Junichiro
Fujimoto, Hiromitsu  Nakauchi,
Tadatoshi Kuratsuji. %513 [EIEA

BLFRRES

~30 B AHE,

TR 1946 A 28 H

H. M EEOHRE - B&RHE
(FEZET, )

1. %3FEUE 722U

2. ERFERE L

3. T L



BAFBRMERE (FLLFRERSHEEF)
SHEMEREE
/NEEIEHERERFEECH T 2 B8 G F RIS RIEOR R & BRKIEHA

SHEPEE BT BE FEKFERER AFRESFEFEMER B

MREE

WE, VR UANARY Z—F AW BRFIRRERFRICBW T, BEXT ¥ —
OYRBEFAILL VEFEERFORBRENEZ Y. TOBRLE L CEMREENRIE
L7z DHRERD D, ZFFETIEL bu A NVARY ¥ —DRBEEFAZ L D50 EE
FORBEAL (positional effect) ZEF T D7D, VANART FZ— (FayAf/2R)
PREELICI aE—LAFIRWVELRTHRE~Y Y A% 4 Z5%EH L, OB ATAT
FELETEHE LAM-PCRICTRE Lz, RESINEEEEFIX. 4127V Dl#&E
=+ (CCND1). MIitll #Ef=F. F—_I &K 3 EET (D3). BLV 5 FLEE
LOXREEBEFTHY ., BE. IO~V RAOEMRELE REOICEIT T2 LT
TANANRY Z—§EAIZ L B positional effect D—¥m & fEBA L X 5 & LTW3,

A. BFZEEE)

Lha oA LVARRY Z—DREREAIICL
5 EELF~DRBEEE (positional effect)
BT A0, BTy A VR E
1 a—F953BEFRE~TVREEHL,
T SREBARALE &R T 2% E LAM-PCR
WCHEE LT, vV ADEMRMBELE T
ERET & BhE-S TR AET T 5,

B. B3 HE
1L VFa A NARIZ—FHANTT TR
FRMEENHIRR (ESHIRR) IokEEraisy
237 (EGFP) &z F%##EA L, 5 EGFP
HKMESHIRZ 3.5 HRBRIIBATSZZ L
TEEFHE~ TV A #EHT 5, KIZ, £
FEAMR A U DI BE S ENRSLER D
LEFIBEL, C57TBL/6 v U R EHNT& bR
HZ LT, FTuyAILADa C—EBE
L7 Fl, R~URZEHL (7 uoA
NWAF—FORIBLRTFIZLIEAZR
TWRWOT, BEORIZL Y T0ExE
FEBOICIIEET 2), HROICRER
Elae—Lnr7e oA A RE2HF LRV
U AR ERNT B,
2. B LAMPCR Z7 0 oA VATHB L

e oA VAT Z—@ 5LTR (Zifi[E &
(anti-sense oligo) {Z biotin {L, primer % 3% 5t
T5, THEAWVT 3 > 5 T primer
extension L, a2 U A )L 2D 5LTR @
franking region (27 & — D ATBALIITEE)
#1483 %, Primer extension #%, avidin £
— X2 CHENE U 7= fragment 2 BT 5, [E]
IX X7~ PRC EWIZ linker % ligation L.
nested PCR 217 9 Z & THRASBMELGF%
HBIET 5, T0%., BEY% cloning,
sequence 352 & T, YU RS ) LELFI X

> Seb b
D QBT Z RET D,
LAM-PCRO) iR
GemomicDNA Provicd DMA  Geoomic.
%) Primes Extension M
]
Conplomeatury Strand  LTRI
iy,
2) Magnetic Captire ﬂ
e
3) Linker Ligation kil ﬂ -y LINKERS
LC1: SO0ACCCOGRAGAGATCTGAATTC -
L ﬂ [ mnzmmmm"mo.a °
Hecam -——_—____—@ GAATTCAGATC O
L:—-"?-_-'ﬁ:m PRIMERS
o am  m m LC1: SGCACCCOGAAGAGATC TGAATTCS ©
LCM: SMGTICCACAGCAGTTAGS-1 0
-D LTRY: SOAGCTGTTCCATCTGTTCETGACCTY-) &
SPCR (M ,_;_,.--_-T'-" L:mmmm:u 8

21

(REEOERE) SR L7oREiT3~T




v AREETHY ., -, RERIIHEXRE
L VEBAIN TEBEFHEBLEZERHEHE]
e b ONT TEhipERRSHE ) IZESWTfThbh
TWa,

C. AR

1. EGFP Bi&F#E A ES #Mf2 L » Bz F+%E
< REEH L. BIESRIZIBVTEGFP O
RELTHATCELBEFHEX ATy
AED Fl, R=UREEHLE, Zhb
<7 RZBWTEH EGFP OB ZHERL T
W35,

LEBERBEFURE~VRIBW T YA LR
I—FORMBLEFIZLBEAIRLTY
RNDT, EFEMRANET D EE SR OE
X, Zoav—KixEb 45, ZoZt
ZFAL., 7oA LAR 10 avr—Ll L
AT 3B EBEFHEXATY U RLDY
C57BLI6 v 7 R L HTFEbH R - ¢ Tou
T A NWVAENEA Lz Fl, F2 =9 AMME
HL7, LT, &#B9IZ Southern blot
TR EIZ 1 a2 —0L 3 ET A EE
FHRET RE 4 ZRFERSL LT,

3. k3. 4 BZHH~T ALY genomic DNA %
fHH L, 2B LAM-PCR {Z THE AN & F
EL., ZOEFIZEII~T AT ) LEFIL
DEBEREEFERELE, TORBR, DE
T ReEEEOY A2 Y Dl BEEF
(CCND1). 2) % 3 ek LD myeloid/
lymphoid or mix-lineage leukemia translocated
to 11 E=F (Miitl1), 3) 5 16 ik Eod
F=r_I U ZEFEETF D) . BITCHE
5 ek EORRE DB FIEICEAZ
T,

1) Y1V D1REF 2) Mt R&F
E f N
EGFP EGFP
3) F—{=U S BHRETF 4) RRAERETF
&P 3.8 kb
E ‘ 27 kb
: —_—T

4, BEE
BE. LA NLARRY Z—% A&
EFEEIIRRERERSEZFLE LE
BRERBIZH LITONTWB R, ZDOEKRD
BIEEAIZL Fa A VAR ¥ —NEEE
R A LTZ5E, positional effect iZ
LV EEEEFEEELL. BILRERET
LERRERH B EWVIZ L TH D, 727, E
BIZIEHEDITHLEL DTu AL NVABE
BOBETRNITHEAIND 2O BATN &
B ¥R b D —xt— O BIR 2 BAREICREIT T 5
DITREETH D, Z D=, KFZEEOLER
1 at—oFavf VAR ETAYY
AT 5 Z &k, HATALOD positional
effect ZHAREIZMEBA CX DA TEETHY .
F.BONTERIPOINL LV ELER
BB EFIEESBETX D RELE
HTND, S RITTFEHLT 0 A NV RADFEE
%79 EGFP DRBEEXHF T 5 Mlitl1 72 HIC
D3 BET~ U A ZHFLICEBEEFOREREIR
REFTLCITSFETH 5,

D. &

REE 1 at—DFu A VAEET
DI A AREBSIL, 72, EOBAL
AL b NCIEEREBFLRIE L, 5% ILE
BEEPREZED, Zh b~ ADEERLE
Mo R HAR % LR EFRITARAT L T <,

E. BEGKRIER

F. BFZE3ER

1. R XFER

1. Onodera M: Gene and cell therapy for relapsed leukemia
after allo-stem cell transplantation. Frontiers in
Bioscience 13: 3408-3414, 2008.

2. Nabekura T, Nagasawa T, Nakauchi H, Onodera M: An
Immunotherapy Approach with Dendritic Cells

Genetically Modified to Express the Tumor-Associated
Antigen, HER2. Cancer Immunology, Immunotherapy
(in press)

3. Chiba T, Zheng YW, Kita K, Yokosuka O, Onodera M,
Miyoshi H, Nakano M, Zen Y, Nakauchi H, Iwama A,
Taniguchi H: Enhanced Self-Renewal Capability in




Hepatic Stem/Progenitor Cells Drives Cancer Initiation.
Gastroenterology 133: 937-950, 2007.

4. Oka N, Soeda A, Inagaki A, Onodera M, Maruyama H,
Hara A, Kunisada T, Mori H, Iwama T: VEGF promotes
tumorigenesis and angiogenesis of human glioblastoma
stem cells. BBRC 360: 553-559, 2007.

5. Namba T, Mochizuki H, Onodera M, Namiki H, Seki T:
Postnatal neurogenesis in hippocampal slice cultures:

Early in vitro labeling of neural precursor cells leads to
efficient neuronal production. J Neurosci Res 85:
1704-1712, 2007.

6. Nishinakamura H, Minoda Y, Saeki K, Koga K, Takaesu
G. Onodera M, Yoshimura A, Kobayashi T: An RNA
binding protein aCP-1 the
STAT3-mediated suppression of NF-kB transcriptional
activity. Int Immunol 19: 609-619, 2007.

7. Seki T, Namba T, Mochizuki H, Onodera M: Clustering,
migration and neurite formation of neural precursor cells

is involved in

in the adult rat hippocampus. J Comp Neurol 502:
275-290, 2007.

8. Hamanaka S, Nabekura T, Otsu M, Yoshida H, NagataM,
Usui J, Takahashi S, Nagasawa T, Nakauchi H, Onodera
M: Stable transgene expression in mice generated from

retrovirally transduced embryonic stem cells. Mol Ther
15: 560-565, 2007.

9. Onodera M: Gene and cell therapy for relapsed leukemia
after allo-stem cell transplantation. Gene Therapy 2007
(21" Century’s Center of Excellence Program of
Japanese Ministry of Education and Science), 286-295,
2007.

10. Maruyama H, Watanabe S, Kimura T, Liang J,
Nagasawa T, Onodera M, Aonuma K, Yamaguchi I
Granulocyte factor

colony-stimulating prevents

progression of monocrotaline-induced pulmonary
arterial hypertension in rats. Circulation J 71: 138-143,

2007.

2. FRHR
Masafumi Onodera
Gene Therapy for Hematologic Malignancy
American Society of Gene Therapy 10" Annual Meeting
May 30-June 3,2007
Washington State Convention & Trade Center, Seattle,
WA,USA

Nabekura,
Nakauchi,and Masafumi Onodera

Tsukasa Toshire Nagasawa, Hiromitsu
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FEASIBILITY OF VACCINE THERAPY WITH
DENDRITIC CELLS GENETICALLY MODIFIED TO
EXPRESS THE TUMOR-ASSOCIATED ANTIGEN
HER2

% B3ERFEEFIERES

2007.6.28~2007.6.30

EREZEXRHE 7 — (BABAEL T —)

Masafumi Onodera
Opposite effects of an integration site on expression of the
transgene-Genesilencing or Leukemogenesis
IVth Conference on Stem Cell Gene Thrapy
September 13-September 17,2007
Thessaloniki, Halkidiki, Greece

Tsukasa NABEKURA, Toshiro NAGASAWA, Hiromitsu
NAKAUCHI, and Masafumi ONODERA
An immunotherapy approach with dendritic cells genetically
modified to express the tumor-associated antigen, HER2
AAREFE
2007.11.20—~2007.11.22
R
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BEA#BRERRERFHEDE (FLLRERSHEER)
(5y18) MEBREE

/NREETAME R R EE KT 5 SRR EFERIGRIEORFE & BRI

(5318) BHFEE AKRE

HIEER K FEHEHIR

WRES

AL Z EMTETI,

VELEZ OGN,

BEEOMBRIZHEL ) 2 EHEMERSHR~OEEFEAEL, 7
F)REETANAZAD Rep EELZFIAL T, X7 ¥ —HARBBOFLBREAEZ
ki (v ME 19 BRAERRESS) CHEMICERARGTEE
727 L OMAARITEEL Tk, AEBAICHEET
BALY 2 L—FBEFIOBIELHED ZLBEL . EARBRTFORENREE
EBETHHICIR. R —CABRFIEEET Y, SORDHZIRA

A BFFEEM

BEFEESRI X —ORAEALIARICEL
AIEARBELEREET 720, EEICEREEE
GFDORNVERLBMN~DBEGFHLARE
PHRRTS, HAAEN-BETFREEICRE
BTt 51-00FRbEET D,

T REE T A LA (AAY) (3. FERBEEA
B Rep DEIXITLY. & ME 19 BREAEER
yEE (AAVS1 fEIR) 1047 AEHIGATMY
Bh5, ZOFEBICIEREERTFIRE
2THY. LrLbEGFORBELEES AV
Yo L— BN S > CIHRERBEFEEA*
RLDICFEEEZOND, ZOFRERAL
B FEAOHREERETT 5.

B. HF5EJ5 ik

BEOMBZRINIELL > 2B HEERS
HR2BEGEFEADT Ty P74+ —bLE L,
TRIEEREET (8 MNEEE IXRAF) %
By Z—BEi, 713 Rep RERI ¥ —%
RIS AT7x22 b LT, Bohi-#E
FEA 7 v— 2 DOBETHAHIAL AL % BT
L AAVS] SRS~ DA AL SAEZEE LT,
REE B FREHAREN I 0 — D
Wi, HASAR AL O EEF A R E LTz,
¥, ENFROu—rBLUHBOT
FLEAZ O— o T, EMEET (in
vitro) BXUX—F=o 2B T (invivo)
TOHE XEFREELEF L7,

C. UFFessE R

B IXRFRESIF—EROIT AT
7 arTELNE 62 7 n—r B, AAVSY

25

R BEFREAAEN- L0 1 ELR
TV EFLRBAOKRLHAES N, —F,
Rep 77 AI FERIBFICP SV RT7=Z7 B L
FEBRTCIE. BITL=580—H06 7 o—
U CHE IXRFEF 48 AAVS] fEIRICH A F
nTnwiz, =FELEFOSH 5 7 2—2TiX
AAVS] BRIRICTEET B4 ¥ = L—FEFIN
BESNLTWE, Thbnr7ua—r T, B
BT U MIEAIN 7 u— 2 LR,
FuE—#F 0 Cp6 BLFIMILEIC A F b E i,
ZHIZHESTE X RFORBIIRREE LR

Mo,

D. Z%

Rep DFAIZL Y, BafkROBREKTHE
BIABLBERETH D Z LW TR I, 5%
IZ.Rep REF A IV IFRBEHIETHRE.
EOIHBRIBNBROMPAL TR S
BE-HODUERMLETHSD, 72, AAVS]
ERICEPAENT-BEFERBIICDEDVR
ELTRBI®ITR, A= v—FE5
ER7Z-FICEHTAIRELT, HEAER
FORELEHSHERH D,

E. W54

Yo R A RAB L FREAAREIX, &
GFiEROZeEE2ED DETE LTHFS
NaMR. FOERLICHT TL, RRTRE
EHRRRELZ W,

F. /R &
REMERSESR,



G. HFIEFER

1. RXEER
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Ozawa K, Xiao S: Prpmoter effects of
adeno-associated viral vector for transgene
expression in the cochlea in vivo. Exp Mol med
39:170-175, 2007

2) Hayakawa H, Hayakawa M, Kume A,
Tominaga S: Soluble ST2 blocks IL-33 signaling
in allergic airway inflammation. J Biol Chem
282:26369-26380, 2007

3) Ito T, Okada T, Mimuro J, Miyashita H,
Uchibori R, Urabe M, Mizukami H, Kume A,
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Ozawa K: Adenoassociated virus-mediated
prostacyclin synthase expression prevents
pulmonary arterial hypertension in rats.
Hypertension 50:531-536, 2007

4) Ito T, Okada T, Miyashita H, Nomoto T,
Nonaka-Sarukawa M, Uchibori R, Maeda Y,
Urabe M, Mizukami H, Kume A, Takahashi M,
Ikeda U, Shimada K, Ozawa K: Interleukin-10
expression mediated by an adeno-associated virus
vector prevents monocrotaline-induced
pulmonary arterial hypertension in rats. Circ Res
101:734-741, 2007

5) LiuY, Okada T, Shimazaki K, Nomoto T,
Muramatsu S, Mizukami H, Kume A, Xjao S,
Ichimura K, Ozawa K: Protection against
aminoglycoside-induced ototoxicity by regulated
AAV vector-mediated GDNF gene transfer into
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associated virus vector-mediated systemic
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rats. J Gene Med (Epub Jan 21, 2008)

2. FREX

1) AKRE, BT, AR, /NESHN : B
AT 7 VBV A VAR F—i2 KD
7z =vy b REBG AR 5110 EA
AR NERESFITESR, 2007 F 4
A, xR, (BYEEE 111 : 220, 2007)

2) Kume A, Matsushita T, Mizukami H, Urabe
M, Okada T, Ozawa K: Long-term efficacy of a
self-complementary adeno-associated virus vector
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associated virus vector for phenylketonuria gene
therapy. %% 13 [B] H KRB FIRFES, 2007
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BEAFBRFHAREHE (FELRERETHREE)
(5718) MIRHEE

MR SRR EREICKT 5 R T - ISR OB & BRI Il A i
WEEs EUREERY.F— BRRES B e

MAEEE

LEZTNA,

NRERBREEICBERSARETIILICL>TE
ETORBREESLHD, THORBEERBOKRICHT S
WBEIEL LT, BRAEREENDDN, B, 16EEE. &N
TOBRZMICEERH S, X VIRBHRIEEE LT, EEF
BESCEMBARBHEEESRL LN TVE S, WTFhoikk
BEOLARERERCHOVTIRERE DD, Frid, AaLEEE
BERETTVEAVT, EOS8HERBEL IV ELL SN 5 TR
ZRHOVKIBSBEOEBEAREZBE L, FAEOFESERX
BICH I ERRBRFEICH T 2D RIBEOBRKE L 2 Y
A, GRONEHBERBREBOREORBICESTESH0D

A. BFZEE®Y

EREEREDI b, ERRBEEE
TRERMIIRHERICREL LK
BEETHDH, W ONDEAETIIHRE
REE LT R EENTREL 2
S2TETWB, LML, —EOBERS
FKOBRIIBEHTH Y, £7-, BEE
BRENSMTHD-0,. 58~ 28
W1 EIREOHEEERE . BEADER
EBRAEREICDIE>TYELRS, 20D
e, BEMIREIEITBOBERL X
WA T, SO BIREEDORENE
T3,

BIE . BERREELAN DR RIER
& LT, MR ESCE G FIAR AR
b TW5, EiMEHEEMHET A MR
LHAERBHE M & ~DIEEE &
LCERRMREEBR 570, XA
BEETOBEELEMNL WS, Lx
L. #E F =280 WESICITER
IITRFRETH Y. GvHD ORFE, £%
REL Vol U RIBH B, BETIE
Bit, BFREMEHRE AV 5B
EARLRDTD RIS E 720
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BERIFFEEL LTHEEIRTWS
3BT AMEE Do REOBEIZD
WTIIEROH D L ZATH D,

b aBHEREIL, LaSEESRT D
TAY Y —LBERE, ERICKEBL
THEREREEOOESDTH D, L
EWEC DR T OBRIZETHY . K
BLTWAERICLVBERRRLR S,
RE LT om0 DO EEEE %
KB ERNIZEIE TENIL, ERD
ERIIHTIDERNBEFTE D, KE
DEEF IR B E MBI,
BEDIRBZONZ2NLON2E], X
LIFECERN 2EEBELD L S5,
E, BETFIEEIIZ 0BRSS
DNWENY ThY | SHORBREBY
EThD,

FFRMEIL, PR Z2 0 & L/
B FF—hoHEBEL VBT ME
BIEMTTH B, A FL~vo UBILE
X7 v vt UBMAE ERBERED
—E T, FBROBSRBHEN—EDL)
ERELNBZ ERBENTVS,
b MiEBEo—ELE2 b0



55, EMEHEBHEOETRIZ L
ROk oEEHTFVWE S, 5
S EBAEEEIC R R F—DES
LB THDLER 2, BERIER
ERELNRD, HD VIS mERME
BHEOBEE FT—0ELRR2NWEE
Zxt LT, BRI L ABFER TSR
BPRERTENIT, IBRIEODE DL L
THELETH D,

B. Bt H
LagBEEOREDVUEDSTH D
VI B ZRFETBMPR 7 v MZH LT,
B L ZOREDRERETT 5.
MPR 7 v biX. T v b arsh Bic¥
(TInNANTZyZ—EB)D—EE
BAICLARFICLVRETHER
27y R THBH, MPRT v M, £
% arsh BEF A2 AREEAEKTHLOLE
TWERBEREL, 7y NORBRE
IZOWTIE, BN & EEFEREZ AWT
FERTE D,
E%37rBD7 vy FERAWT, Az
ZPERE VI BICHLIEGCTRHEED
MPRZ v b& FF—¢ LT, BET v
r~DOFFfEBEE ER LT,
Pt s v FOERRE % R
THEDIZ. RF Vo VBOEELZE
W35, vorigii, haSEETE
BT 5. TASZ URREE, ~ T VR
B, 7y OX B EEEHR, L%
BEE VI BIClX, T~ S VR E
HLTIBEREBTHDHH, RPIT
PRt XN B F L~ Z URREE, DWW TIR
v u EBENSHENT 5, ZOfEIX ARSB
EHEEREL ., BEDIRHAED—BIE
25, IbiIT, BEZRYFEOREL T
Fu—L, ZHBETOBRDREFRE
BB 22 L2 TFELTNS,

C. BFEER

PEEE 1 1 HICBEE =R L., BER
BT7+a—HfThbH,

Ty bORF Y U BOBIERE
IR 1DOBY Tholz, TORRIL.
FEEEMPR T v F TR, RF T o B
EH MPR 7 v MZHE_EMTHZ &
ZRLTW5,

£1 WPRSy bRV OVEE

Sob RO EE
(mg/g-Cre)

‘BESVH 111
BESVH 128
BESVH 167

F5 135.3
BEEEE 28.7
EEIVE 52.9
EESYE 69.3
EESvh 50.4

¥y 57.5
EtEE 10.3

EEBEORBIIE 2DEY ThoT-,
BHEZDOT v M TIE. R S
ZuusBERETTLI L 2HERE
T&E D,

“ R0 BiE —
{(mg/g-Cre)

203 97.8 33
213 24.4 29
239 42.9 32
231 45.2 27
204 30.3 31

Fiy 48.1

BEEREE 29.1

®2 HEBE&RORDPYOVEER

D. &% _
—EBEETREICLDEREFER
B, L UCRBER T, BREMERT



EhSMEEHE L > TREIIT 5
TBENRAIREIZ I » TE T,

LaBEEI, BEERTEEN L D
ZEET R IT R, VI BICHlgEIc 2o
e, BEICEREBHE V2B K
RAHEEZLVWTWS, ZThbDEHED
FRRIZIT, ARG ROMFTE B
 RERREEORREBILETH D,

EMmEMABHEIT, BEmRS S
UNEFRICEBER DEAMZ U hiE, &
BIZhl> TIHREDRBFRETAZ
EHLHIFETEHHREOVDLESDTED
DN, BBEEHEOD D FF—B 2 b
NTEMBRHRBEIBIRE L2
ZRWEELH D, BT, AMK
Vo BHERBICHSR BHEED
AERECEMEBMIRBRER D GvHD
DREEEBENEEILND TS,
GVHD IXRAET B & Z DOHIEBED T
LW Lo, EnBRMRBHEEE
BEIZE-THmEHELT L LH 5,
— 5 BEFIEEIX. FRIEETHY .,
RADERIEHY | LAaBEETIIE
MZEBINTZH DRV,

A EFFRIL. BEFOIREELS WE
LI=FRIEEREDOER L 255
Thb, FFBRBEEOHBNNEZE
W HROHEICIZI 2B AL E
THHR, LAZEOERII—EDHER
BE/ELNTNBLEEZ TS, 5HD
RESRHEEME L, BRETT D,

ARFIEIT LV TR/ BB TR
RBEBOFRIEEEC RV 2D
& EOEMEMEBRELS O
ELRHEBEOWHREL RV S>B L
PRENDBEEZTVS,

E. ¥
LA ZEEEEEETLVEANT

29

FREEEERF L, RP L LEE
O ES T=%— L, FFEgHEEZD
PR BT 2R L, BEFE S
TEAL. —EDREDRNRH D &
TR LT, 5%, REWRIEEDR
IZDOWTKRET 3,

F. EERER

G.ﬁ%%%
1. XHEEK: 2L

2. EEREK

TOWARDS CLINICAL GENE THERAPY FOR
CHRONIC GRANULOMATOUS DISEASE:
OPTIMIZATION OF GENE TRANSDUCTION
INTO HEMATOPOIETIC STEM/PROGENITOR
CELLS. Yasuomi Horiuchi, Makoto
Otsu, Nobutaka Osuke
Migita, Tsutomu Ogata, Xiao—Kang
Li, Masafumi Onodera, Akihiro Kume,

Kiyokawa,

Torayuki  Okuyama, Junichiro
Fujimoto, Hiromitsu  Nakauchi,
Tadatoshi Kuratsuji. 2 13 EHA

B FIEEFRS
~30 B A&HE,

K 1946 B 28 H

H. W EEOLHE - B&RKR
(FEZET, )

1. 5388 2L

2. ERFHEBRHE 7L

3. FOM ‘L



BEAFBRNFMEERMIE (FEOVRERSHESER)
SRR EE

WRRE BE-EREEEICRT 2BENFEEOTHRALE

SRS

B F ENRFERYTC S -BRR - BRERER

MEEE

BHERFEE (CGD) OFRIIHUEBLZEENTWVEN, BIUL 257 —FIIBROE
RBEMBZDOT —FEEFH LIELDOTholz, ZITIHERBEOFESZ L VHARIZ TS0,
H—EFEEEICRIT 2BEAFEEOFTERAEL2RB I ko7,

INREIDTER - EEIERES L0, MEMOTFRIIUENRRONI N, TOREHR
FHCIIBALRH Y, BEHUBOTFRICIIT AN LZAMANREELE R, ZhULED
BEIHFTER, —FH, BHBHEOBEBREIIRGTHLZ b, CCGDOTEYK
BIIIRIBFELRRAIRTH Y | S HICEBANICHET RETH D ,

S YAk
IR E—(REBEEE ¥ —BER - BRER)
E FEEEERE . ¥ —BER - RILER)

A. BHEE®
BRIEDERITHEV BN FERE (CG
D) OFBEIXEELZE IR TWVER, K
RORERTFOIRES ERDIZRHRDOT —
HERILE LTEFF LELDOTHho, =
ICHEBOREEZ LVBERICT S0,
BH—EREBEICR T 2 BHAFBEDT%
FAEERZ o7,

B. WAL

1986 5> & D 2006 £ % T D 21 FERIZ,
B /N RIR B R GBI N BAT L 7 E SRR
BERY 7 —BER - BRRMERZZ2L
7ZCGDREEII 304 T, 209 LEHMIC
BREBABEEBI > TE - 23 41
DWT, BBLEBRES MK E LETHE
REEZRBI o7 ,

31

C. BIERR
FEMKTRFR T 23 &, 87%20 LB 4
FLTW:, FHFEmIZ196ETH-o T,
I3 gp91—phox K A3 78%. p22 —phox
KIBD 13%., p67—XKEB 4% TH o7z, 2
W SN 7-FERITEH T 2.8 B, BEMoO
WEHX 3433 BE - FT.BEHLVOITY
BRI 149 ETHo- . HEIT24
BT ARLFENVARR. 1 HBFRETH
o7 . 2APHEEEORPIFERICL DT
AL ThRERF TH D,
MAEEROBIRER 2T 572D AL D
DEEEBRPEET5H L. ABEREHT 174
| T, BYEEBALIL 208 BT ChH o7, —A
W= OFHRIEEIT 8.2 B, EHARR
E#IZ76ETH- , ThbHL2EIC1
ENIEERRICBE LI LITh D,
FRGENE 23 4 20 412 81 EIA LI
oo FRRMEAEDIIEERY: 203 [ElF 47 E]
KRIEESN. T AAUELZAEN 21 B Th
o7z, TOMALERME Y L/ Eik A 31 [E], E




TRRGLDS 29 [|B], ERERD 14 [, BE 14
B ERBETMLTH T

INETIC 5 HlOBECEHEBHESRBZ
notz, 461i% gp91—phox KB TH Y. 1
BlIRBFD p22—phox RETH D, Th b
DOBRELSBRYMENDH Y, BEERLBEE
EbZOMOBEL O FHEXENHOT
ol , BiLEICIX busulfan &
cyclophosphamide %/ L. 2 #liXFAS,
3 FliTEHE 7 LB/ RE SR,
BB OFBIIBIEE COL Z AIEH
TH5D ,

¥ EEHE D 2007 i 20 A L 305K
KD 3 L&NRT AULENL R L FEEIZ
X HRUMAE THLE Lz,
D. B
POTIRTRETCIIEETHZENDHE
FEMEPISERESE & FEIZN TV 72 CGD Tikd
BB, IBESBW HEOESICHEN 8 R T
DAEFRN 70.5%(1978 ELENCHA L
B 5 92.9%(1979 FELIRICHA L7235
ENCHE L E Muoy HITHELZ, L
7>L Winkelstein X CGD DL RIIE
6% L ENbDTHHLLTRY, BEHK
ICHE L TRRESCRER PO BETRIT
ERRT LD, THRHEVRALNEL
D—EDRBITIE->- TV RNWEEDN S,
ZZTIIREBEDORFEL L VAT SO
H—ERERICBIT 2 BHERFBEDTE
REEZRBIRS7-08, I0RETOTFETIX
HIEOMECIHVMETH Y, SEIOFHEL
EHRRTREEORELV BRNTHR L
Ebntobwbﬁﬁﬁmm%$%%ié
RO FRUEEBLAREDO NN D
@E&é&%%%h?é%@fi&w:&

AN

32

LT3,

T AL F L R RIS T RIEEST
THIEND, TORMRER L BHRED
DI YUB TIIE2~3E D CTHREZ EH
BIZIT > TV 525, TN THRIELZBHIC
ERTHILENEHELWEELH 0 ET
FTHIEANBER X DIIIABEELE
DLW EESbEEICERER SN

MEEOERHFERICLABESICLY 2
AVRMEBNTEZITTBY ., ZhbDIEE
W& BBEARNREEDENEED 5\ I3
SHRFABRLBBEXRLOTH S,

InbD CGD OFHEEL TIHER
PEINTWLBEREX LT, BHBH
WX ABEFEDOZNE TOZKBIIEDLD
TIERTH o7,

1=
fiL=] ﬁﬂ%

BT - IBFRIEOESRITH W/ NEH O CGD
DFHRITFLIKELLD, BEYLURD
AREBOTFRIZEBEZF ST, TORMED
FRIRAZ iﬁ*ﬁﬂ‘)ﬁ#&?’“&?&@#ﬁ@ﬁ% =T
HY ., EOLDITITEHBHEOBISHHTD
2O Fre Fﬁﬁ%f‘(ﬂﬁ”ﬂﬁ%ﬁ EOHDLBE
DB AT T B RRIE OB RN LET
HD,

E.

F. eEfaEfdH: 2L

G. HREE
Kobayashi S,

Clinical features and prognoses

Tatsuzawa O, et al.

of 23
patients , with  chronic granulomatous
followed for
single single hospital in Japan. Eurod

Paediatr.

disease 21 years by a

in press



BEFBRFMEEME (FLURERSHIEER)
(5318) HHEBREE
BHERIZFRERE 2§ 2 B IR OBEICIZE T 585

SEFEE  WHEE EWAFEFHAEMRESHE

NERESE

WERES . BEAFEEICST 5 FRRIL. EFEEL OF LW ERAORZICEL LT, K&
£ 5 OHRNAFEECRILER EITERANE I T3, BHAFFEREICKT 5 5B
FIIRESHES L, CY+FIRTABIZ L2 I =BHEBZBA I, RELHITFTETHE, —
¥, B4 DOGreztf 1+ & A3 Busulfan DL E & T EEFIREEZITV, BBIEZNH-Z & T,
AATHEHBHEN TERWEST, BRFREEREZEITI X KFERE F—2 i
WFEWALD EiF bz, SEHRA4IIZNETCORRIBITHEHBHEEFROE LD EE
BE. BEBIUCRE~OT U 7r— MEREZEIZ, BERFEECHT BB FIEROE
JAMZOWTHREIL., 1) BRARREZEH TET, 2) HLA—EBEH Fr— (AR - &%
LRV BROPLT. 3) BLEODRISTICHAERY RS LEX DN DBE (R4) P&EEBTF

BEORBIZR DD TRV EE LT,

A HFFEEH

BHENZFIEEDOBREII2I04 B A, HF
T~ DIGFED L WA E CHREEA O
2%, BEEFEOFFEORARELH Y,
BEIADTFEBEELTE TN, B
PIZFIEEIC T 5B L TFIAHIZ1 99 OF
P L0, ALER LICRAA DL, B2t
WOWTRIBIIRE SR o702, R
COVWTHRHRERERREZHTLLETERT
W, —07, BYERFEEICH T 5 FRE
BHIL2 00 0FICAST,
cyclophosphmamide (CY) -+fludarabine (Flu)#i
BT £ B I = (Reduced-Intensity Stem
cell Transplantation: RIST)23 A X1, K& <
EHR LTz, BMBEOEICHLENSH, B
FERTAAEIZ B it 2 DAL VWEFICHLA—EK
RF—=BRONERVWESNIZ LT, KA
¥ MDOtto, Grez H 73 Busulfan (BU) 8mg/Kg®D
LB T BRIz TFIAE LB L. B

33

BWRBHZEITkol=(1), £2T, BATYH
FRROBE KT 2B ETFIREEEITT
SEBNDBE»LERPFETICOELY
oaYxl b F—LABEEREERE S —
Explizarb bEiFbiviz, HaxEC,
&P ZFERESE I 5 B FIRR OB
DWTEBEBHEOBISDILD ) & REHIT
DWTRE L., RERICRIT 28 FIEE
DFEHENIMEL BEEORNLED X S
THHRENDITOVTRFZITo 72,

B. BfEhiE

1) rEmESHRBRELESIEE « KMREER
FIEMES IR S h G MR Ef
4B HONT, EREICBERER LUK
BT AREEREMLZEZ A, 326l
WCEE 2B, SfFfl b, EETRES
b LRI 21T o 72, fEHriXSeger HD
XK (2) IRV, B TOEBMER Y
FERREDHEZ L > TLUT O3 (18 B



R BRI BB L 2 F L TV 28, 2
BE: BHRICEBMERECHESEEEELALT
VWNTCBE. 3B BHERRICH O 0 RIERME ORIE
DBIg o T2BE) AT L, 72, 2007
FOBRKFER L TEFP D256 OV T,
FZEREDRAIZ, BHEGVHDE LG
Karnofsky scoretZ X % performance status

(PS) FHliZ KL=,

2) HEEMEZEC T, BUHNFEERE
EANB L OKEICBERAZEEE ST 5F
BEi L B FEEICET ATV — %
BEALTHOW, EEZEF,
(fREE~DELR)

ABZEIE. ATE L RERICE R FEESRE
DHBEEZDOAREH/TTo 1, EFD
FEHRATIC Y oo Tk, SR REREAL
ZiTo7,

C. WFreisR
BRI RE» L L - Bl R

B R COEBHERESCRIEOH BIZ
LBHETI, 923 P 1 BT, RT3 8
I 1/6 THY ., TL A EPBRERICERE
EHHEREZAL TR, TRETOEEE
BREZHORBRLVKEO LD TH-Z &
Bbhhotz (K1),

BREGOFER M

FEEWEICH, 15mEUTHA224, 15K
PAEM1 04 EMRBEL, BREHERWTH
H 1 5BMUTONRIZE N7 (H2),
e -

EUHEOITHHITCIX, 2408EHE, 24
DEFEBLSE, 1 ABEHC X DEETLE.
1B 5FEROFHRETH- (1),
B Y — 20D BB R

BHEFF—Il2 o0 Tid, BREBHE 2 64

34

TIToTRY ., —BZh o7, HLA —&KF
B FF—ThivE, R, FEmEKFF—TbH
BRIIEDLY D o0, HLA A —FK K —
NODOBETII6FHTIFAIEELZLDOD,
2HELE, 1FERLEVIRATH-7= (K
3

RAH o e AR 35 J OV 5 i 18 ofn R K-
—THRE4D LS, FEELL 2L, #R
DFEFUTHEZVIRETH B,
RILEZRO#SB (K5, £2)

BHMAEBIZOWTIX, 200 1E05
CY+FuiEMR SFITIEM LT & T, BilLE
DR TEP-TZBUFCYEB L CY+ Fluik
WOWTHRH L& Z A, BUCYRILE
(BU:16mg/kg. CY:160-240mg/kg) %, 124
PYFIRRTS. 4BIET S, £EFF TOHMI
11~358 (F$H19.6H) TH o7, DLI (Donor
lymphocyte infusion) X 14 CHEHE I TV /=,

CY+Flu #f & & (CY:75-200mgkg .
Flu:100-200mg/m?)i%. £F4EJF L, £EFET
DOHFIT6~24R (FH156H) L. BUCY
IVEHBEEIN TV, L LCY+FIuRiLE T
X, FH—EB~oBE#RISE2ICEE ST, DL
D3 14575 CERE S iz,
FAYZXA

PIEBHA T L. 2007 I ETF 2R L
7224 DNWT, ELEDF A U A A2V T
FE L7, BU+CYRTLE D8FIIE, 14IZDLI
DEBESHL TV, EREOHEHI T, W
DbEEFF—ETHok,

CY+Flugil L& D 144X, DLIERE7HI. KE
W71 T - 7=, DLIEE7HIF5HIT5ESE KT
—HRCERIREN, 2FITIRE T A TIE
DEETHoT-, EEOHEN TIHNBAINESR
FFr—8 3FIBREX AT (DLIKFEKIHF]
&) THoiz,




CYRILE D14 & Flu+LPAMAITZLE D 161X,

WIFNbLREL FF—EThol,
T# (K6)

FERRT, 2FABHEZIFUEEBLT
Wz, BHEGVHDZ: LA3194, limited typess
% . extensive type 1Bl TH-7=, L5
performance status (PS) FFfii%. 21613100%.
2012390%., F1615380% & 70% & EI&E ST
W5, BRIEEICE L Tk, AFHEACHERE
T RMENEEH/ LN TR,
EREBLCEE, REORE

7 8HEER8 OREBOEIREL 1 734D
BERBLIUVFECHLTOT 7r— FRET
3. 2485 (30%) DERBRENDL, i
304DBE (17%) POLEELZWVEZIEN
7o

FHREND., BEFIBEROFRICZRD &
BIEINEBFEILTTAHThoT, 1EFNER
ENnbix, BlaFREICOWTIE LY F
B ENPLETHDLILVIBRL. b
> L BHOBER TEETFIHRROBEG LT
X, EWIHIERLADLNI,

BEBIOREORIZ, BIGEEL L
TOBESLELTFBEICOVWT, T TICHR
BZZT7-0, B THARZY LT,
FEHOBmNBETIE, BHELET S, &
ERLVIYRIPBENERCEE (B
FiaH) /BT HHERAICH T,

D.EE

SEIOFETIE, IBREFHHEREICH L
TRLEHETEEINTBENIRETH-
Feo TOTOBMEREGELE (R - B
E L) 2EL-OOBREN+HSTE
TR, L, LS LEZ T
3HEDSAFIANETCINTWNE I LD,

35

EEMRPLEPCREDOHELEDY 2. B
HERERTHHNEVIEMBBENTL 5,
TOZELICELUTTEEEIIE Z S TIX
LRV, BIHEHEORETHIZOWTEREL
THDHE (1), RtmepMaBEE ik
B 1 35 i ER AR SRS RV B VT FE R0,
BU+CY 12X % VOD, TMA 7 £ DZHA|
HEREESRER EEX ONEFTH -
Tzo TEEMERMECRENENF BN Z -
TRRRDTIIZR L, BHERNIZMALHOE
FEEDREENPEFEL TN eohb LR
VY, BHERTICIX PETCT 5iC & A {EERENT
BRLBEELEZTND,
INETORRIZBITH2EFHBHEGERIL.
£ 3 DR BERIFEEIC AT 2 FRBEY
A RTAL 2RI LDLE, 1) BRI
FREZRRR Y BMYWRER A ERSE, 2) F—
i HLA —% M — (R - k& & b ev)
ZH 1BRE L, 3) BLEL RIST 22T
b, ¥iz4) BHEZOREX A ZIREBIII L
TIXDLI #ZE T2, DLl 2E##§ 5728
XX 0 EREMHIN R LE (H]121T LPAM)
BT RE L BRI,
BEFHREIZOWTE, FHBERZSOX
DELWEHRA - Baz Lz LT, BERFT
HLENRD D, EEMERIC Grez O H
BEFERET o BE 24 ICRMEREAE
EEBEREAPED O, BETHEMLZ
o —i% MDS/Evil BEFESICERLEL
P A NAEGFREAIA T, BE
BHEAEN O T Qe kR E (Monosomy 7) A3FE
AEINTBY, fALRREIZRZ>TWNED
TRV ERESINED, EEEXOH
BREZER->TELT, 4L bBETFHEE
DBEEEEZ SOV TS R2ERICEY, £
DOREM LB OVWTEE LI O SLET



»Hb,
BETFREONSRE (R4 13, 1) B
REBEHINTB LT, 2) HLA—EH
Fo— (RS - FEi&EBb2Ry) B8RO
25720, 3) BIALE ORISTIZ b ERMHE S
BEICRDIOTERVNEEZ TS,
—EHOBE TITBHBHE L B FIERED
ELLEBRIARENPBIRTERNT—R
bhdeEEZLNDIN, BBEOKLE, KB
E#Et F—DBETIRET—LLBES
AEDELEVWDBREREEEZ GND,

E. %

18 Py 2FRESE |2 et 3 BE RS HELIE 0] D AT
No, HARFTAL () 2RLI, ZOH
A FIALVICEENRVBEIAILOWTE
BEFEROBIERBERIND,

Thbb, 1) BPWRREERINT, 2)
HLA—EEHE F— (FIR - &z bl
W) BROMGT, 3) AIAEDRISTICHSE
BB LB DN D BEDNERFIREOX
BRI DBOTIRRVDEEZL TS,

—EHDEBE TIIE B L &= FRED
EH L EBINTRENMBIRTE RN —X
bHHEEZOLNDN, BHRER CTOFEL
BVWHBBETH D,

<RFDOHH>

B 1. B0 BERE

X 2. BHEBEFEH M

3. BERER (B

K4. BHEER (BFRLSN)

X 5. BHEATLE

X 6. BIEDBHERE

# 1. BHH&FECRES O

F 2. ATLEBIEIC X 2B RO

36

#3. CGDBHEIA FI7A4 2 (F)
#4. BEFIREMBOBREE (B)

<BEIM>

1) Ott MG.et al., Nat Med. 12(4):401-9.2006
2) Seger RA,et al., Blood.100(13):4344-50.2002

F. RERfakRIER

G. XBREBIERFEK

1) ¥ M @HEAFEEFROFTRERA
AARERGEFSHE 30:1-10, 20
07

2) fid [EE, FREEBEDOS THEEICH
THRMADREM, ME 70T 47 7 :6
95-705, 2007

3 ) Shigeo Uezono. et al.. Outcome of
ANCA-Associated primary Renal Vasculitis in
Miyazaki Prefecture, INTERNAL MEDICINE
46:815-822, 2007

4) B #—56, BERER BNP EDOR
HEME (2000pg/mL UL E) AL DT
ASD-PDA complex OFAEH], Bt B A<E&
K HEEIEERHES Y —X BR&EBER
B ELR 1| TOMOBRBRELZED
T 4:429-431, 2007

5) ¥ fHE, BHAFEE-EELBR
—., BERHAES51:1059-1065, 2
007

6 ) H.Nunoi, Chapter 11. Diseases with
abnormal actin and actin-binding proteins in
leukocyte and nonmuscle cells. Protein Reviews
“Actin-Binding Proteins and Disease” ed by Cris
dos Remedios and Deepak Chhabra. 2008
Springer Science 278-289.



2L

H MM EROHE - &K (FE2E
Te)
1. FrarEss
7L
2. ERBHEBRH
2L
3. Fofth
2L

<200 7TEEHRDT

37



B

P EIRRIERID BERE

Group 3
No overt infection/
inflammation

Group 2
. Active inflammation/ Group 1
Inflammatory sequelae Therapy-refractory
infection
2
B
BHEBREDFERS
YIEIBAE32IER!
RS

b | wmh | ed ] ed | ek | wamd

_L_I—AIN

05 610 11-15 1620 2125 26- @




4

BHETER

PBSC CBSC

[ ofg g%C |

X5

10 -

BHERTLE
L]
.
———- w IC:IITHLPAM
m : [ CY+Flu

1

P = MW

1

»

M




SET 65 Df#T

GVHD Date of

Pt Age | risk | Donor Conditioning prophylaxis death Cause of death ref

09 8| 1] Mismatched cY MTX CyA +5y { Osteosarcoma
sibling BM (TBH2GyY)

06 51 1 | Mismatched BUCY MTX CyA +77 | aGVHD, TMA
sibling PBSC VP16 )

18 4| 1| Mismatched BUCY MTX FK +47 | Non engraftment
mother BM Fungal pneumonia

32 |1 3 | Matched sibling BUCY MTX FK +157 | Interstitial pneumonia
BM

08 5| 3| Matched sibling BUCY CyA +22 | Muitiple organ failure
CBSC

05 8! 3 |Mismatched CY MTX CyA +52 | Non engraftment
Unrelated CBSC Rupture of aneurysm

Matched sibling
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