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UEREIC L D EE L M ORYEEZ &0 5 EENFERTHRIET 5, 9 0 %LLEDERIC
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o =—l K+ (G-CSF) % 5 HRE. 1 B 1
B T#H5- L, day 5 & day 6 |[ZIMER/TBEEERE
ICCRGMBEZRZHRRLIZE 25 4.89x
10° HOMIBEED Z LN TEZ, WIZ, =
B MIEA CliniMACS (Miltenyi Biotec #)
ZWT CD34 Bt s Sl L= & 2 A%

R EMDEER

HbHDZ b,

DFIEEIE 96.8% TH Y . ML 1.6x10°
H<HoT,

Before

D.5% 96.8%

i
b
-

<038
co38

CD34

2. CYBB#EETFEAIZELT

i L7 551 E 1%HSA/X-VIVO 10 TH D |
YA NI A & LT stem cell factor (SCF.
100ng/ml)., thrombopoietin (TPO, 100ng/ml).
FLT3-L (100ng/ml). interleukin-3(IL~3, 10ng/ml)
M Z 7z, CD34 BIERIIEE 1.0~5.0x10°/ml
THRELL, 5% CO, DT 48 BefiIEEER L
%, LV haoA LAY X — kiE MFGSgp91
WCERESE, Mz Ny T ax s F o
CH-296 RetroNectin® (& 5 T /3A )% [E @
{k L7z RetroNectin® [EAfH{LEEE Ny 7128
L .2 BefflE 0Bl T CYBB &G+ % CD34
PEMIICEA LT, 2L T, ZNbEBRET
BEEZ 3EfTo /e & 25, BiETFEARDET
78.4% T 0 BB 3.6x10° 18 (6.2x10%kg)
DELBTEAMILEHFDLZ LN TET,

Cell number 3.6x108
Viability 95%

2p9 1§hox >
Tx efficiency 78.4%

3. BEREICEALT

KEHZY 10mg DT ALT 7 o 2#E L
7z X-CGD BFIZxI U L& E 8 AN %
BE LT,
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M Z2Ro, BAEE TEOEGTFEAMBED
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4. BPERZEIEE &S TR E OB

CGD {Zxt7 b B nFIRE T ADA KIBAE(F
OEEFIRREE R DIThh TE 7223,
CGD DF4E ., BEGFHERNEENICSEHIEE
U BB FE AN 7D DOF R 72 <,
F7z, BB FEAMIENIEE T E AN X
DBhER T HEE) (BEFEEALNE)
W& DM ORIERENE & A TEEFR
BEDOEIMEITRE LI o Tz, 7272, 2000
FEIZAYD A Y 5O T I— T iR 72
ATLE (KEH-Y 7 ALT7 72 10mg) &
58U promoter [EMEZH T H L bkt 7 A LA
75— (SFFV) = L CRERTIREZIT>
Te & T A PLAERNCIRBUE & R 3 RO Hf
SO EE ORGYENER Ui, 7272, 18
BN RD BN Th A X, promoter {EMED IR
M RCLEEEEX . BEEZTT 4
AR TIZBWCEMRER 2RAE L, —F.
BEOL oA NVANYT Z— (MLV) %
WV, 3 AOBREFICH L TEETIREEITS
HKE T 2 4 DBF BV CIFIRECIEE
Disf % Rz, 7272, B » TidER
A OIEELR (0.1%F2F) M RESNT
Wh, B, VFUANART Z—%& Fu
EEBTIEE LA XU RCBWT LERTTD
AV, E DIEEDFITFER S TR0,

D. E&
CGD (L& M eI FEHE D A 72 & 3 1 I 5
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Al EEFRERBW O EERER L S,
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falZd v | BAEICBE 545 T Hil/B HikE2S 1E
WICHREEL T2 720, hoEREERETRS
SED X 5 722 ELESAIRR IR 72 ATALE CIIE (R 18
AN OAEBZNE LN &, —F T, 2. &
EIEFE AN ERETH Y, EMEHE S E
BV AEET D72 DICEBERIR (niche) 234
RN L3 BETEAMBENIEELTEA
AEREIZ st U C RO BAFEMENL M 23 x5 i i Ml L
AOLTIRNT & 4. TRIRRRCEE o YYE &
BLTWAEAENEZL, w7077 —V0iE
PEALORIENVEY A B A N EATTHEIZL D
EEm RN N B b5, BE, 2
E TIZHERIR I 2ATLE 2 1T> T (IR
BEH7=D 8~10mg DT ALT 7)), Efib
7B EmWE BB T OMERFITIHREEC, B
TIEE OMARNRE CIIkE L WEER
BRYE  (FECRFRARIE 72 &) 1ot L TEN
BEDREZBEE LIZBETRES VD B2
=HH 5,

AlEL, Fox i KEES A APERT (NTH)
O HL.Malech i+ & DIEFIFEL LT 7 X
L b oA NVARY X — MFGSgp9l % v
BB TIREBRIE 21T 72, ZhETD
L ABBICEEBREWERE R, £z &
RN B BRI LIS B R T E AR A
FERLTEBY, B, 25T PMA ©
FRIC L D EE AN RSEOEEBRE L2 EAT
HTENTED, BE, ZNETHAREC
EHUEZ R L CE Y v FHiRE-CMiR
B ORIE & ik E L QO AER L H
D (FERTRIEZIR) . 7272, KREDRERF O L
INZEBITZ OBETE AN EORED
& THRFCXINRREBETHD, TOXK
INDIE T D B DRRYMETRBEDOHEE D7
5 (EMRREDR), £/, R4 UL
A TITONIZBEFIREICB W CERLRER
(BRERAEFER) ZRIELLEORED
D LGB EFEAMEOEE L R
IZERE SN, 5% bIERIEL BE OEREE
REELTOLERD D,
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XIAP KRABFE I 538 s i Iz B 2 0F 8

HYREE o I R ER R KRR R EIREREF T

% FREFEPREREREEREREEDE
2% BZ RREFERREREEEFREEREEDE
S B FORERER R R RN - JRE ) s E R 5
mE KE R EMEFRERERRAEREREEDE

WREE

XIAP KABE I X B8 U o BERE R 2 BIXLP2) TH ) (EB U A /L AR 5 FR R
FIEISEDIR TP MERAERM Y o S EEMLH) - KEMSERBZAHFLTERTETH
50%ﬁwﬁé%@%iﬁm%ﬂ%%ﬁf%éw\IWWE BV TREREEIENZ VD
ERHEINTEY, AEREICHHT 2EO 2 BHERRIEOMY N EEN D, RIFECIEE
N XIAP KABREIZ 5T B BHEE 5 Bl LTT v — FREEIT - 7=, 5B, B EEFER
EERURTALE % 1T XAz 4 FIAAETE L, 1 FIFECHIE HLH SEE S CHEHITREE O &\ O]
LB BN SN T, EEREORSE LB E 2. BB L CIBMEANT HLH A EiF
RETHDHZ &, &b ”ﬂ’ﬁ‘ﬁétﬁﬁﬁﬁ’]ﬁum%m&%méné EDBHERGEICBE LTV D
FREMENTENT, FEBEEHHE 2 Bl OV TRIERICIBADORELTRD., EEMERA
WXL T %mmﬁ’%mfﬂﬂa@ﬁbﬂﬁ N ToH D HAREMED R ST,

A HEAR PHEFEA SN T S RE SR TR0, Y
XY B GERKLPIE BRI ABSEOHSIAZEN TS,
DHIIET B RN IR AE T AR B ENTo XIAP KAREBEEIC >N TH

?4»xﬁﬁ#éﬁ%$§®@?kmﬁﬁ TERECRTALE - FIBNRIE LI2o N T T
A U SRR (HLED % 458 & 5, r— NRE RV, WA B IAE O
XLP1 % (SAP K48JE) & ki XLP2 B IR DV THRET 5 2 & B ARFZED
(XIAP KABJE) DFRIIFAETH Y | #8108 BEIE 95,

4 HLH SRt . XIAP K HBJE 2 A0 72

RIEVERREB OO0 KB HN 208% B, BIEEHE

SIRTICSE T 5 &M SN TS, A D XIAP KIBIED 5 b sl
XIAP KABSEDME— DIRIGIOIERITER A HITSA TV 5 Blic LT, &4
BB CH D0, EREECIIBES  EERRT v — NREETo T,
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(R E ~DELFE)
ARFFEILE T EBITFE T H D 1RE T #E~
DIAITI2, ETELLEITV., BER
EWELRWE D ICEET 5,

C. WroefER

RRIT5HIT. 5B 36 HLH THRIE,
2 BN RIEMERG R BB CHAE L C\ 7=, HLH
THRIE LT 3l 5 B 2 FInNiEEME HLH
D= &0 BEI(1-2 B i e iR AR
WG LW ST, F 0l 3 Bl
FHRIKN( N ) AT e T U )
oG JE PN 0 22 A GF FRETE L & HRFTE D
VR PEOEMER BRI LT, LD ERR
H(7-18 @ E MBSO et & Sh
TU Tz,

Bl Y — 2 s s 3 F. JEf g E B
N 26 THY ., 2F 7/8 L E HLA #& &
BiF R —&bTh o7, BHERTLE &
L C 40 E IR ERRTLE (T V& T
> 150-180mg/m2 ., A ) 7 7 T v
70-140mg/m2 F/-Fv /7 n 7 A7 7 I K
120mg/kg, 2HHHFMRREA TBI 3-4Gy) %
BRI, 1 B3 LB BR BE oD & O AL
(V& T 126mgm2, ANT 75 v
80mg/m2, 7 17 A7 7 I R’ 140mgrkg,
TBI 6Gy) 3B E N Tz,

BAERARIE 1 F1725 HLH - A5 EER - &
PEREDR 85 ERRE D 12 DB, ETFD 4
WDWTIE R —F% 2 U X A>95% & B AT
IRAEE RO, GVHD F5 & LTLapfn
Hrul) hA%&, £z 4 HITEHEEZA Y b
Lt — MEENSHFHA S, 1 FIIE
GVHD #RELAFLSL F=V RN
BIENTWE, FOMIETHIEKRL 3 4
X1 ES®ED GVHD 238077,

TEEMERS R 2 AHF L Tz 2 Bl 2T
BRI RERDOUELRD, /-
5 il 3 Il CREAEE HLH OFIEN R b,
FETHIEERLS 2 FITIE= RS FREHL
Tz,
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EEFHE O R, XIAP KIBIEIZT 5
T8 [ 8 AR AR C P AL IR BF 2B 4E < B
M« BREZ SIC LA APHEENZ< |
—#h. B REIEMEE A RTALE AV B X 4,
HLH EMEIRRECTH DIEF OBIEREN B
HTHDHI EPRENTND, KFFRIZH
VT ME— D FE TS B3 ELER RO SR EE O BV VAl
WETHY, &5I2 HLH EEMEITH -
T EIXROMELTFBE LRV ERLEE X
Do :

BRERT R OB HLH (AR B O
BRI B W TRRICIE R DS L EE A R BE
Thd, HLH EEMCOBEELIT-T- 2
BlD 5> HAFHTIE, = MRV NEfTIRE
BB EATLE & Bth L QW e, B
% HLH #&0F LATFE L7z 2 Bl CIEFEIERIC
T RARY KRBT LTz,

B REIER RN RTALE N8I S v, HLH &
fERBE COBMBEIIRIF CH -T2, =k
Ry FoOREFELZED, L0 ETRBHE
TRIFEIZ OV T L VIERIZERE L TR E
BT AMERD S,

E. %%

EN XIAP KABEE A HEH] 5 3
® 5 b, HLH Bk e CF IR A AL
B AT N7 4 4] & HLH JEEME CHfT
BREE LT bARY FEBEINS TV 1
BINAEFEL B REEER/ TN, EER
A PHES A BT 5 BT, BEEIEmE
BYRIALE DBRIR & | BAfEaT HLH EARREE
Th D RAPBHEME S K& WET DARE
MENTRE NI,
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B AITE PR L BRWASPIZ XD S RIEAF HERIRA FE D 731 RRAFAT

HYELE
R AL KRR E SRR 38 4 - RREE SR/ RN e iy
HY 5
Chung Yeng Looi ML KZFKZFEREEFRVILE R A R EEE SRR/ N IRES 5 B
YN N [E SR PRIl B EE T & —/ DR
MEEE

Se R ML P BRI E DR &R F D —2>E LT, 155 BEME L2 BWASPIZ LA X
PEAF FERIR D E (X-linked neutropenia:XLN) 2385, Z41%E CTeytokinesisD B IZXT L TH
BEER RIS L RN A S T AT LI E R R LB 2 E LA EN T EFRRE LR
HEIN T, 5 ER 2 X, HEREEEEBWASPIIS K T &E D E I LR TFrI v
VUi aZ i, 7/F v BEA{LETLESEAZ L Ml NICHL BEL TRNARY AT —E &
BEEREERUREIEEFESRE 7L CEBRET A LEME LT, 2SIV E BEER R M
KRIZF VY TRUNX1R°G-CSFRZ2 & O fEER R Al i O HEFE (L I BB B AZ Y i (R T DR G
ZHIEL THNAZEE R LT, 2O OREIENT XS ) ARCDNAATF WL EBE LT

XLNOHFHRIGFESCE BRERNE R HEEDORBOERI D EEZHND,

A. BIREOBERY

X JEGHMEA P EREAE  (XLN) 1% WASP @
TEREANEM L E BRICIVSIEL, ZhET 3 D
DR (L270P, S272P, 1294T) & T
V5, A. Thrasher S, Ml ZhBRETHOE
EREFRETHY, BFHERMEREDORE
W MER BN =T, B REERR AT LI
BELETTHF A HREL TOB, XLN 04
FRBITEIERAR RN H 5D, 5 EFH~ 1T,
WASP 13 NI B TEE B R F & LT
REL . ‘B REER R D LEEFE A R L T e
IPIZOWTIRET L B BLIR IRIEBA 6 O ik &
THZEEEREL,
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X EGHMEL PERBANE XLN)DJRREEL T
FENENTND 3 DD WASP ZEHR (L270P,
S272P, 1294T) DHEBL~2 &2 —%ERK L . CosT
ARSI L OVE B ER R M fEEZ CINIRITE WASP %
FEELL TR KE62 MR I B IR 8 A LTz,
Sy FAEWERERFIEICEIY . EEBIEEL
WASP DOiEEZ 57 A WASP & B U CRRETL
7o
(fEE~DELR)

BT I B AR T RENT IR SR B T D fm B4
#F CER 258 TR R4 B A T -
IREFEERERE L) BT To7,
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