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Abstract

Purpose: To explore the clinical efficacy of unrelated umbilical cord blood stem cell transplanta-
tion for Wiskott-Aldrich syndrome. Method: Two patients were diagnosed with Wiskott-Aldrich
syndrome by gene detection and received transplantation form unrelated umbilical cord blood stem
cell. Two patients received a myelieblast conditioning with Cyclophosphamide, Busulfan, Fludara-
bine, Thiotepa. Cyclosporine A, Mycophenolate mofetil and Methotrexate were given to prophy-
laxis of graft versus host disease (GVHD). The doses of infused total nucleated cell (TNC) of two pa-
tients were 7.8 x 107/kg and 6.67 x 107/kg, respectively. The two patients’ CD34+ cells numbers
were 8.32 x 104/kg and 6.67 x 104/kg, respectively. Result: The two patients had a successful en-
graftment, with 100% donor-derived cells by day 28 after transplantation. The time of absolute
neutrophil count (ANC) > 0.5 x 10?/L of two patients was 15 and 30 days, respectively. The time of
platelet count > 20 x 10?/L without transfusion was 30 and 45 days, respectively. Conclusion: The
transplantation of umbilical cord blood stem cell from unrelated donor appears to be a feasible
and effective strategy for further optimizing the outcome of HSCT for Wiskott-Aldrich syndrome.

Keywords

Unrelated Umbilical Cord Blood, Stem Cell Transplantation, Wiskott-Aldrich Syndrome

CERAER .

ESIH: BRI A, BEZE, R¥R. BRGNS TR AE SR IhIRTT WAS ZEA1E 2 Bl & 1. i) LBHE BT
7%, 2016, 4(2): 5-9. http://dx.doi.org/10.12677/acrp.2016.42002



http://www.hanspub.org/journal/acrp
http://dx.doi.org/10.12677/acrp.2016.42002
http://dx.doi.org/10.12677/acrp.2016.42002
http://www.hanspub.org
http://creativecommons.org/licenses/by/4.0/

W

st
At

SRS IS I T 2 A B A Thia 7T
WASERSE25I3R &

MWa, mEE, 2FK

FE T RRER AR TR LRE, AR T

Email: xuedongwu@163.com

WehE . 20164F7H7H; S EM: 20164F7H22H; KA HM: 20164F7H29H

HE

B . B EESES B T4 A AR G 7T Wiskott-Aldrich4i & (Wiskott-Aldrich Syndrome, WAS) I
WRITR . Tik: 2B EERNSET FIWASLZSER B LEEAT T IR G L T4 RBER . BdET
FXAABEBLR. AER. RSHhIE. E8K. TBHEYIE IR RANRAERA. R, FEER.
MR B4 R H10N7.8 x 107/kg. 6.67 x 107 /kg; CD34+4l i %53 7°48.32 x 104/kg- 6.67 x 104/Kg.
GEE. PR TS > 0.5 x 109/LIREIAHIN15. 33K, REERBMAT, MK > 20 x 10%/L
RRECABIEE30. 45K, BHE28 ARAERESFIIRGEERNEEN LRI AEEMIAEAN .
0. RGN I T M A W] LA B06 YT WASSRE1E .
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1. 3]

Wiskott-Aldrich £ & fiE(Wiskott-Aldrich Syndrome, WAS) SFRIEIE — I /N a2 P 5098 - G058 B 4
GAE, PP W) X-EE B R s AL M e BRI, BRI gmAg AL T Xpll. 22-Xpll. 23. WASP JE[H 5%
S WASP ik, S E0E M40 M6 &8 SISO S 1S 5 A S R4 i 58 A R, s /MR 25
RANFRAE, ERKEAIITR, (55465 R AP IE R . WAS Z5G TR RZRILLA /MR 8D £
ANILZINKR S TBIE S G BRI = BRAE B 5y B B G P 0 RIS  BrbRs A p [ 1] 3 i T-4M B RS A (HSCT)
RIEE WAS ZEEIERIA RO, i M40 MR SE R 2 i BE . B An S & T4, gt RiIEA A
FKEHMMEPUEHLA)FE & F AL JHLA -GS Z M  HLA S AR &S (HLA ANtk 5k .
HLA 2 A& R AL 2 WAS )L IR LS, oW AEEZTIA 80%LA F[2], (HIR 2 M % LIRH)
HLA A& I, RIbARSRS HSCT TR 2 1¥i2 F T 1677 6 Z [F] i A AH & L5 1 WAS ZE51E. JiF
MFAE AL 7 HLA AAHEBERS, 24T HLAL~3 My A A R EOE I B, BREybiE W
(GVHD) ) /b1 HAZ[3]. 24 WAS & JLARE KB 4R B G IE ) HLA 2 & IR aBEfts, kA A
AN E AR BT, RS0 R 40 B 0 A SRR . FROIEF 2 I WAS ZRAAE LS
FAESE G TR A, SRR, BRS IR,
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2. BFRHNTIE
2.1. TR

WL, BIL, B, 16 A, EW “RERE. WHGERG 9 B AR, ER I B4 AL K2 W
N WAS ZEE4E, 87 Ll i EsRE e, 5N 2R TG S5 L HLAB/8 & 43 HHBC Y ey o ik i Y
O™, BEMA N AB R HLA B N: HLA-A 0201, 0207; HLA-B 4601, 4601; HLA-Cw 0102,
0102; HLA-DRB1 0405, 0901. #% 4 [ 11 y: 2013-03-09, ik i ifiL 28 ml, 34 4 kN 7.8*107/kg,
CD34+41 i %4> 51y 8.32 x 10°/kg.

w2, L, 55, 36 H, EW MR RIWEE 2 7 AR, EEERY)LEKE DR
LN ZITN WAS ZRE1E, T8 i N ERE (L gke), MEERIEVIERSEE, M/MRICEL,
L i ifil B HLA Jo R Il HLAB/8 w4 HEEC AL ple Iy o b3 S B ALy A Y, HLA FEAYE N HLA-A
1101, 3201; HLA-B 4403, 1502; HLA-Cw 0401, 0801; HLA-DRB1 0701, 1202. # 44 H i}y 2013-10-31,
VERRIT 32 ml, FEHTAE AN 6.67 x 107/kg, CD34+4H[%5) 54 6.67 x 10%/kg.

22. FLBAFR

2 55 LA R P B I T AL B4y T . Cy 50 mg/kg-d x 2 d + Bu 3.2 mg/kg-d x 3 d + Flu 40 mg/m?d x 5 d
+TT 5 mg/kg-¥X %2 Ko

2.3. GVHD TiB5

2 Bl ) LI & 2 P e 77 i85 GVHD: 1) % A(CsA)M—10d [1.5 mg/(kg-d)]JF4fi %1 d 24
N[3 mg/(kg-d)]FF4EE 20 h VT, FrfmiEDiRe ik E a4 T HIR, f5H CsA MHila], 458 Wil CsA I 24 i fifk
B, KRYE AR R, L 4ERRE 150~250 ng/ml. 2) FIEIEA(MTX) +1 d 15 mg/m?, +2 d 10 mg/m?,
BT, 3) HMRAR(MMF) T4i4iE 5 6 h JF44 D AR[30 mg/kg-d], &M 30d {525,

24. FERIERRTE

JF & Ik P ZE 97 (VOD) F FiBH % ki v E AT 2580 RE SR 1. B4R 55 (CMV) JER e F Tl 5 i Ak
FRRT L5 T i ko v E B B8 10 mo/(kg-d)] x 10 d. M4 FEsE H WM A0, JFh T/, 2040 =
WREESPREALBE

3. &R
3.1 EMINEEERE

it 1 R 5 +13 d PRI g4 X 5 > 0.5 x 10%/L, FEHEJE+30 d I/ > 20 x 10%/L. it 2
LRI +33 d PRI IR 4a 0t B > 0.5 x 10%/L, )5 +45 d /MR > 20 x 10%/L.

3.2. GVHD &4

1 LI ES: GVHD fpiE 1 4, FHIEBAMLIE 1 mgkg/d /a7 R . w2 &
ML T EEE GVHD, RAKINZL, fER#, M &t ALT KT 700 U/L), ¥H SR I 1
mg/kg/d R VRTT, BAA CSA + MMF, R FaBEATE 2 1IEH, FZHEIR. 2 6E LT EH GVHD.

33 BERBRHLE
R 1 FAE S U R, R R RN AR E R . M2 AR, MR BEE 2 M
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RAFRE. 7. ZHERS), T BmaE SERA, iAo . W 2 B )E IR .
W, R EE RS, MRS CT Rl D 20, T SW A AER. SHF. REPUER s, 2
JHE T CT i 4 ] B, 2 i 8 ) L CMV &, VOD k4.

3.4. B
BHE+28d. 6 H. 12 HATHENIEEAN, X H S B2 T 5 R A Rk, YA ftE A .
3.5. B

2 BB LRE T 24, BEVIES T 2508 38 AL 30 A, ¥IATOWARE, T2 M M, /MR
4. ¥+1ig

H A& L4 R M2 V0 B WAS RS IR I E 777, R HLA 2 &% 2 WAS 1 ik
B, LWAEAFRAIE 80%LL . 2001 4, Fillpovich Z5[4]/545 170 5] WAS E#aFEfESE F, 45 55 6
MSD, )5 5 F1ETEFEN 87% (74%~93%). Moratto 25 [S]4RE 194 11% 52 & i T4 L HE 1) WAS
B, BAEAT RN 84.0%, SRR AL A A7 ] 76.8 H 22000 411 J& 5 4EAE A7 8 EAE A K 731N 74.9%.
73.4%7F1 89.1%- 83.3%. i AARE BT R BN A3E I HLA A G IR Mg BEfts, WA PHEEISMNE
MR, I 368 1 40 PR R BTV . Morio Z8[6]3Ki# 23 1l WAS M #2 Lo s iE,
HOPHIER 14 N H, HLA £MEE0E 1AM A G . BT EZRA BUICY (FEANH ATG)IE il ikt
MR, AR BAEYITRE 5%, AR A ZAIIRECN 6.49 x 10'/kg. 5 FEAETFR N 82%, 1
BIBET E B R, 39158 T B A PLAE 329 - Ochs Z5[ 713138 65 1] WAS £ ) L2 52 6 < i LA 48 5 7] 349(1995
A 2005 4F) 113 14252 MUD ‘B #EFSAE 1) WAS &) LB HESS R LR EZ 5.

WHE, FRNT 2 D) LE SIS 5 2 UL ERBREIERE. S EIE . FEEY K& GVHD
KA . Mahlaoui 25 [8] K& KRN FE H A& VEAL[9]3& T4 PRFSAE 1) WAS F8 5 HEAT BB 7 R B R
B2 B MR 51T MECREDIME G, FRNT 2 SHLERGELIYTS, KT 5 SAEm
JEARR, TREEEBAEN AL T A 5 4, FRE R S5E0 R0 JLE MR R R a X &
SRIBH N VERTE 1LY UL LB G AORE . SR B EE . R R IR KRS M P 2 R AR R
A2 Moratto [S]RFFERH, BEAE & T AR SR SR 29, SR 2 TG b E R R4 1Y 5 4%
RO 73.3%, FrUAWifEILRE X, FRAMIZRATFRIREIFE. EHEERNZEEILFE
AR IS 10 2 o AWK 2 ), SR AREEIE 5 %, Hdifl 1 B)LFEER/NT 2 2, B G TOHRAAE.

ZHAEOLT, WAS EERAHTEREIE A, DRSS T4 SN, B I R S (1) A 22
HHEERRE M TTRN BUICY, HESEGUMAKH BUICYIATG. HEiE &M 7l db 25 IR B2 7E A 4l A1 Je 2t
A7 RSB S A, B E UM R SRR R BUIE RS, H IR TR SR NG TR
% SOkhiE + DyE200E % . A RIRIEKIL BUICY 8L BUICY/ATG LA TIALEE 77 AR H
BTG A AFAS R RAH G DR 2% o 300 P52 TRUAL 3 2 38 RS AL )5 F8 EB 93 B AH D 1 vk T2 200 A 184 5 M XU,
KHT 8O FeidE— D EE[10]. AH G 2 L3R 2 Cy + Bu + Flu + TT IS REMEALIT T, TG
RSN

HLA FC B A i 43 HE A AH G B L2 22 A T SE R pb R RUR, 78 H AT pEBEYR ™ HEL = FOROL T, ok
MAE FEE A, @kt 2 G E ], dE—SUE T 6 SR Z00 i 1240 R /8 nT DUA 280677
WAS ZE &1
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