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[Abstract]  Objective To evaluate the outcomes of allogeneic hematopoietic stem cell
transplantation (allo-HSCT) for paroxysmal nocturnal haemoglobinuria (PNH) and aplastic anemia (AA)-
PNH syndrome. Methods The clinical data of 18 PNH or AA-PNH patients, including 4 classic PNH and
14 AA-PNH, received allo-HSCT from Dec 2007 to Feb 2015 were analyzed retrospectively. Nine patients
received HLA-haploidentical donor HSCT (1 patient received salvage HLA- haploidentical donor HSCT
after the graft failure of double cord blood transplantation ), 7 patients received HLA-identical sibling donor
HSCT, and 2 HLA-identical unrelated donor HSCT. The conditioning regimens were as follow: 13 patients
received modified BU/CY- based regimens, 5 non- myeloablative regimens [fludarabine (Flu) + anti-
thymocyte globulin (ATG) + cyclophosphamide (CY) or busulfan (BU) ]. Prophylaxis for graft-versus-
host disease (GVHD): the patients with HLA-identical sibling donor received cyclosporine (CsA) plus
short-term methotrexate (MTX), the patients with HLA -haploidentical donor or HLA-identical unrelated
donor received CsA or tacrolimus (FK506) + mycophenolate mofetil (MMF) + short-term methotrexate
(MTX). Results All patients were engrafted successfully (1 patient engrafted by haploidentical donor
after the graft failure of double cord blood transplantation). The median days of neutrophils (ANC) above
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0.5 x 10°/L and platelets (PLT) more than 20 x 10°/L were 11 (10- 26) days and 15 (11- 120) days,
respectively. Three patients (17.6% ) developed acute GVHD (aGVHD), 2 for grade II aGVHD, 1 for
grade IV aGVHD. Of 16 patients, 2 occurred limited chronic GVHD (cGVHD). After a median follow-up
of 14.6 (2.0-86.7) months, 3 patients (17.6% ) died, out of which one died of severe aGVHD, one died of
severe pulmonary infection, one pulmonary infection with transplant- associated thrombotic
microangiopathy. The 5-year estimated disease free survival was (80.5+10.2)%. No patient relapsed.
Conclusion Allo-HSCT is an effective and curable therapy for PNH or AA-PNH with improved prognosis,
and offers a valid therapeutic option for these patients before humanized monoclonal antibody against C5

are widely used clinically.
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0] 55 CD34 " 2 it v 57 £ 53 ) iy 4.14 (1.97~6.57) x
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1%, & W] FLAER i 28 40 B A G I 43 #7 21 & i
CD59/CD55 B LT it ki 41 Y FRA% 41 il <5%, 1
KB RZE @ AR E . BV E 201543 H 1 H
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Wit

PNH HEATE T AT KRB M AE R AT IR YT TS
MYRYT o W A 225 W) o IR AL T C5 4t
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$7 allo-HSCTJ&AYT -

AT i 18 5] B Ak SR AR R RS
Wi UACEE P MR E B R WoR T R
TR Z ook, XFT PNH S5 R RS, FRAT1LL G-CSF



R IR 2285 2015 4F 12 H 55 36 455 128]  Chin J Hematol, December 2015, Vol. 36, No. 12 <1009«

Bl 51 B B REEE A AN S T A M S B A, R
FHEk B BUICY A ATG J5 il A7 i it s ik
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Ye GVHD S5 KAERIBIIA

Zi L frid , allo-HSCT X} F43 B A 48 1 /Y PNH
BEITRAY], bR SRR R A3 20 | A A T
Ja AWIHGE  FEPUAMA C5 BAbT i A& )32 I FH B I 0
TV E A EN— 6T T B
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JoMknt: R EYS . 20 R KHT A SE 1 ARER N AEIR A |
S B R R Y . B AR AR, AN A SR S O R . A
B A5 A - (AT 38.2 °C, MR RS M RT, SN , 4> B B TR
BTG Y S5 I . SR & I Kk e 45 A AR FE R
IN B, JEESR o O TS AR DL I S S R MR-
JFMI ST A Ml S, BUR ITEK M. FFDIGE : SUIRET &K 157.6
pmol/L (IE% Z% {1 0~25.0 umol/L) , A BT % 77.1 pmol/L
(IE# 275 {H 0~14.0 umol/L) , IN &R 2 (ALT)1 185 U/L
(IE# 5% {H 0~40 U/L) , R4 2R % = i (AST) 386 U/L,
PRARET 2 (++) , BRAAJE (+) o B8 CT 7n A7 fili T /NG 5 k-
ZeA gk B s RO, SR , R CT 2% ki P S5 405 7T
fie, HEBR B B e MR . IfLE L WBC 19.8x10°/L, HGB
74 g/L,PLT 45x10°/L. AMNEMLIR R 202 e 2R B Y T 4 41
Jl (Blasts) (57 0.790. H#4 : JiA 4H M 4 0.910, %S 4H L fa
SRR, BTG SR R A% BB 66 R SR BRTE |, G
TS, AT B AN — | AR A S €, TR (14
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(CD41a.CD61) ; CD303 [, CD304 55 BH . 1 ML AH &
J K K1 . BCR- ABL, PML-RARa, AML1-ETO, CCND1/
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BN A AN FE AR 2 40 i iR (BPDCN) . 2014476 A
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10%/L,HGB 101 g/L, PLT 96x10°/L ; X i B0 « 47 A% 20 o %
14x10%/L; BV B e ol WL 4h HEAN I , %5 i A i 28 R
BRI S5 RV

THE AR BRI VEAE T 83 i 4E HANVEA B R
L ULZ 1 2 B BT B i AR B B R E
AR AR L U B JIF S BB S i Z00ER A IR bk L 25 K, s
1 B AR TC R (LLBE 24515 45 B IR 22 -1 s 2
YRR A AR 2 0 7mos 28 B2 R B L 2R BNy A 1 s 1 i
e 38

(Wi H 191 2015-06-16)
(RS G - s





