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YCIIEXH TTPOBEAEHUWA TPAHCIIAAHTAIIMN I'EMOIIOTUYECKHUX
: CTBOAOBBIX KAETOK ITP1 CUHAPOME BUCKOTTA-OAAPUYA

Hanuonansubii Mepunmuckuii MiccaepoBaTenbckuil LIeHTp AeTCKOM reMaTOAOTHH, OHKOAOTMUA U UMMYHOAOTUH
um. Amutpus PoraueBa, Mocksa, PO

TpaHcIIaHTAIMA reMonodTuYecKux cTB0JOBBIX KiIeToK (TT'CK) siBisieTca JOCTYIHBIM pPaguKaIbHBIM
meToxoM Jeuenusi cuagpoma Buckorra—Qmaapuua (CBO). Ileas uccienoBanus — oueHka scdexTnBHO-
cru TTCK npu CBO Ha ocHOBe TeXHOJOTMY KJI€TOYHOI'0 MOIEIUPOBAHNS TPAHCILIAHTATA C PeAYKIMei
TOKCUYHOCTH ITOATOTOBUTENbHOM Tepanmun. Marepuaasl u MeToabl uccaenoBanusa: ¢ 2012 mo 2018 rr.

nposeneno 40 TT'CK ot comecTMoro HepoacTeeHHoro (n=24) u ramagongeaTuaHoro (n=16) goaopos
npu CBO ¢ npumenenuem meroxa TCRaof+/CD19+ nemmenuu tpaHcmiaaHTaTa s NPodUIAKTUKH
peakuuu TpaHciaHTaT npotuB xo3sauHa (PTIIX). ¥ Bcex manueHTOB NCHOJIb30BaHbI PESKIMBI KOHIU-
IMOHUPOBAHUS C PeAyIHPOBAHHOI TOKCHYHOCTBIO HAa 0CHOBe Tpeocyab(dana (42 r/m2) u gpayzapabuna
(150 mr/m2); y 29 manueHTOB B KayecTBe JOMOJHHUTEILHOTO AJKHIMPYIOUIEr0 areHTa MPUMeHsLIN
menbdanan (140 mr/m2), a y 22 us Hux K Tepanuu O0buiu modasiaensl I'-KC® u maepuxcadop. Bo
BCeX CIy4Yasgx B KauecTBe CePOTepPANHNH MCIO0JIb30BAJH AHTHTUMOLUTAPHBIN riIo0yauH. Pe3yiabpraTsi:
MequaHa HaOMOneHuA 3a mamueHTamu cocrasmia 23 mec (1,2—23,6 mec). Yacrora passurusa PTIIX
— 22,5% , npu noxHom orcyrcrBuu Tskeasix dopm (III-IV craguu) manHoro ocioxkHenus. OOumias
BBIZKMBAEMOCTh BO Bceil mcciaemyemoin kKoropre mamueHToB ¢ CBO cocraBuia 92,4%. IIpuwuunoit
JIeTaJILHBIX MCXOI0B SBJAJIMCH BUPycHbIe (N=2) u GakTepuaabHbie nH@exmun (n=1). [Toxazaremnun
001eli BPI:KUBAeMOCTH, 4acTOThI pa3BuTus PTIIX He MMeu CTaTHCTHYECKH 3HAYMMBIX Pa3JIMYUA IIPU
TI'CK oT HEpOACTBEHHOIO U rarIongeHTUYHoro foHopos. Hautonsmas saddexrusnocts TT'CK 3a cuer
PeIyKIUM YacTOTHI Pa3BUTHA TUCHYHKIUIT TPAHCILIAHTaTa ObLJIa IPOIEeMOHCTPUPOBAHA Y MALMEHTOB
nocixe xoHauiuoHuposanusa ¢ I"KC® u miepurcadopom; GeccoObITuiiHAS BHIKUBAEMOCTh B ITOM
rpynime cocraBuia 95,5% . 3akarouenue: B Hacrosiee Bpemsa TI'CK nmpu CBO siBasierca addexTnBHEIM
MeToxoM Tepanuu. BrIcokue mMOKa3aTen BHIXKMBAEMOCTH IIPH TPAHCILIAHTALINY OT AJbTePHATUBHBIX
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JOHOPOB ¥ OTHOCUTEJIHHO 0e30IacHbII MpoduiIs IPOBOANMOro Je4eHUA B 3HAUUTEeJbHOI Mepe yBeJu-
YHBAIOT JOCTYIHOCTH JAHHOH TEXHOJIOTUH JJIsI OOJBIIMHCTBA NAIUeHTOB.

Knrouesste cnosa: cundpom Buckomma—Ondpuia, mpancniaHmayus 2eMOn0ImMuLecKux cmeoaio8bLx
KJemokK, aibmepHamueHuLil 00HOp, KOHOUUUOHUpoBaHue, 8vlicusaemocmsv, TCRofi+/CD19+ denaeuus.
Hum.: ][.H. Barawos, C.H. Kosnosckasn, C.A. Padvizuna, AJI. Jlabepro, .P. Cyamanosa, JI.H. I[llenu-
xoea, JO.A. Poduna,A.JO. IlJep6una, A.A. Macuan. Yenexu npogedenus mpancnianmayuu 2eMonod3mu-
YeCKUX CMB0L08bLX Klemok npu cundpome Buckomma—Oadpuua. ITeduampus. 2019; 98 (3): 54-59.

D.N. Balashov, S.N. Kozlovskaya, S.A. Radygina, A.L. Laberko, E.R. Sultanova,
L.N. Shelikhova, Yu.A. Rodina, A.Yu. Shcherbina, A.A. Maschan

SUCCESS OF HEMATOPOIETIC STEM CELL TRANSPLANTATION
FOR WISKOTT-ALDRICH SYNDROME

National Scientific-Practical Center of Pediatric Hematology, Oncology and Immunology n.a. D. Rogachev, Moscow,
Russia

Hematopoietic stem cell transplantation (HSCT) is an available radical treatment for Wiskott—
Aldrich Syndrome (WAS). Objective of the research: to assess the efficacy of HSCT for WAS based
on the technology of graft cellular modeling with preparatory therapy toxicity reduction. Materials
and methods: from 2012 to 2018 40 HSCTSs from compatible unrelated (n=24) and haplo-identical
(n=16) donors were performed for WAS using TCRaf+/CD19+ method of transplant depletion to
prevent graft-versus-host disease (GvHD). All patients used conditioning regimes with reduced
toxicity based on treosulfan (42 g/m2) and fludarabine (150 mg/m2); melphalan (140 mg/m2) was
used as an additional alkylating agent in 29 patients, and in 22 of them G-CSF and plerixafor were
added to the therapy. In all cases, antithymocyte globulin was used as serotherapy. Results: the
median of patient follow-up was 23 months (1,2—23,6 months). The incidence of GvHD was 22,5%,
without severe forms (stage III-IV) of this complication. Overall survival in the entire studied
cohort of patients with WAS was 92,4% . Causes of lethal outcomes were viral (n=2) and bacterial
infections (n=1). The overall survival rates and GvHD did not have statistically significant
differences in HSCT from unrelated and haploidentical donors. Maximal HSCT efficacy due to
reduction in the incidence of graft dysfunction was demonstrated in patients after conditioning
with G-CSF and plerixafor; event-free survival in this group was 95,5% . Conclusion: now, HSCT for
WAS is an effective therapy method. High rates of survival after transplantation from alternative
donors and a relatively safe treatment profile greatly increase availability of this technology for
most patients.

Keywords: Wiskott—Aldrich Syndrome, hematopoietic stem cell transplantation, alternative donor,
conditioning, survival, TCRaf+/CD19+ depletion.

Quote: D.N. Balashov, S.N. Kozlovskaya, S.A. Radygina, A.L. Laberko, E.R. Sultanova, L.N.
Shelikhova, Yu.A. Rodina, A.Yu. Shcherbina, A.A. Maschan. Success of Hematopoietic Stem Cell
Transplantation for Wiskott—Aldrich Syndrome. Pediatria. 2019; 98 (3): 54-59.

Cungapom Buckorra-Oagzpuua (CBO) - sr1o
BPOJKIEHHOE 3a00seBanme ¢ X-CIeNJeHHbIM HacJe-
IOBaHWEM, OTHOCAIIEeCsA K TPYNIe IePBUYHBIX
uMmmyHOZebUUTHEIX cuaapomoB (IINIIC). Hactora
BO3HUKHOBEHUA MAAHHOM IATOJOTHMU COCTABJSET
1:250 000 manpumkoB [1]. Cayuam saboseBaHUA
JIUIT 2KE€HCKOTO I10JIa OUeHb PeJIKU U CBA3aHBI C IT0a-
BJIEHHEM aKTUBHOCTH OJHOM 13 X-XPOMOCOM.

IIpuunnoit CBO saBidgeTCS TeMO3UTOTHAS MyTa-
musa B reue WAS, Koropsulii kogupyer WAS mpo-
Teun (WASp), IpuHUMAOIIUN ydacTue B Iepe-
CTPOIiKe IIMTOCKEJIeTa B OTBET HA KJIETOUHYIO aKTU-
Banuio. Bemok WASP sKcupeccupyeTcs HCKJIIO-
YUTEJBHO B KJIETKaX TIeMaTOIO3TUYECKOro pALa.
HoBosnbHO uacto nedbumutr WASpP accomuupoBan
¢ UMMYHOJOrn4YecKUMHU nedeKTaMu, TaKUMU Kak
YMeHbIIIeHNe KOJUUYEeCTBa U HapPYIIeHUd (QYHKIIUU
T-num@oInuTOB, CHUMKEeHNE XeMOKUHe3uca paromu-
TOB U NEHIPUTHBIX KJIETOK, OTUCHYHKIIUSA DPeryJsisd-
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nuu T-KJIeTOK, a TaKyKe HapyllleHne WHIYKI[MOH-
HoO#1 (pasw anmomTosa [2].

Kaaccuueckuit penorun CBO xapakTepusyercs
KJIACCUUYECKOM Tpuajoii: sK3ema, TPOMOOIIUTOIe-
HusaA u uMmyHogeduiur. CreneHb BHIPAKEHHOCTH
KJIMHUYECKUX MPOABJICHUN Pas3jMuHA U YACTUUIHO
KOoppesupyer ¢ KoHenrpamnueir WASp B KiaeTkax,
UTO B CBOIO OuUepedb, 3aBUCHUT OT JIOKAJM3AIUU U
Buja myranuu [3].

O1eHKa TAMKECTU TeUeHUs 3a00JIeBaHNs TPOBO-
JIUTCS ITOCPEICTBOM 0aJIIbHOM IIIKAJbI, Pa3padoTaH-
Hoit niia manueHToB ¢ CBO [4] (cM. Tabauiy).

ITamueHTHI ¢ KJIaccuuecKuM eHoTunoM (3—5 mo
IIKaJie TAMKEeCTH) HamboJiee YyBCTBUTEIbHBI K OaK-
TepUaJbHbIM, BUPYCHBIM KM OIIMOPTYHUCTUUECKUM
nHpeknuam [5]. Kpome Toro, or 24 mo 72% wus
HUX peajusyioT ayTOMMMYHHbBIE OCJIOMKHEHUS, UTO,
B CBOIO OUepe/b, yBEJIMYNBAECT PUCK PA3BUTHUS 3JI0-

KaueCTBEHHBIX HOBooOpasoBauuii [6—9]. B cBasu c
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o 3

/

Tabruua

IlIxana raxectn CBO [4]
XLT Kaaccuueckunit CBO
IIxana TaxecTn

1 2 3 4 5
TpombornuToneHusa + + + + +
Mausie hopMbI TPOMOOITUTOB + + + + +
JK3eMa - (+) + ++ —/(+)/+/++
NnvmynOmEDUITAT =/(+) (+) + + (+)/+
Nndernnun - (+) + +/++ —/(+)/+/++
AyTOMMMYHHBIE OCJIOMKHEHUSI 1/ UJIN OIYXOJIN — - - — +

XLT — X-cuenjeHHas TPOMOOIIUTOIEHNS; IIIKAJIA TsAsKeCTH: —/ (+) — MPOsiBJIeHUs OTCYTCTBYIOT MM cJ1abo BbIpaskeHHbIe; (+) — ciaabo
BBIpasKE€HHAsA IIPeXOAIas, JeTKasd d9K3eMa WJIM HeTAKesble, HeyacTble NH(MEKINY, He IIPUBOJAINNE K CEPbe3HBIM ITOCIEACTBUAM; +
— TPOMOOIIUTONEHN A, CTOIIKAA, HO C OTBETOM Ha TePAaIlHIO, a TaK/Ke PEIUANBUPYIOIIe NHPEeKIInY, TpeOyIoliie IPOBeAeHU IIPOTUBO-
MUKPOOHOU Tepanuu; ++ — IJIOX0 KOHTPOJIUPyeMas 9K3eMa U TAKeJble *KU3HEeYTI'DOKAIOIe HHDEeKITUN.

stuM, CBO ¢ KjiaccuuecKuM (PeHOTUIIOM SBJISETCS
000CHOBAHHBIM NIOKa3aHMEM K IIPOBEIEHUIO TPAaHC-
IJIAHTAIUU TEMOIIO3TUYECKUX CTBOJIOBBIX KJIETOK
(TT'CEK).

TI'CK y:xe 6osee 50 jer mpumeHseTcs I
JIeUeHU IITUPOKOTO CIIEKTPAa HACJEICTBEHHBIX CUH-
npomos, B Tom ymcyae CBO [10], omHaxko K HacTOsA-
IeMy BPEMEeHHU 3Ta TeXHOJOTUA IIpeTepIiiesia 3HAUM-
TeJIbHBbIe UBMeHeHUA. B 4acTHOCTM, COBEPIIIEHCTBY-
oruiics mpo@uiab 6e30IacHOCTH BCe Uallle ABJISeT-
cs aprymenToM aad npoBenernua TI'CK mamuenTam
C OTJIMYHBIM OT KJiaccmueckoro (gemorumom CBO,
HaIIpuUMep, IPU U30JIUPOBAHHON TPOMOOIIUTOIIEHIN
WJIV UHBIX TIpobJieMax, OmpeneaiIux YMepeHHOoe
MPOsIBJI€HUE TsKeCcTu 3a00JeBaHUSA, HO IPUBOIA-
IIUX K HAPYIIIeHNIO KayecTBa KU3HU.

CoBpeMeHHBIE METOABI KJETOYHOTO WHIKU-
HUPUWHTA TPaHCIJIAHTATa, a TaKyKe TOCTHKEeHUA
B 00JIaCTU COIIPOBOJIMTEIHLHON Tepalmuu SBJISIOTCS
3aJI0TOM, YJIYUINAIONIUXCSA U3 rojla B T'OM, Pe3ysb-
TaToB Tepanuu. dyTs 6osiee 20 JjieT Hasan B Kaue-
ctBe nouHopoB aaa TT'CK mpu CBO ucmosb3oBainuchk
uckaounteabHo HLA-coBmMecTuMble CcuOIMHTHU.
ITpumeneHue TpaHCHJAHTATA OT HEPOJICTBEHHBIX
U TaIJIOUJEHTUYHBIX POJCTBEHHBIX JIOHOPOB OBLIO
acCOIMMPOBAHO C BBICOKMM PHUCKOM Pa3BUTHUA
TSAKEJIBIX OCJIOKHEHUl, HauboJsiee Cepbe3HBIM U3
KOTOPBIX TPAAUIIMOHHO CUUTAETCA PEAKIIUSA TPAHC-
miaantar npotuB xozaumHa (PTIIX). Metoawsr ee
TpoUIIaKTUKY TOCJIeHee BpeMs OBbLIM OCHOBAHBI
UCKJIIOUUTEJILHO Ha 3IIMMUHAIIUY UJIU MTOJABICHUN
aKTUBHOCTHY NOHOPCKUX T-1uM@pOIUTOB, YTO TOCTH-
raJyioch Jiubo mocpeAcTBOM JUMQOIEIIIETUPYIONTNX
dapMnopenapaToB, JUOO yaieHHEM JIUM@POINTOB
HETOCPEeJCTBEHHO M3 TPAHCIJIAHTATA C ITOMOIIBIO
UMMYHOMarHuTHBIX MeTomoB. Hecmorpsa Ha To,
YTO TaKad MOATOTOBKA TPAHCILJIaHTATa JOCTATOY-
HO a(dekTuBHO HpemorBpairaer passutue PIITX
[11], siuMuUHaAIIMA W3 TPAHCILIAHTATA UMMYHOKOM-
MEeTEHTHBIX KJIETOK YIJIUHAET CPOK MMMYHOJOTH-
YeCKOW PEKOHCTUTYIIUH, UTO, B CBOIO OUepeab, yBe-
JUYMBAET PUCK PA3BUTUA TAKEIBIX KJIMHUYECKU
3HAYMMBIX uHbpernmii [12, 13].

B mocnemnme rombl SHTY3Wa3M B OTHOIIIEHUU
TI'CK oT aibTepHATUBHBIX [JOHOPOB 3HAUUTEJb-
HO BbeIpoc. OCHOBOM [AJIS 9TOTO CTAJW TEXHOJOTHUU,
MMO3BOJIAOIIE M3MEHATH KJETOUHBIE XapaKTepu-
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CTHUKHU TPAHCIJIAHTATA AJIA IPEeIOTBPAIIeHUA aJlJjio-
UMMYHHBIX OCJIO}KHEHHH, HO COXPaHAIOIINE ero
nurtoTokcudecku#t moreHnuman. Mertong TCRof+
IeIIeINU IO3BOJISIET YHaJATh M3 TPaAHCIJIAHTAa-
ta T-num@onuTel, Ope3eHTHUPYIOI[Ne Ha CBOel
IIOBEPXHOCTHU O- U -perenTopsl, KOTOPhIe, BCTyHasd
BO B3aMMOJEHCTBUE C MOJIEKYJIAMHU TJIABHOTO KOM-
miekca rucrocoBmectumoctu (MHC), uHgymupyior
passutue PTIIX [14]. B To Ke BpeMms, OCTAIOIIM-
eca B kjerouHoM mpoxykTe TCRyd+ mmmbonuTs
obecleunBaOT IPSIMOe IIUTOTOKCUUECKOe IelicTBIe
MIPOTUB PA3JUUYHBIX HNHOMEKIMOHHBIX IIaTOTE€HOB
[14]. Takum o6pasom, BO3MOYKHOCTb 3DDEKTUB-
Hoii mpoduaakTuku PTIIX um xopoiiue miaHchl Ha
UMMYHOPEKOHCTUTYIIUIO CTaJX BECKUM apryMeH-
TOM JAJS aKTUBHOTO WCCJIEJOBAHUA BTON TEXHOJO-
run y nanuenTos ¢ [IN]], npumenureabuo Kk TI'CK
OT aJIbTEePHATUBHOTO AoHOpa [14—16].

IMesns mcciemoBauma — usdyuernue 3GGHEKTUBHO-
cru TT'CK y mamumenToB ¢ CBO ¢ mcmoib3oBaHuEM
COBPEMEHHBIX METO/IOB KJIETOUYHOTO WHXKWHUPUHTA
TpaHCILJIAHTaTa ¥ IIOJTOTOBUTEJBHON XWMHOTEpa-
AU C PEAYIIUPOBAHHON TOKCUUYHOCTBIO.

MarepuaJjabl 1 METOIbI MCCAECTOBAHUS

C 2012 o 2018 rr. 8 HMUII AT'ON um. Imwur-
pus PoraueBa 40 mamumentam ¢ CBO mposexmeHa
TI'CK ma miaatdopMe MOAU(PUIMPOBAHHBIX METO-
JIOB IIOATOTOBKHU TpaHcIiLiauTata. CpeaHuii Bo3pacT
MManMeHTOB K MOMEHTY TPAaHCILIAHTAIIUU COCTABUJI
2 roma (0,7-12,5 ner). Muarmos CBO ycranas-
JUBaJICA HA OCHOBaHUMN KpuUTepueB EBpoleiicKoro
O61ecTBa Mo mM3yueHU0 mMMyHOAehumuToB [17]
¥ TOATBEPKIAJICS OIpelesieHneM MYTAIlUU B I'eHe
WAS Bo Bcex ciayuasix.

28 n3 40 manueHTOB UMeJIn 4-5 cTeleHb TAMXKeCTI
3abosieBanusA. Y 12 mamueHTOB OTMeYaJInuch TPOMOO-
IIATOIIEHUSI U YMEePeHHbIe IIPOSBICHUSI UMMYHOIe-
dunura (1-3 crenens Ta:kectu). B 16 cayyasax ObL1
KCIIOJIb30BAH TPAHCILJIAHTAT OT TallJIOUAeHTUYHOTO
POACTBEHHOTO NOHOPA, a B 24 — OT HepPOJACTBEHHOT'O
HLA-coBmecTumoro mgouopa. MICTOUHMKOM IreMOIIO-
9TUYECKUX CTBOJIOBBIX KJIETOK y BCeX IIAI[EHTOB
sIBJIsJIach INepudepuyecKasi KPOBb IIOCJe MOOMJI-
sanuu CD34+ KJeTOK mocpeacTBOM PeKOMOMHAHT-
HOT'O I'PaHYJIOIUTAPHOr0 KOJIOHUECTUMYJIUPYIOIIe-
ro axropa (I'-KCD).
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Y 11 mamueHTOB AJA KOHAWIIMOHUPOBAHUSA
HWCIOJB30BaJCA Tpeocyiabdan 42 r/m2 B couera-
Hum ¢ Quypapabuaom 150 mr/m2. B 29 cayuasax
IPUMEHSJIN TOATOTOBUTENbHBIE PEKUMBI, COIEp-
skamque Tpeocyabdan 42 r/m2, paymapadbun 150
Mr/m2, a Takxe mesabdanan 140 Mmr/m2, B KauecTse
IOTIOJTHUTEJBHOTO AJKUJINPYIOIIEero areura; y 22
u3 29 manueHToB, MOJYUYaBIINX IBa aJIKUIATOPA, B
PeXUM KOHIUIIMOHUPOBAHUSA TaK:Ke ObLIU BKJIOUE-
uel I'-KC® B cymmapuoit mose 50 MKr/Kr (3a 5 gHeit)
u maepukcadop B gose 720 MKr/Kr (3a 3 1H).

¥ Bcex MaIeHTOB IPOBOAMIACH CEPOTEPATIUS C
momoirnbio mpernapara ATTAM 90 mr/kr (Pharmacia
& Upjohn Company, CIITA) (n=3) ujim THUMOTJO-
oyaun 5 mr/Kr (Genzyme Europe B.V., ®@panmus)
(n=37). Kpome Toro, BCce HAIlUEHTHI MHOJYUUJIU
purykcumab 100 mr/m2 Ha —1 geHb AJs mpoduiak-
TUKY IOCTTPAHCIJIAHTAIIMOHHOTO JuMboIpoaude-
PaTHUBHOTO IIPOIecca.

B xauecTBe 06a30BOIi TEeXHOJIOTHUU IIOATOTOBKU
TpaHCILIaHTaTa wucnoab3oBasacb TCRoaf+/CD19+
JeIIeIuA C IIOMOIIbI0 MMMYHOMArHUTHOTO METOAa,
B COOTBETCTBUU C WHCTPYKIUAMU IIPOU3BOAUTENS
(Miltenyi Biotec, Bergisch Gladbach, I'epmanus). s
nocTTpaHcIIanTanonaoi npodunakTurku PTIIX Bce
TMAIMeHTHI HOJYUYUIN TaKpoaumyc ¢ —1 qo +45 gus.

CraTucTUYeCcKyio 00paboTKy HAHHBIX IPOU3BOLUIN
B nmporpamme XLSTAT (Addinsoft, ®pannus). Toukamu,
OI'PaHNYMBAKOIIINMU aHAJINU3, 6]>IJII/I AaThbl OTTOp)ReHI/Iﬂ/
HEeMIPUIKXUBJICHUA TPaHCIIJIAaHTaTa UJIKW CMEPTHU IIallieHTOB
¥ JaThI IIOCJeJHEr0 HAOMIOAeHUA AJIS JKUBBIX IaIl[eHTOB
¢ (QYHKIIMOHUPYIOIIVM TpaHCIJIAaHTATOM. BepoAaTHOCTU
o01eit u 0eccOOBITUHHON BBIXKUBAEMOCTH OIeHUBAJIU
metonom Kamman—Maiiep. Ilpu oreHke 0eccoOBITUNRHOMN
BBIJKUBAE€MOCTH 3a COﬁI)ITI/Ie IIpUHUMAaJIN TAMeJIble OUC-
GyHKIUU TpaHCILIaHTaTa (OTTOPIYKEHUE, HeIPUKUBJIIe-
HHUe, TAMXeJad TpOMGOHI/ITOHeHHH Ha (l)OHe CMEIIIaHHOI'O
MHUEJONUTHOI'O xmwepnsMa), a TaKiXe CMEepTh IIallMeHTa.
OneHKy BeposTHocTeit passutusa PTIIX, accomuupoBaH-
Hoit ¢ TT'CK cMepTHOCTH IIPOBOAUIN C IIOMOIIILIO METOaa
KYMYJIATUBHOU BEPOSATHOCTU C YUETOM KOHKYPUPYIOIITUX
DPUCKOB C yKas3aHUEM JoBepuTejbHoro muHtepsasa ([IW).
OTTOoprKeHUEeM TpaHcILIaHTaTa cuutanau 6osee 90% cob-
CTBEHHBIX KJIETOK B mepudepudyecKoil KpOBU UIU KOCT-
HOM MO3re I10 JaHHBIM HCCJIEJOBaHUA XNMeEPpU3Ma (MeTO‘
nowm IIITP).

Pe3yabTaTsi

Ilepuon HAGIIOAEHNA 3a MAIMEHTAMU COCTABULII
1,2-79,9 mec (meguama — 23 mec).

Meguana TpaHCIIAHTHPOBAHHBIX SAAPOCOIEP-
skamux KJjaetok (NC) cocrasuma 7,6« 108/kr (3,4—
22,17-108/kr), CD34+ wmerox — 10,75-106/kr
(7,5-21,3-106/kr), CD3+TCRap+ —16-103/kr
(3,4-166 - 103/xr).

IIpusKkMBIeHNEe TPAHCILIAHTATA 3aPEruCTPUPO-
BAHO y BCeX MHAIMEHTOB: BOCCTAHOBJIEHNE HENTpO-
¢unos — 10-28 cyt (meguana — 16 cyr), TpombO-
muToB — 7—18 cyT (Mengmana — 12 cyt) mocae TT'CK.

KymynarusHas BepoATHOCTHL ocTpoit PTIIX
cocraBuia 22,5% (95% 10U 12,7-40), ogHaKo cJie-
IyeT OTMETHUTH, UTO BO BCEX CIAyYAAX PErucTpPUpPO-
BaJIaCh MCKJIIOUUTEJBHO II cTamus OCIOKHEHUS C
XOpOIIIMM OTBETOM Ha IEPBYI0 JUHUIO TepaIruu.
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Puc. 1. KymyasaTuBHas BepOSTHOCTh pa3BuTus octpoit PTIIX
nocae TT'CK ot ranmmongentuunoro (I'anmo) u HepoaCcTBEHHO-
ro (Hepox) moHopoB.
CTaTUCTUYECKUX PA3IUUYUN MeKIy [ByMdA TIpyNIIaMu He
BeIsiBIIEeHO (p=0,29).
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Puc. 2. O6maa serzxkuBaemoctsb nocie TI'CK ot rammoumen-
TuuHoro (I'amno) u Hepoxcreennoro (Hepox) moHopos.
CTaTUCTUYECKUX PABIUUUN MEKAYy [ABYMsA TIpPynIaMu He
BeIsiBIIeHO (p=0,8).

IIpu cpaBHUTEJBHOM CTATUCTUYECKOM aHaJIN3e
KyMyJIATUBHOU BeposaTHOcTU ocTpoit PTIIX B rpym-
max IaIueHTOB, IMOJYUYUBIIUX TPAHCIJIAHTAT OT
HLA-coBMecTUMOTr0 HEPOCTBEHHOI'O U TallJIOUAEH-
TUYHOTO JOHOPA, CTATUCTUUECKU 3HAUNMBIX Pas3Jju-
YU BLIABJIEHO He Ob110 (puc. 1).

BupycHble OC/IOKHEHUs — OOHA M3 HamboJiee
3HAYUMBIX mpobsem y manueHtToB mocie TI'CK c
T-xkaeTouHol memsernmeii, a HanboJiee aKTyaJbHOMN
U3 HUX OCTAaeTCA IUTOMErajJoBUPycHasdA WHGpEKIUI
(ITMB). PeaxtuBanua IIMB B Buge peructpa-
U BUPYCHOIN HArpy3K” B KPOBU BBHIABJIeHA y 21
u3 40 namumentoB (52,5%); BucnepaabrHaa I[MB
uH(peKIua 3apeructpupoBana y 12 (10 mamueHTOB
— xopuopetunurt; 1 — sHnedanuT; 1 — THEBMOHUA).
B oxHOM cayuae y mamueHTa JUarHOCTHUPOBAHA aze-
"HoBUpYycHas (AlIB) mueBMOHMIA.

Cpenu [ApPyrux TAKEJIbIX WHQEKIMOHHBIX
npobseM MOKHO OTMETUTH PasBUTHE UHQMEKIIUU
Toxoplasma gondii ITHC (n=1) u Taxenblii 6ak-
TepUaJIbHBIN CEICUC, BBLI3BAHHBLIN Ps. aeruginosa
(n=1).

BepoaTHOCTL 0611eli BBIKMBAE€MOCTU IIOCJIE
TI'CK y namnumentoB ¢ CBO cocraBuna 92,4%
(95% O 84,2100). CraTucTuuecKu 3HAUNMBIX Pas-
JIMYUH 110 JaHHOMY KPUTEPUIO y MallueHTOB, IOJIY-
yuBIINX TpaHcILiaHTanmuio or HLA-coBMecTuMOro
HEPOJACTBEHHOTO ¥ TallJIOUAEHTUYHOTO POJI-
CTBEHHOT'O JOHOPOB, BBIABJIEHO He ObLIO (puc. 2).
IIpuumHamMu JeTanabHBIX UcX0moB 061U AIIB- (n=1)

ATbI
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Puc. 3. BeccoOsiTniinas BeikuBaemocth mociae TI'CK mpu
MCIIOJIb30BAHUM JBYX PA3IMYHBIX MOJXOMAO0B K PEKNMAM KOH-
auuuoHupoBaHusa — ¢ no6asiaeHuem I'-KC® u muepukxcadopa
(I'-KC®/Ilnep) u 6e3 nodoasaenus I'"KCP® u niaepurcadopa
(6e3 T'-KC® /I1nep).

CraTucTruecKuil aHAJIN3 IPOJLEMOHCTPUPOBAJ 3HAUNTEIbHEIE
pasanuus mexkay rpymnmnamvu (p=0,001).

u IIMB- (n=1) nHeBMOHUs, a TaKKe OaKTepuasb-
HbIH cencuc (n=1).

Amanus 6eccoOBITHIIHON BBI)KMBAEMOCTH B
001IIeil KOropre IallMeHTOB ITPOJAEMOHCTPUPOBAJ
cHU:KeHUe ee ypoBHA m0 74% (95% U 61-88).
IToMuMO Tpex JeTaJIbHBIX MCXOLO0B, 3aPEeTrUCTPUPO-
BAHBI 7 CJIyYaeB TAMKeJON TUCHYHKIIUU TPAHCILIAH-
Tara Ha ()OHE PEKOHCTUTYIIUM COOCTBEHHON MUEJIO-
UIHOM KJETOUHOM MOMYyIAINN — OTTOpKeHne (n=5)
U TsoKesas TpomboriuTonenusa (n=2). Bee quchyuk-
MY TPAHCILIAHTATA OBLIN JUATHOCTUPOBAHLL TOJIb-
KO y IaIlIeHTOB, KOTOPBLIM IIPOBOJUJIOCH KOHIUI[O-
aupoBanue 6e3 I'"KC® u niaepurcadopa. Hu ogmoro
cJIydasi OTTOPIKEHUSA WM TAMKEJI0N TPoMOOIuTOIe-
HUM y HanueHToB, noaydasmux I'-KC® u miepux-
cadop, BbISIBJICHO He ObLI0. BeccoObITUITHAA BBIIKI-
BaeMOCTb B 9TOH rpymme coctaBuiaa 95,5+4,4%;
€IMHCTBEHHBIM COOBITHEM IIPU CTATUCTUYECKON
00paboTKe JaHHBIX CTAJI JIETAJbHBIN UCXOJ ¥ Iallu-
€HTA C TAMKEJON 6aKTepuaabHON NHMGEKIHen.

CpaBHUTEJBHBIH aHaIuU3 06ecCcOOBITUITHON
BBIXKMBAEMOCTH IIPU PA3JINYHBLIX PERKUMAX KOHIU-
I[MOHUPOBAHUSA IIPEJCTABJIEH Ha pUC. 3.

O6cyxxaenne

TI'CK Ha ceromHAIIHUN NeHb ABIAETCA d(PPeK-
TUBHOUM KypaTUBHOU oniueii qiid manueHToB ¢ CBO.
Emre He Tak MaBHO IIUPOKOE PYTHUHHOE IpUMEHEe-
Hue TT'CK orpanuymnBaioch BHICOKOI TOKCUYHOCTHIO
mpoBoguMoro JieueHus. CoBpeMeHHBIE BO3MOKHO-
CTHU IOATOTOBUTEIbHOI TePAINU U MOIUMDUITMPOBAH-
HbIe METOABI TMOATOTOBKMY TPAHCILJIAHTATA CHEJIan
3Ty TeXHOJOTHUIO 60Jee 6esonacHoi u 3 HEeKTUBHOI;.
B Hamem mcciemoBaHUM MCHOJIb30BATIUCH PEIKUMBI
KOHAMITMOHUPOBAHUA C TPeocyJb(paHoM, ABJIAO-
muMed OuPYHKIIMOHATBHBIM AJTKUIUPYIOIUM areH-
TOM, IPUIIEAIINM HA CMEHY CBOEMY CTPYKTYDPHOMY
anaJjory oycyabpany. OgauM 13 Hambojiee BaKHBIX
OTJINUMI Tpeocyab(aHa SBIAETCA €ro 3HAUUTE]b-
HO MeHbINIasg BUCIEPaJbHAA TOKCUYHOCTH, II03BO-
JIA0Iasg MUHUMUSUPOBATH ILEJBIA DAL TIKEJIBbIX
KJIWHUYECKY 3HAUNMBIX IOCTTPAHCILIAHTAIITMOHHBIX
OCJIOKHEeHUH. BTophIM, He MeHee BasKHBIM ITIaroM B
MoAM(pUKAIIUY XUMUOTEPATINH, CTAJ IIOJHBIN OTKa3
OT BBICOKOZ030BOTO uKJodochamuna. B uccienye-
MO I'pyIINe MarueHTOB IOJHOCTHIO OTCYTCTBOBAJINU
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TAMKeJIble TOKCUYeCKHe OCJIOKHEeHUs, TaKue Kak
BEHOOKKJIIO3MOHHAsA 00JIe3Hb IIeUeHHU, reMopparu-
YyecKue IMUCTUTBI U PAS APYTUX, paHee ABIABIIUXCS
NpUYMHAMY MHBAJINAU3AINN, CHUMKEHNUS KauyecTBa
JKU3HU U JIETAIBHBIX cxomoB mociae TT'CK.

OmHuM wu3 HauboJiee TPOSHBIX OCJIOKHEHUH
nociae TT'CK saBnserca PTIIX, paHee JUMHUTUPYIO-
I1as BO3MOKHOCTD MCIIOJIb30BAHUS AIbTePHATUBHBIX
TOHOPOB. B HaIleM mcciaenoBaHUM OBbLI MCIOJIb30BAH
HOBBIIM METOJ KJIETOYHOI'O MHXNHUPUHTA TPAHCILIAH-
tata — TCRop+/CD19+ gemterus, mocpecTBOM IIPU-
MeHeHUA KOTOPOT0 3(PheKTUBHOCTH KOHTPOJIS OCTPOI
PTIIX okasayiach BBICOKO; IIPK STOM He OBbLJIO BHISB-
JIEHO CTATUCTUYECKMN 3HAUUMBIX Pa3JIUUYUN MeXKIY
rpynnaMy [DaleHTOB, TPAHCILIAHTUPOBAHHBIX
OT TaILUIOWAEHTUYHBLIX M HEPOACTBEHHBIX IOHOPOB.
OrcyrcrBue mposaBiaenuit octpoit PTIIX Berre II
CTAANU SABJSETCSA UPEe3BLIUYAMHO BajKHBIM Pe3yJIbTa-
TOM, TaK KaK CBUIETEJLCTBYET O 0e30IacHOM IIPO-
dure meroma. AddekTuBHOCTL KoHTpPoaA PTIIX ¢
nomoibio TCRaf+/CD19+ memienuu y manueHTOB
c [INJIC paHee moATBep:KAeHA B APYTUX MCCJIETOBA-
HUAX [16, 18]. B T0 3ke BpeMs M3BECTHO, UTO YaCTOTAa
pasButusa taxenoit PTIIX ITI-1IV craaguu npu mpose-
meuuu anbrepHaTuBHoit TT'CK 6e3 memmenuu 10 cux
mop ocraerca He HuzKe 10% [19, 20].

PesyabpraToM MOAM(PUIIMPOBAHHON TEXHOJIOIMHI
TOATOTOBKY TPAHCILJIAHTATA B COUETAHUU C IIPOBEJe-
HUeM KOHIUIIMOHNPOBAHUS CO CHUYKEHHOMN TOKCHY-
HOCTBIO CTaJIO JOCTUKEHIE BHICOKOTO YPOBHSA 00IIeit
BBLKHBAEMOCTHU B rpyine namnueaTos ¢ CBO B maieii
kauHauKe (92,4%; 95% OU 84,2—-100), ¢ oTrcyTcTBU-
eM pasJInuYri B 3aBUCUMOCTH OT THUIIA MCI0JIb3YeMOTr0
monopa (p=0,8). Tem He MeHee, CTOUT OTMETUTh, UTO
YPOBeHb 0011ell BLIXKBA€MOCTH He BCerja B IMOJHOMN
Mepe ABJISeTCS oTpaskeHueM 3(P(eKTUBHOCTU IIPO-
BOAMMOTO JieueHus. [Ipu meTasbHOM aHaau3e OKa-
3aJI0Ch, UTO OCOOEHHOCTU IPOBOAUMOIO0 KOHIUIIMO-
HUPOBAHUA IIO-PA3HOMY BIUAIOT Ha ITIOKa3aTeJb Oec-
coObITHITHOM BhIKUBaemoctu. Jlobasienue I'"KCD
u miepukcadopa B IPOTOKOJ IIOATOTOBUTEIHLHOM
Tepanuy CTAJIO KJII0UEBBIM (paKTOPOM IIOJTHOM PenyK-
MUY TSKEJbIX TUCPYHKIIMHA TPaHCIJIAHTATA; BEpPO-
ATHOCTE 00II[eli 1 0eCCOOBLITUIHOM BBLIMKMBAEMOCTH B
aToi rpymnne coctaBuiu 95,5% (95% AU 87-100).
IIpencraBieHHbIl Pe3yJIbLTAT CTAJ KJIIOUYEBBIM apry-
MEHTOM J[AJIs IPUHATHUS PeIlIeHus O Ilejecoobpas-
HOCTH [OaJIbHEHIIIero IPpUMeHeHUs TaKOoro IIoAXomaa
y nanuerToB ¢ CBO, yunThIBasA BBICOKYIO CTATHICTH-
YECKYIO0 JOCTOBEPHOCTH IIOJYUEHHBIX Pe3yJbTaTOB
(p=0,001). 9dhdHeKTUBHOCT, IPUMEHEHUA IIJIEPUK-
cadopa B coUueTaHUU C HEMUEJI0a0JaTUBHBIM KOHIU-
IIMOHWPOBAHMEM paHee Oblaa MPOAEMOHCTPHPOBAHA
B pa6ore M. Konopleva u coasr. [21] y namueHTOB
C MUEJIOUIHBIMU JeHKOo3aMU, a TaKkKe B IIpegBapu-
TeJbHBIX PE3yJIbTaTaxX HaIlero MCCJIeIOBaHUA, OIy-
61ukoBaHHBIX paHee [22, 23]. Poas I"-KC® B KoHU-
nuonupoanuu nepen TI'CK cBoguTcsa Kk Mobumimsa-
UM TFeMOTOITUUYECKUX CTBOJIOBBIX KJETOK U 6Gojee
IPPhepeHNPOBAHHLIX MUEIONIHLIX IIPEIIIIeCTBEH-
HUKOB B cocyaucTtoe pycio. Ilnepurcadop, 610Ku-
pya xemoxkuHoBbIH perentop CXCR4 Ha moBepXHO-
CTU COOCTBEHHOIT I'eMOIIOATUYECKOM CTBOJIOBOM KJIET-
KU, IPEHSITCTBYeT ee (PUKCAIIUN K CTPOME, UTO IIPHU-
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BOJUT K OCBOOOK/IEHIIO CBOOOJHOTI'O IIPOCTPAHCTBA B
KOCTHOM MO3re AJs 6ojee 9)(GeKTUBHOTO IPUIKUB-
JIEHUS JOHOPCKUX KJETOK. TeXHOJIOTUS HCIIOJIB30-
BaHUA TaPreTHHIX IIPEIapaToB, He 00JIaJai0IINX TOK-
CUYEeCKUMU CBOMCTBAMU [JIA KOHIUIMOHUPOBAHUS,
BBITVIAAUT O0HAAEKUBAIOIIEH 1 UMeeT ITePCIEeKTUBEI
JULS TaJIbHEUIIINX MCCJIeJOBAaHUI, TaK KaK He0OX O~
MBIH 9HEKT MOKET OBITh JOCTUTHYT 6€3 aCKaJIaliu
103 XMHUOTepaneBTUUYeCKUX areHTOB.

3aKIoueHune

OpuuMm u3 Hambojee BaKHBIX pPe3yJIbTaTOB
HAaIlleTo UCCJEeNOBaHUA CTAJNU yOequTeJ IbHbIE ITOKA-
3aTeJii BBIXKMBAEMOCTH IIPW TPAHCIJIAHTAIUU OT
aIbTePHATUBHBIX, B T.U. TallJIONAEHTUUYHBIX, JOHO-
poOB, UTO B 3HAUUTEJIHLHON Mepe AeMOHCTPUPYET
IOCTYITHOCTH METOA [JiA OOJILIIIUHCTBA ITaI[eHTOB.

B cBA3U ¢ 3TUM, COBPEMEHHbBIE TEXHOJOTUU IIOATO-
TOBKHU TPAHCIJIAHTATa B COUETAHUU C HOBBIMU IIOJ-
X0ZaMU K COIPOBOAWTEJIHFHOU TepalNU SABJIAIOTCA
IIOBOJIOM [IJII BO3MOYKHOCTH IITMPOKOI'O IIPUMEHe-
uud TT'CK npu CBO ¢ nepcrieKTuBaMu Ha yIaYHBIN
ncxos 3abosieBaHUA.
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Kongaukm unmepecog: asmopvl 3a881310m 00
omecymcemeuu KOHPAUKMA UHMepecos.
Balashov D.N. ® 0000-0003-2689-0569
Kozlovskaya S.N. @ 0000-0002-1754-1220
Radygina S.A. @ 0000-0002-7696-1153
Laberko A.L. @ 0000-0002-2354-2588
Sultanova E.R. @ 0000-0003-0319-3699
Shelikhova L.N. ® 0000-0003-0520-5630
Shcherbina A.Yu. @ 0000-0002-3113-4939
Maschan A.A. @ 0000-0002-0016-6698

Jlureparypa

1. Ilepbura A.IO. WIMMyHOJOTHS [IeTCKOrO BO3pacTa.
IIpaxkTruecKoe PYKOBOACTBO 1o meTcKuM Gosesuam. A.FO. Ilep-
ouna, E.II. ITaimnanos, pex. M.: Megnpaktuka-M, 2006: 126—-131.

2. Hjep6ouna A.JO., Pemond-O’[Jonuenn, Pozen PD.C.,
Pymanyes A.I'. Cuuzppom Buckorra—Onapuda: 607Ie3Hb IIUTOCKE-
Jiera wiau narosorus amomnrosda? Russian Journal of Immunology.
1999; 4 (Suppl. 1): 321.

3. Shcherbina A, Rosen FS, Remold-O’Donnell E. WASP
levels in platelets and lymphocytes of Wiskott—Aldrich
syndrome patients correlate with cell dysfunction. J. Immunol.
1999; 163: 6314-6320.

4.Zhu Q,Zhang M, Blaese R, Derry J,Junker A, Francke U,
Chen S, Ochs H. The Wiskott—Aldrich syndrome and X-linked
congenital thrombocytopenia are caused by mutations of the
same gene. Blood. 1995; 86 (10): 3797-3804.

5. Pai SY, Notarangelo LD. Hematopoietic cell trans-
plantation for Wiskott—Aldrich syndrome: advances in biology
and future directions for treatment. Immunol. Allergy Clin.
North Am. 2010; 30 (2): 179-194.

6. Dupuis-Girod S, Medioni J, Haddad E, Quartier P,
Cavazzana-Calvo M, Le Deist F, de Saint Basile G, Delaunay J,
Schwarz K, Casanova JL, Blanche S, Fischer A. Autoimmunity
in Wiskott—Aldrich syndrome: risk factors,clinical features,
and outcome in a single center cohort of 55 patients. Pediatrics.
2003; 111 (5): e622—e627.

7.Imai K, Morio T, Zhu Y, Jin Y, Itoh S, Kajiwara M, Yata J,
Mizutani S, Ochs HD, Nonoyama S. Clinical course of patients with
WASP gene mutations. Blood. 2004; 103 (2): 456—464.

8. Schurman SH, Candotti F. Autoimmunity in Wiskott—
Aldrich syndrome. Curr. Opin. Rheumatol. 2003; 15 (4): 446-453.

9. Sullivan KE, Mullen CA, Blaese RM, Winkelstein JA. A
multiinstitutional survey of the Wiskott—Aldrich syndrome. J.
Pediatr. 1994; 125 (6): 876—-885.

10. Bach FH, Albertini ReJ, Joo P, Anderson JL, Bortin MM.
Bone marrow transplantation in a patient with the Wiskott—
Aldrich syndrome. Lancet. 1968; 292: 1364—-1366.

11. Slatter MA, Brigham K, Dickinson AM, Harvey HL,
Barge D, Jackson A, Bown N, Flood TJ, Cant AJ, Abinun M,
Gennery AR. Long-term immune reconstitution after anti-
CD52—treated or anti-CD34-treated hematopoietic stem cell
transplantation for severe T-lymphocyte immunodeficiency. J.
Allergy Clin. Immunol. 2008; 121: 361-367.

12. Bacigalupo A, Mordini N, Pitto A, Piaggio G, Podesta
M, Benvenuto F, van Lint MT, Valbonesi M, Lercari G, Carlier
P, Lamparelli T, Gualandi F, Occhini D, Bregante S, Figari
O, Soracco M, Vassallo F, De Stefano G. Transplantation
of HLA-mismatched CD34+ selected cells in patients with
advanced malignancies: severe immunodeficiency and related
complications. Br. J. Haematol. 1997; 98: 760—-766.

13. Aversa F, Tabilio A, Velardi A, Cunningham I, Terenzi
A, Falzetti F, Ruggeri L, Barbabietola G, Aristei C, Latini
P, Reisner Y, Martelli MF. Treatment of High-Risk Acute
Leukemia with T-Cell-Depleted Stem Cells from Related Donors
with One Fully Mismatched HLA Haplotype. N. Engl. J. Med.
1998; 339: 1186-1193.

14. Schumm M, Lang P, Bethge W, Faul C, Feuchtinger
T, Pfeiffer M, Vogel W, Huppert V, Handgretinger R. Depletion
of T-cell receptor alpha/beta and CD19 positive cells from
apheresis products with the CliniMACS device. Cytotherapy.
2013; 15: 1253-1258.

15. Balashov D, Shcherbina A, Maschan M, Trakhtman P,
Skvortsova Y, Shelikhova L, Laberko A, Livshits A, Novichkova

Final 3 19 new!!l.indd 59

G, Maschan A. Single-Center Experience of Unrelated and
Haploidentical Stem Cell Transplantation with TCRaf and
CD19 Depletion in Children with Primary Immunodeficiency
Syndromes. Biol. Blood Marrow Transplant. 2015; 21: 1955—
1962.

16. Shah RM, Elfeky R, Nademi Z, Qasim W, Amrolia P,
Chiesa R, Rao K, Lucchini G, Silva JMF, Worth A, Barge D,
Ryan D, Conn J, Cant AJ, Skinner R, Abd Hamid IJ, Flood
T, Abinun M, Hambleton S, Gennery AR, Veys P, Slatter M.
T-cell receptor aff + and CD19 + cell-depleted haploidentical
and mismatched hematopoietic stem cell transplantation in
primary immune deficiency. J Allergy Clin. Immunol. 2018
Apr;141(4):1417-1426.el. doi: 10.1016/j.jaci.2017.07.008

17. ESID Registry. Working definitions for clinical
diagnosis of PID. Available at https://esid.org/content/
download/15783/432111 /file/ESID Registry_ClinicalCriteria.
pdf. Accessed April 25, 2017.

18. Bertaina A, Merli P, Rutella S, Pagliara D, Bernardo
ME, Masetti R, Pende D, Falco M, Handgretinger R, Moretta F,
Lucarelli B, Brescia LP, Li Pira G, Testi M, Cancrini C, Kabbara
N, Carsetti R, Finocchi A, Moretta A, Moretta L, Locatelli F.
HLA-haploidentical stem cell transplantation after removal of
+ T and B cells in children with nonmalignant disorders. Blood.
2014; 124: 822-826.

19. Pai SY, Logan BR, Griffith LM, Buckley RH, Parrott
RE, Dvorak CC, Kapoor N, Hanson IC, Filipovich AH, Jyonouchi
S, Sullivan KE, Small TN, Burroughs L, Skoda-Smith S, Haight
AE, Grizzle A, Pulsipher MA, Chan KW, Fuleihan RL, Haddad
E, Loechelt B, Aquino VM, Gillio A, Davis J, Knutsen A, Smith
AR, Moore TB, Schroeder ML, Goldman FD, Connelly JA,
Porteus MH, Xiang Q, Shearer WT, Fleisher TA, Kohn DB, Puck
JM, Notarangelo LD, Cowan M, O'Reilly RJ. Transplantation
outcomes for severe combined immunodeficiency, 2000—2009.
N. Engl. J. Med. 2014; 371: 434-446.

20. Slatter MA, Rao K, Amrolia P, Flood T, Abinun M,
Hambleton S, Nademi Z, Goulden N, Davies G, Qasim W, Gaspar
HB, Cant A, Gennery AR, Veys P. Treosulfan-based conditioning
regimens for hematopoietic stem cell transplantation in children
with primary immunodeficiency: United Kingdom experience.
Blood. 2011; 117: 4367-4375.

21. Konopleva M, Benton CB, Thall PF, Zeng Z, Shpall
E, Ciurea S, Kebriaei P, Alousi A, Popat U, Anderlini P,
Nieto Y, Parmar S, Qiao W, Chen J, Rondon G, McMullin
B, Wang RY, Lu H, Schober W, Woodworth G, Gulbis A,
Cool R, Andreeff M, Champlin R. Leukemia cell mobilization
with G-CSF plus plerixafor during busulfan-fludarabine
conditioning for allogeneic stem cell transplantation. Bone
Marrow Transplantation. 2015; 50: 939-946.

22. Baanawos [[.H., I'ymosckaa E.H., Kosnoeckas C.H.,
Padvieuna C.A., Jlabepro A.JI., Macuan A.A. IlpumeHeHue 1e-
puxcadopa ¥ TPAHYJIOLMUTAPHOTO KOJOHHECTHUMYJIUPYIOIIe-
ro GakTopa B KOHAWIMOHWPOBAHUW IEPeJ] TPAHCILIAHTALUEHR
TeMOIIOITHUYECKUX CTBOJIOBBIX KJIETOK y IAIIMEHTOB C CHHAPO-
moMm Buckorra—Ouapuua. Bompocskl reMaTosoruu/0OHKOJIOTAN U
uMMyHomnaToJoruu B neguarpuu. 2017; 16 (3): 55—-58.

23. Balashov D, Laberko A, Shcherbina A, Trakhtman
P, Abramov D, Gutovskaya E, Kozlovskaya S, Shelikhova L,
Novichkova G, Maschan M, Rumiantsev A, Maschan A. A
Conditioning Regimen with Plerixafor Is Safe and Improves
the Outcome of TCRaf+ and CD19+ Cell-Depleted Stem Cell
Transplantation in Patients with Wiskott—Aldrich Syndrome.
Biol. Blood Marrow Transplant. 2018; 24 (7): 1432-1440.

Th

27.05.2019 12:55:23



