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B 2017 roxy ¢ orimureM okoHunna Poccuiickuii HarponanbHbli Uccnenopare/beKuil
Memimunckuit Yaupepenrer um. H.W. TTuporosa MunucTepersa 31paBoOXpaHeHHs Pocceuniickoit
deaepannu 1o cnermansiocty «llequarpusy.

B [epuo/1 MOArOTOBKA AMCCEPTALHOHHON paBoThl U M0 HacTosIIee Bpems Xopesa AHHa
JleoHuoBHA paboTaeT BpauoM OTAeNeHHs uMMyHOTorud ®I'BY «HMMLL JAI'OU um. ImuTpus
Porauesay» Munzpasa Poccuu n mpoxouia acupantypy ®I'BY « HMHI] JAT'OW um. Jimutpusi
Porauesa» Munzapasa Poccun (mumsom Ne 107724 3306358 ot 24.08.2022).

CrpaBKa o ¢/laue KaHIHJATCKHX MUHMMYMOB Bbiana B 2023 roxy OI'BY «HMMUIL] AI'OA
um. [Imurpus Poraueay Munsapasa Poccun (cipaska Ne7-23).

HayuHble pYKOBOJIHT€JIH:

HoenukoBa I'anuHa AHATONLEBHA - JIOKTOP MEIMIMHCKAX Hayk, mpodeccop,
resepanbrpii  aupekrop ®IBY HMMUMIL JITOM um. [lmutpus Porauesa MuHucTepcTRa
yapasooxpanenus Poceniickoit Menepanmu.

Ilepbuna Auna lOpbeBHa - TOKTOP MEJUIUHCKHX HAYK, npodeccop PAH, 3amecTutens
AMPEKTOPa WHCTHTYTA TEMaTOJIOTHH, HMMYHOJIOTHH H KIIETOYHBIX texnonoruit ®I'BY HMHII

JINOU um. [imutpus Porauesa MuHKCTEpCTBa 3paBooXpaneHis Pocchiickon denepannu.



[To wroram 00CYK/IEHUS IIPUHATO CIIEAYIONIEE 3aKII0UCHNE:

AKTYyaJbHOCTh TeMBbI HCCIEI0BAHHS

Cunzgpom Buckorra-Onapuua  (Wiskott-Aldrich  syndrome, WAS) - peaxuii X-
CHETUICHHBI MEepBHYHBI HMMMYHOJACOHUIHT C XapaKTepHBIM KIMHHICCKHM henoTHIIOM,
BKJIIOUAIOIIAM B cebst TPOMOOIMTONEHHIO CO CHIKEHHBIM CPETHHM 00BEMOM TPOMOOITHTOB,
MH(EKIMH, 3K3eMYy, MpPEJIPACHOIOKEHHOCTE K PA3BUTHIO aYTOMMMYHHBIX OCIIOKHEHUH W
3JI0KAYECTBEHHHBIM HOBOOOPA30BAHUSAM.

TpoMGOITONEHUS - CaMBblii paHHUH X OCHOBHOM IPU3HAK WAS, KOTOpBIii, B OTIHYHE OT
OCTATBHBIX [POSBIICHMH, SBSETCS OCTOSHHEIM CHUMITOMOM 9TOI0 3a00NeBaHHMsl, IPHBOSLLHM
K TSOKENBIM KPOBOTEUEHHSIM, B TOM HUHCIe W IKH3HEYTPOMKAIOMMM HHTPAKPAHAATBHBIM
kpoBoM3HsHUAM, y Gonee 30% narmenTos (Sullivan et al., 1994).

AHATM3  JIONTOCPOYHBIX  pE3yIbTATOB  TEpanud  TOKas3al, uTO  E€IMHCTBEHHLIM
0BIIEIOCTYTHBIM METOIOM, TIO3BOIISIOUIMM H31EUUTh NaunenToB ¢ WAS, ocTaeTes ajioreHHas
TPAHCITAHTAIIMS TCMOMOITHYECKHX CTBONOBBIX KieTok (T T'CK). Ha ceroausimHuii jJeHb
coBpeMeHHas Kyparusnas Teparmis WAS, skmoyaromas B cedst TI'CK, a Takke npoBoguMyio B
eaUHUYHBIX LeHTpax resyio tepanmio (I'T), rmokassiBaeT XOpOIIME PE3yIbTAThI H MO3BOJISET
J0CTHYh BEDKHBAEMOCTH, 110 PA3HBIM AaHHBM, 10 90% u Honee (banamos J.H. u coasr., 2019;
Burroughs L. M. et al., 2020; Ozsahin H. et al., 2008; Elfeky et al., 2018). Oxnako noirotoska K
nposenennio TI'CK 3aHMMaer, Kak NpaBuio, UIMTEIBHOE BpeMs, B CBA3M C HeM 3anaqa
MO/UTEPKAHUA YIOBIETBOPHTEIBHOIO COMATHYECKOro ¢Taryca OONbHOTO, B MEPBYKO 0Yepeb
MPeIYIpekICHUE KU3HEYTPOKAIOIIAX KPOBOTCUEHHH, ABJIAETCS MEPBOCTENEHHOH B JaHHOH
KOTOpTe TIAIIHEHTOB.

lepemeHHbIM OCTAETCS BOTIPOC O NOKA3aHUAX K TIPOBE/IEHHIO KOHCEPBATHBHBIX METO/I0B
tepamuu. [lonasisiomee GONBUIAHCTBO uceeioBareel coracHsl ¢ NMOJOKeHHeM, 910 WAS
spisieTcs abcosoTHRIM nokasanueM k aworennoit TT'CK, ojHako HeoOX0IMMO NPUHHUMATE BO
BHUMAHHE TOT (JaKT, 4TO, B CHIIY OHOJOTHYECKOH reTeporeHHOCTH 3aboNeBaHMs, CYLIECTBYET
1018 NanUeHTOB ¢ Gojiee ONarompHsTHBIM Iporao3oM. Ha ceropnsaimnfuil JeHb HET €IHHOTO
MHEHHS 110 BEJICHHIO TIALMEHTOB ¢ MEHEE TSKETbIM (eHoTHIIOM 3aboneBanus - X-CHEMICHHON
tpombonuronenneit (XLT), y KOTOPBIX TPOMOOUMTONECHUS M IEMOPPAarduecKue NposBICHAA
MOTYT SBIATBCS SIMHCTBEHHBIMH CHMITOMaMH 3adonesanus. Ilposenenne TI'CK juist jaHHOH
IPYIIIBL OONBHBIX, KaK OCHOBHOTO METOJa TEpaldH, YYMThIBas PHCK PasBHTHA 1IE/I0Or0 psja
OC/IOWKHEHUN, MHBATHIU3APYIOIIUX MAIHEHTOR W CHMIKAIOIIUX KAYECTBO MX JKHU3HH. OCTACTCH

,[[]’ICKyTaﬁtEJIbeIM H ABJIACTCA npeporaTHBoﬁ KPYNHBIX TpaHCIJIAHTALMOHHBIX HEHTPOB.



MeTo/B1 KOHCEPBATHBHOM Tepariy TaKkKe He ONTHMHU3UPOBaHbL. CIUICHOKTOMHUS, paHee
LIHPOKO HCIOJIB30BABLIASCS 111 KOPPEKIHH tpomGonuToneruy npn WAS, Ha ceroHsIIHHH
JeHDb He sBISeTCS Tepanmeil BHIOpa BBHUAY PHCKA TAKEIBIX HHPEKIIHOHHBIX OCJIOXKHEHHH H
peranBa TpoMBOLHTONEHHH Y Gonee YeM 50% nauenTon (Rivers E. et al., 2019).

[ToTeHIMAIBLHO HOBBIM TOIXO/IOM K JIEYeHHIO narnenToB ¢ WAS sBISCTCS NpUMEHEHHE
arouncToB perentopa Tpombonostana (aTTIO-p), KOTOpEIE YCHEMHO HCIOJIB3YIOTC B TCpalliti
uvmyHHOM TpombotmTonenuu (MTII) 1 ApyTrHX COCTOAHMSAX (Townsley D. M. etal., 2017; Wang
Y. M. et al., 2010]. Ha ceromusinHuii J€Hb IIPH Pa3/IMYHBIX dopMax TPOMOOIHTOTIEHNH
HANGOITLIIH OIBIT HAKOTJIEH B OTHOIIEHHH ABYX [IpelapaTor: ITpoMbonara i POMHILIOCTAMA.
OHAKO paHee HCCIIe0BAHU 110 H3yUeHHI0 O (EKTHBHOCTH POMHILIOCTHMA Y IAITMCHTOB C WAS
He MPOBOAUIOCH, 4 B OTHOLIEHHM diaTpomOOnara CyUECTBYIOT cOOO0IIEHHS O Teparuu JIHIb
re6Goabmoro yuciaa 6onbHbIX ¢ WAS.

VypreiBas, 4to alllO-p pa3iuyaloTcs 1o CBOEMY XUMHYECKOMY CTPOCHMIO. PEIHOHY
B3aMMOJICHCTBAS € PENENTOPOM, H JCHCTBHE NPENapartoB peamu3yCeTes depes pasiHaHBIC
CHIHANBHBIC TYTH, BO3MOXKHO IPEANOJONKHTL PasIMuHylo dQQEKTHBHOCTh POMMILIOCTHMA H
sntpombonara npn WAS. Takum oOpasom, H3ydeHHE 5> (PEKTHBHOCTH KaAKIOTO M3 HTHX
mpenapaTos B GOJIBIIAX KOropTax naiueHTos ¢ WAS MOXKET OTKPBITh HOBBIM 3Tarl IMTOHUMAHUS

OuoIoruM 3a00JIeBaHMs H HOBLIE TIEPCIIEKTHBLI TEPAITHH.

KoHKpETHOE JTHYHOE Y4ACTHE ABTOPA B HOJY9YEHHH HAYYHBIX Pe3yIbTaToB

Xopesoit A.Jl. Obll NpOBENEH AHANM3 JIATEPATYPHBIX JIAHHBIX, [OCBAIICHHBIX
SMUAEMHAONOTHH, NATOTEHe3y,  KIMHUKO-TadOpaTOpHBIM M MOJCKYISAPHO-TCHETHHUECKUM
ocobeHHOCTSIM V TaiMeHToB ¢ WAS, a Takke aHaIn3 pas/iMuHbIX HCTOPHHECKUX CXCM TEPAITHH.
COBMECTHO C HAay4YHBIMH PYKOBOJIMTEISAMH OBLIH ONpPEAEICHBI Le/b, 3a/1a49H H METOJBI
HCere0Banys, pa3paboTana 6a3a JaHHBIX JUls XPAHCHAS M CTATHCTHYICCKOH 00padbOTKH AaHHBIX.
Onpejieien Au3aiiH MCCIEI0BaHHs, B COOTBETCTBHH C KOTOPBIM OCYIUECTBIIANOCH KIIMHHKO-
naboparopHoe 00CIeJOBaHHE NAMEHTOB, M3YYCHHE JAHHBIX aHaMHEe3a, HX [IHHAMHYECKOC
HabmoeHue, olieHka rgppexrasHocT Tepanuy. [Tpoananiu3npoBanbl pe3yJibTaTbl HCCICA0BAL N,
cOPMYIIMPOBAHbI BHIBOALI M HPAKTHUECKHE PEKOMEHJAUMH. JIMYHO aBTOPOM NPOBOAMIOCH
0BCIEIOBAHMI ¥ JICUCHHE [ALMEHTOB, BOMIENUINX B HCCIEIOBAHHE COTJIACHO JIN3aiiHy
nccrenosanns. COBMECTHO ¢ raGopaTopueli KIeToHOro reMoctasa u Tpombosa ®I'bY "HMUILL
JITOW uM. [Imurpus Porauésa" Mumszapasa Poccun nposojmics 0toop 1 obpaboTka 06pasnoB

NALHEHTOR, H aHAJIN3 [TOIIYUYECHHBIX NaHHbIX.

Crenenb 000CHOBAHHOCTH U JOCTOBEPHOCTH MNOJYYEHHBIX Pe3yALTATOB HCC/IEJ0BAHHS



O6OCHOBAHHOCTh H  JOCTOBEPHOCTh TIONYYEHHBIX —PE3yJIBTAaTOB  0OeCHevrBacTCs
PeNPE3EHTATHBHOCTBIO BBHIOOPKHM BKJIIOYCHHBIX B HCCIEA0BAHHE OONBHBIX, MPUMEHEHHEM
COBPEMEHHBIX METOJIOB CTATHCTHYECKOH 06pabOTKM JAHHBIX U BHIOOPOM ANEKBATHBIX KPHTEPUES
apanu3a. JIOCTOBEPHOCTD IMONYYEHHBIX PE3y/IbTATOB TAKKE MOJATBEPKIACTCA YO THKALMAMH B

peLICH3UPYEMBIX HAYUHBIX U3TAHHUSX.

Hayunasi HOBH3HA MOJIYEHHBIX Pe3yabTATOB HCCIC0BAHI

BriepBbie B MHpe Ha pelpe3eHTaTHBHOM rpynme jereit ¢ WAS B xo/ie HecaeoBanus
nokasana dbheKTUBHOCTE U GezomacHocTh npuMenerns aTTIO-p s jieuenus reMopparnieckux
HpOsIBACHUH M KoppeKuun TpoMbonuTonenuy npn WAS. Briepsbie NPOBE/ICHO MPOCTICKTHBHOE
PAHIOMI3HPOBAHHOE NPSIMOE CPABHUTEILHOE HCC/IE/I0BAHIES sddextusHoctn ayx alllO-p -
pOMHILTOCTHMA H djiTpombonara - B Koropte nereit ¢ WAS. IlpoBeseH aHalln3 KIIMHHKO-
NabopaTopHBIX  TOKazaTeled B IpyNIE  TANMEHTOB,  pe(paKkTepHbIX K - TEpPAIHM.
[1po1IeMOHCTPHPOBAHO, YTO BEPOSTHOCTH JOCTHKEHHS OTBETA Ha aTT1O-p y naumenToB ¢ Hoee
nerkuM (eroTamoM 3abonepanus (MeHee 4 6an10B N0 MOAMPUUNPOBAHHON MIKANE) H MHCCEHC
BapUaHTaMU TeHa WAS Bbille, deM y OONBHBIX ¢ Kiaccnyecknm WAS (Oonee 4 Gamwios 1O
MOJIH(HUITAPOBAHHON IIKaje) W OCTANbHBIMH THHAMH TEHETHYECKHX nedextor. Brepebie B
koropre nanuenToB ¢ WAS nokasana >QQeKTHBHOCTb KOHBEPCHH TEPAIHK HA allbTepHATHBHBIH
aTIIO-p. B nannoii paboTe NPOBEIGHO HCCIEJOBAHKE GHOIOTHYECKHX OCHOB »pdHeKTHBHOCTH
tepanuu aTTIO-p ¥ OKa3aHO, YTO TEpamis POMHMIUIOCTUMOM BOCCTAHABIMBACT HOPMAIBHOC
pacnpeaenenne MK Mexay cragusMmu cospesanus u Husenupyer capur MK B cropony bonee

3pesbiX (POpM. XapaKTepHBIil Ul TaHeHToB ¢ WAS.

IIpakTuyeckas 3HAYHUMOCTH

IIpejicTaBIeno fokasareqbHOe 0OOCHOBaHHE BhIGOpa Tepanuu nepsoit muaun: aTTIO-p.
CdopMyTHPOBaHB! IPUHIKAIGL BEIOOPA NpenapaTa B TEPAIiK 11€PBOi 1 BTOPOH JIMHUH, IT0Ka3aHa
ypHEKTUBHOCTL U GE30MACHOCTH KOHBEPCHH Tepanuy Ha Apyroi npenapat aTllO-p. Jlokasauna
Gesonacuocts Tepanun aTIlO-p y nereit ¢ WAS, omucanbl e MHAYHBIE N00OUHbBIE YPPCKTLI
naHHOM Tepanyy. [IpoIeMOHCTUPOBAHO, YTO TIPHMEHEHHE Tepanyy ¢ uenoibzosannem alllO-p y
neteit ¢ WAS MO3BOJNMIO CHH3HTL PHCK Pa3sBATHS JKHU3HEYrPOXKAIOIMX KpopoTeueHuil. Ha
OCHOBAHHH PE3yIbTATOB, MOIYYCHHBIX TIPH MPOBEIEHAM JAHHON pabOTEI, pa3paboTaH ajiropuT™
BLIGOPA ATOHWCTA pPElenTopa TPOMOOMOITHHA B COOTBETCTBHH C KIMHHUKO-OMOIOTHYECKOH
crpaThduKanydeli  narmuMeHToB. Ha  OCHOBaHMH  HM3YYEHHMS  KMHETHKHM  JIOCTHXXEHHA
TPOMBOLIMTAPHOIO OTBETa NpH NpoBejeHuy Tepamun aTllO-p pazpaborana TaKTHKA BeIEHHS
GonpHBIX ¢ pedpakrepHOil TPOMOOIMTONEHHEN C ONpEe/ICHHEM CPOKOB MEPEX0/a K Teparuu

BTOPOH JIMHHH.
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CooTBeTCTBHE CO/Iep/KaHHsA JHCCePTALHHE CHeNHAIBHOCTH
Nuccepramms  «Onenka  dQPEeKTHBHOCTH  NPHMCEHEHHS  arOHHCTOB  PEIETITOpA
TPOMBOTIOITHHA BJIECYEHHH FeMOPPArHIECKHX MPOAB/IeHUH cunapoma Buckorra-Onapuda y netei»
Xopesoii Aubl JIeOHHI0BHBI COOTBETCTBYET HayuHbIM cnenpanbaoctsM 3.1.21. Ilexnarpus
(nyHKTaM nacnopra cneuwansHoctd 3, 5) m 3.2.7. Mmmynonorus (NyHKTaMm nacnopra

crenuaibaocT 1, 2, 5, 6, 7).



[lo aKkTyanbHOCTH, HAYYHOH H IPAKTHYECKOH 3HAIMMOCTH, 00BEMY NPOBEICHHBIX
uceseoBanil, o0beMy IMyOMHKALMH HCCIEAOBAHUN B PCLHCH3UPYEMBIX H3[AHMAX W JHHHOMY
BKJIAJly aBTOpa, auccepranuonHas pabora Xopesoit A.JI. COOTBETCTBYET KPUTEPIsIM II. 9-14
paszena II «IlonoXkenus O MOpS/IKE HPUCYXNIEHUS YUEHBIX CTENEHEH» yTBEPKACHHOMY
nocranossiennem [Ipasurensersa PO ot 24.09.2013 r. Ne 842 (pex. or 01.10.2018 r. ¢ usm. o1

Al

26.05.2020) "O mopsake NpHCYKIeHHs yueHbIX cremeneli’ (Bmecre ¢ "llonoxkennem o
MPUCYKIEHUH YYEHBIX CTereHell") NpexbsBiIsSeMbIM K JHCCEPTAIMAM HA COMCKAHHE YUEHOH
CTENeHN KAHIUIATA MEIMIMHCKHX HayK 1o crenmanbHoctsM 3.1.21. — Ilemmatpus; 3.2.7. —
UMMYHOIOTHS U PEKOMEHIYeTCs K O(PUIHATBHON 3aIIHTE.

3aK/oYeHHe NPUHATO HA COBMECTHOM 3aCE/IaHUM C YYaCTHEM COTPYIHHKOB OT/ICNICHIL
UMMYHOIIOTMM, OT/EJEHHsS JeTCKOH TIeMaTOJNIOrHH/OHKOJIOIHY, OTAC/ICHUs TpaHCIUIaHTaliK
reMOMOATHUYECKAX CTBOJMIOBLIX  KjeTok Ne2, cranuoHapa KpaTKOBPEMEHHOIO JICHEHHI,
71abopaToOpUu TPAHCILIAHTAIMOHHON HMMYHOJIOTHH H UMMYHOTEPAITHH remobnactozor PI'BY
«HMHAIL JI'OU um.Jl.Porauesa» Mumsmpasa Poccnu. IlpreyTcTBOBanio Ha sacepanunm 25
4eJI0BeK.

PCS)’HbTaTI:I FOJIOCOBAHHA: «3a» - 25 YelIOBeK, «OPOTHB» - HET, «BO3JCPKABINHXCA» - HET.

IIpoTtokon Ne 5 ot 10 anpesns 2023 r.

3aMecTHTENb IJIaBHOTO Bpaya 1o jJededbHoli padbore
OI'BY HMUIL AI"OX um./].Porauesa,

JIOKTOP MEIHIIMHCKUX HayK, nmpodeccop Haranes Banepuenna Mskosa
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DEECOPR'S Enena Anekcanjaposaa CiupuioHoBa
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