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I'EHHAS TEPAIIUAA

-MEJIUIIMHCKOE BMEIIATEIbCTBO, OCHOBAHHOE HA MOAU(DUKALIUN
FCHETUYECKOr0 MaTepuaa >KUBbIX KJIETOK. KiaeTku MoryT ObITh
MOIU(UITAPOBAHBI €X VIVO JIJIS MTOCIEAYIOIIETO BBEACHUS

YEJI0BEKY MJIA U3MEHEHBI 1N VIVO HEMMOCPEACTBEHHO B OPraHu3Me.




Knetounas moaudukaums KnetouHas mopudpukauus

IN VIVO EXS
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W 3KCnpeccupyioT
TepaneBTUYECKMUM TEH

Knetkn Beogstca
0BpPATHO NALMEHTY

¢ bnomonekyna: EneHa benosa



| eHHasa Tepanus Ha JaHHBIU MOMEHT
3aKJIF0YACTCS [IaBHBIM 00pa3oM B IIEPEHOCE
OIIPEJICIIEHHBIX TEHOB B COMAaTHYECKUE

KJIETKHA YEJI0BEKA, II0OCKOJIIbKY M3MEHEHNE T€HOMA
KJIETOK 3apOJIbIIIECBOM JIMHUH B TEPAIIEBTUYECKUX
WJIA MHBIX LEJISIX 3alPEeHO B OOJIBIIMHCTBE
UMEIOIUX COOTBETCTBYIOIINE TEXHOJIOTUM CTPAH.
[To3TOMY M3MEHEHHS TCHETUYECKOM HH(POPMALIUH
[IPU TAKOM JICUEHUU HE TIEPEAAOTCS IO
HACJICJICTBY W 3aTPparuBarOT B OCHOBHOM TOJIBKO
OIIPEJICIIEHHBIEC KIETKU-MUIIIEHA B OpTaHU3ME.



Y 3TOro npaBujia €CTh OJJHO OUYEHb U3BECTHOE UCKITIOUEHUE —
AKCIEPUMEHT KUTAUCKOTO YU€HOTO X3 LI[34HbKYHM U pOXKAECHUE NBYX
T€HHO-MOAU(UIIUPOBAHHBIX JI€BOYEK, N3BECTHBIX MO
nceaonnmMamu Jlyiny u Hana.




BeKTOpbI — HOCHTEIH AJIA JOCTABKH I'¢HOB
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JledeHue BPOKIE€HHBIX HMMYHOJIOTMY€CKHUX
3a0o0Js1eBaHMil (npenapar Strimvelis)

Strimvelis - JIEKapCTBO, MCHOIB3YEMOE IS JICUCHUS
TSDKEJI0I0 KOMOMHMPOBAHHOTO MMMYHOAE(HUIIUTA ,
BBI3BAHHOI'O 1€(hUIIUTOM

anenoznHae3amuHasbl (ADA-SCID).

JlaHHBIN Ipenapar SABISICTCS (ppakiuend ayTOJIOTHYHBIX
KJIETOK, oOoramieHHass CD34+, koTopas COAepKUT
kinetkn CD34+, TpancAynMpOBaHHBIE PETPOBUPYCHBIM
BEKTOPOM, KOAUPYIOIIUM IociieaoBareabHoCcTh JJHK
ADA 4enoBeka.




Heduuut aneno3nHAe3aMuHa3bl (ADA)

— HauOOoJIe€ PaCIpOCTPAHCHHBIN THUIA TIXKEJIOTO
KOMOMHHPOBAHHOIO UMMYHOAC(HUIIUTA.

[Ipu Takoi OOJE€3HN OPraHKU3M IMAlIMEHTOB BhIPA0ATHIBACT
He10CcTaTodHO (pepmeHTa ADA, KOTOPBIM BaXKEH 1151
(opMHUPOBaHMS 300POBBIX U (PYHKIMOHAIBHBIX
auMdonuToB. B pe3ynprare HopMajbHas Mpoaudepanus
3TUX UMMYHHBIX KJIE€TOK HApyIIaeTCsl, YTO NPHUBOAUT K
aTOJIOTUYECKHUM U3MEHECHUIM, UMMYHOAC(PUIIATY 1
3apa’KCHUIO0 ONACHBIMU ISl dKU3HU
ONITIOPTYHUCTUYECCKUMHU UH(EKIUSIMH.

Takas (opma uMMyHOAE(HUIINTA OYEHb OIIACHA U O€3
JIEYEHHUSA OETU C 3TOH BPOXKIACHHOMW MATOJIOTMEN YMUPALOT,
KaK IMPaBUiIO, B IIEPBbIN I'OJl )KU3HMU.



BapuaHT reHHOU Tepaliuu Iperapara
Strimvelis — ex vivo
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CpenHsis MPOAOKUTEIILHOCTh HAOIIOACHUS IPH
IIPUMEHEHUH JAHHOIO Ipemnapara cocrasuiia 6,9 roga
(ot 2,3 no 13,4 roga), B T€C4EHUE KOTOPOI'O BELKUIIN
100 % manmuenToB.

[IpumeHeHue Strimvelis NpUBOANUIIO K
BOCCTAHOBJICHUIO UMMYHHUTETA: YMEHbIIIAIACh
CTE€IICHb MH(PUIIMPOBAHUS, YBEINYMBAJIACH
IPOAYKIUS UMMYHOIJIOOYITMHOB, 58 % HUCIBITYEMBIX
IpeKpallaid BHYyTPUBECHHOE BBEJACHUE
MMMYHOIJI00YJIMHA, MOSBISIICS T'yMOPaJdbHbIM OTBET
Ha BaKIIUHAIWIO, HOPMAJIHN30BAIMCH MOIYIAus 1-
ki1eTok (CD3+ , CD4+ u CD8+ KJIETOK) U THMOII033
C YCTOMYMBOM CIIOCOOHOCTBIO K IIpoJiudepanun -
KJIETOK.



[To604uHBIE (D (DEKTHI

[IaTHAOATHh MAIIMEHTOB COOOIIUIINA O 39
CEePbE3HBIX HEKeIaTeabHbIX peakuusax (CHP),
CpeIu KOTOPKIX ObLIM THEBMOHUS, HH()EKIIUU
MOYEBBIBOJSILIMNX MyTE€H, FTAaCTPOIHTEPUT.

Haunoboiee yacThiM NOOOYHBIM 3(D(HEKTOM
SBJISICTCS MUPEKCUS (JINXOpAJKa).

CepbesHble TOOOYHBIE 3(POEKTHI MOTYT BKIIIOYATh
IIPOLIECCHI, CBA3aHHbBIC C Ay TOUMMYHHUTETOM :
reMOJIMTUYECKAS WM aljlacTUUeCKasi aHeMMus,
TPOMOOIIMTOIICHMUS, TenaTuT, cuaapom I uitena-bappe.



DKOHOMHYECKAsI CTOPOHA

I{leHa j1eyeHUs ObLIa YCTAaHOBJICHA B pa3Mepe
594 000 eBpO, 4TO BABOE IIPEBBIIIAET TOAOBYIO
CTOMMOCTH UHBEKIINU 3aMECTUTEIIHLHOU
(b€pMEHTHON TE€paMHH.

Tepanus AJIA TpeOyeT exxeHEACTbHBIX
MHBEKIUH U CTOUT OKOJIO 4,25 MIIH JI0JIIapOB
CIIIA #a oqHOTO MalueHTa B TEUEHUE JIECATHU

JICT.
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