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Tepanus ¢ mnomouipio puOOoHYKIeHHOBBIX KuciaoT (PHK-tepanms) - nepcnexTuBHOE
HarpaBjieHue OMOMEIHMIMHBI, OCHOBaHHOE Ha wucnoib3oBanun PHK-moneky:n, perymupyronmx
cHHTEe3 0enkoB. B oTinyme oT TpaJuIMOHHBIX MPENapaToB, BO3JACHCTBYIOMMX HA TOTOBbIE OENKH,
PHK-nekapctBa BausOT Ha OMOCHMHTE3 Ha (YyHAAMEHTAJBHOM YPOBHE, 4YTO CHHXKAeT
PUCK T€HOTOKCUYHOCTHH OTKPBIBAET HOBBIE ITyTH JIEUEHUS TEHETUYECKHX, OHKOJIOIMYECKHX H
MH(DEKIIMOHHBIX 3a00ICBaHUIA.

[lenpio paboOTHl ABUIIOCH CPAaBHUTEIBHOE H3YyUCHHE MEXaHU3MOB ACUCTBUS, 3()(HEKTUBHOCTH
u Oe3omacHocTH OCHOBHBIX  kiaccoB PHK-mpemapartos, onenka poiau PHK-tepanun st
NIEPCOHAIM3UPOBAHHON METUIMHBI.

Opomtonus PHK-tepanuu nponuia nmyTs oT kinroueBbix oTKpbITui (Matpuunas PHK (MPHK),
aprnenne PHK-uHTEepdepeHnnn) Kk KIMHUUECKOMY HCIONb30BaHMI0. Tomuok k pazsutuio PHK-
texHonmoruii mpupana mnanaemus COVID-19. Paspabotkau maccoBoe mnpumenenne MPHK-
Bak1MH yTBepamin PHK-tepanuio kak peBOIIOIMOHHOE HallpaBiieHHEe. PacCMOTpUM HEKOTOpBIE U3
Hux. s JI€YEHUs MEJIaHOMBI (B MIOCJIEONIEPAL[MOHHBIN epUo) HCIIOJIb3YIOTCSA
nepconanmmsupoBanubie HeoantureHHble MPHK-Bakmmael (KEYNOTE-942/943, BNT111/112),
KOTOpbIE MPOJEMOHCTPUPOBAIMCHIKEHNE pHcKa penuauBa Ha 44%, 4YTO TOATBEpPKIAACT
BO3MOXXHOCTb HAIIPaBJICHHON aKTUBALMU INPOTHUBOOIYXOJEBOro T-KI€TOYHOro MmMmyHurtera. Ha
JaHHBIH MOMEHT OTH BaKLUMHBI JOCTYIHBITOJIBKO B paMKax KIMHMYECKUX HcHbITaHui. /g
3aMECTUTENBHOM Tepanuu MyKoBUcuuao3a wucnonb3yercs npenapar ARCT-032. Ilpenapar
npeacrasiseT coboii naramsiunonnyo MPHK, kogupyromnryto nonHouenusiit 6enok CFTR, koTopsiit
BOCCTAHABJIMBACT TPAHCIIOPT MOHOB XJopa M HATPUS dYepe3 MeMOpaHbl AIHUTENIHATbHBIX
KJIETOK M CHIKAET BSI3KOCTb ClM3U. llpenHazHaueH [uid NALUEHTOB, KOTOPBIM HE IIOMOTaoT
monynstopsl 6enka CFTR (okono 15% Oonbubix). Ilomydenune cratyca opgaHHOTO mpenapara
MIOJITBEPKIAET €T0 BBICOKYIO MEPCIEKTUBHOCTb.

Kpome MPHK, uccnenyrores u apyrue tunsl PHK. Cunrernueckue tpancnoptasie PHK
(tTPHK-tepanusi) wucnpaBisiior rpyOble TE€HETHUECKHME OIIMOKM (HOHCEHC-MYyTalluHu), U3-3a
KOTOPBIX CUHTE3 OelIka OCTAHABJIMBAETCS CIMIIKOM paHo. TakuMm o00pa3oM MOXKHO JIEYHTh
MHOYECTBO 00JIe3HEH ¢ JaHHBIM THIIOM MyTanuii (okoio 10% Bcex HacneICTBEHHBIX 3a001€BaHUi).
Mukpo-PHK (MPHK-tepanust), noctaBnsiemast BADYCHBIM BEKTOPOM, OJIOKUPYET MYTAaHTHBIM TeH
HTT, xoTopslii MPOU3BOAMT NATOJIOTUYECKUNA OETIOK, HAKATUIMBAIOIIMNCA B HEHpPOHAX TOJIOBHOTO
MO3ra, BbI3bIBaS UX rHOenab (0osie3Hb XaHTUHITOHA). TakolH MOAXO0J K JICUCHHIO ITOKa3ajl
Oo0Ha/IeKUBAIOLIME PE3yNbTaThl B PAaHHUX KIMHUYECKUX ucnbiTaHusax. KombrneBas PHK
ucnonb3yercss s cozganusd CAR-T-mumM@onuToB (XuMepHble  aHTUICHHbBIE — perenTopsl T-
TUMQOIUTOB) MPSIMO BHYTPH OpranuzMa. BmecTo crmokHOW mpoueaypsl (M3BJI€YCHHE KIETOK, UX
MoU(UKAIKS B JIAOOPaTOPUH, BBEACHUE MALMEHTY OOpAaTHO) MpeJiaraeTcsi MHbEKIHUs Mperapara
circRNA, nepenporpaMmupyroias UMMyHHBIE KJIETKU NallMeHTa JIs pacno3HaBaHUs u
YHUYTOKEHUS OITyXOJIEBBIX KJIETOK (JIGHKO3bI, IUM(POMBI, MUEIIOMA).

Hecmotrps Ha 3HaumtenbHble  pgoctwxkenus, PHK-tepanus crankuBaercas ¢ psaaoM
TPYAHOCTEN:BBICOKAsi CTOMMOCTh  IpPENapaToB, HEOOXOJUMOCTh COBEPLICHCTBOBAHHUS CHUCTEM
JOCTaBKH K TKaHSM, KPaTKOBPEMEHHOCTb TEPANIeBTUYECKOTO ACUCTBUS, TOTPEOHOCTH B
JOJATOCPOYHBIX HCCIEAOBAaHUAX Oe30macHOCTU. [lepcreKTHBbl alnbHEHIIEro pPa3BUTHUS JaHHOTO
HaIpaBJICHUS CBSI3aHBl C BHEJPEHHEM WHHOBAIMOHHBIX IJIAT(OpPM, CO3JaHUEM YHUBEPCATbHBIX
CUCTEM JOCTaBKM B OpraHbl M TKaHU M ONTHMHU3ALMEN IPOU3BOJACTBEHHBIX IPOLIECCOB s
MOBBILIEHUS TOCTYITHOCTH TEPAIHH.
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