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HOBOCTU NEAUATPUHECKOU ®PAPMAKOJZIOTUU

HUM OaHHbIM, 0Kono 10-20% nauneHTOB [AETCKOro BO3-
pacTa y)»e MMelT meTacTa3bl Ha MOMEHT MOCTAHOBKM
[narHosa.

Lutathera — 310 nenTna-peLenTopHasa paguoHyKAnaHas
Tepanusa, KoTopas WMCMosb3yeT BbICOKOAO3HOE W3NyyYeHue
[N19 NOPaXKEHUS N YHUUTOKEHMA PAKOBbIX KIETOK.

PagvonuranaHas Tepanus npeactaBnaseT co6om nepeno-
BOM py6ex B NeYeHnn paKa, coveTas LeneBble paguoaKkTuB-
Hble M30TOMbl C MOJIEKYAMW, KOTOPbIE MOTYT cneundUyecKn
CBf3bIBATbCHA C ONYX0/IEBbIMU KNeTKamu. ATOT MeTo N03BO-

N9eT HanpsMylo AOCTaBNSATb pajgvauMio K PaKoBbIM KeT-
KaM, MMHUMWU3UPYS NOBPEKAEHME OKPYKaloWmnX 340POBbIX
TKaHen. Lutathera penctByeT nyteM BAMAHUSA Ha KNETKM,
3KCMpeccupylolne peuenTopbl coMatocTaTMHa, KoTopble
npeo6nagatT Bo MHorMx GEP-NET. CBs3aBlWKCb C 3TUMMU
peuenTtopamMu, MeyeHas pagMoaKTUBHBLIM M30TOMOM Mose-
Kyna JOoCTaBAsieT netanbHOe M3ny4YeHue HenocpeacTBEHHO
K ONyX0NeBbIM KNeTKaM.

UcTovyHuK: https://chemrar.ru/fda-odobrilo-pervuyu-
terapiyu-nejroendokrinnyx-opuxolej-u-detej-ot-novartis/

FDA oao6puio nepBbiK Npenapar
NPOTUB PEeAKOro UMMYHHOI 0o 3a60/iIeBaHuUe

npaB/ieHMe MO CaHWTapHOMY HaA30py 3a KayecTBOM

nuiLeBbIX NPoAYKTOB 1 MeankameHToB CLUA (FDA) opo-
6puno nepopanbHbiv npenapat Xolremdi (MaBopuKkcadop)
N9 nauneHToB B Bo3pacTe 12 feT 1 cTaplie ¢ CUHAPOMOM
WHIM. 370 KpailHe pegkoe reHeTuM4ecKoe 3aboseBaHue,
npu KOTOPOM MMMYHHasi cucTeMa opraHuMaMa He QyHKUM-
OHUPYET JOMKHbIM 06pa3oM. Tak, B 4YaCTHOCTH, OHO BbI3bl-
BaeT peunamBupyolime MHOEKLUN NErKUX U NpoBOLMPYET
nosiBfieHne 60poJaBoOK, CBSA3AHHbIX C BUPYCOM Manuiaiombl
yesioBeKa.

Ha3BaHue cuHapoMa NPOUCXOAUT OT CUMNTOMOKOMIJIEK-
ca: W (warts) — 6opogaBku, H (hypogammaglobulinemia) —
runorammarnobynnHemus, | (infections) — mHdekumn nu M
(myelokathexis) — muenokaTeKkcuc.

Mpu cuHgpome WHIM CHUXaeTcqa KOIMYecTBO 3pPesbix
HENTPODUIOB M NTUMOBOLMTOB, LIMPKYIUPYIOLLNX B OPraHm3-
me. Kak yTBepAaeT npou3BoanTENb — aMepuKaHCKas
6uodapmaueBTudeckana KomnaHua X4 Pharmaceuticals,
npenapaT paboTaeT 3a CYeT TOro, YTO YBENMYNBAET KONnye-
CTBO 3pesiblX HEUTPODUNIOB U NTMMOOLIUTOB.

«X0TS MHpOopMaLmMs O cCMMNTOMax pas3HUTCS, cYMTaeTcs,
4yTO nauueHTbl ¢ cuHagpomom WHIM MoryT MmeTb peuu-
OVBUpYIOLLIME MHPEKLUMKU, BKIOYaA MHEBMOHWIO, CUHYCUT

N KOXHble MHDEeKUUKN. TaKKe OHKU NoABEPIKEHbI PUCKY onac-
HbIX 419 XM3HW BaKTepuanbHbIX U BUPYCHbIX MHDEKLUIM», —
rosopuTtce Ha cante FDA.

Mo naHHbIM arentcTBa, WHIM BCcTpevaeTcd npuMepHo
y OAHOr0O U3 5 MIH HOBOPOXAEHHbIX. B mMeanumHcKon
nuTepaType onucaHo Bcero okono 60 cnyyaeB 3abone-
BaHus.

AdPeKTMBHOCTb Xolremdi 6bia oueHeHa B 52-Heaenb-
HOM paHAOMMW3MPOBAHHOM ABOMHOM CAenom naawueb0o-KoH-
TPONMpPyeEMOM UCCNefoBaHUK, B KOTOPOM MPUHAN yvyacTue
31 4yenoseK. 3a 3TOT Nepuos BPEMEHW npenapaTr CHU3WU
Konn4yectBo MHbeKumnn Ha 40% no cpaBHEHUIO C niaLebo,
O[lHaKo He cnpaBucs ¢ bopoJaBKamu.

Cpeayn nob6o4HbIX peaKkuui HabnwganMcb TPOMOOLMTO-
NeHKus, CbiNb, PUHWUT, ANUCTAKCUC (KPOBOTEYEHME M3 HOCA),
pBOTa M rofIOBOKPYKeHne. Kpome Toro, M3BECTHO, YTO npe-
napaT MOXET HaHecTu Bped BHYTPUYTPOOHOMY pebEHKY,
NO3TOMY KEHLWWHAM C AeTOPOAHbIM MOTEHLMUaNomM cneayet
peKoMeHAoBaTb MCNOMb30BaTb 3GPEKTUBHbIE CpeacTBa
KOHTpaLuenuuu npu ne4eHuu.

UcTo4HuK: https;//gxpnews.net/2024/05/fda-odobrilo-
pervyj-lp-protiv-redkogo-immunnogo-zabolevaniya-
sindroma-whim/?amp=1

FDA npucBouno ctatyc RMAT
reHHOu Tepanuu cuHapoma PeTtTta

MepuKaHcKkas komnaHuga Taysha Gene Therapies nony-

Yuna oT YnpaBneHusa No caHUTapHOMY HaA30py 3a Kade-
CTBOM MULLEBLIX NMPOAYKTOB M MeauMkameHToB CLUA (FDA)
cepTudUKaT nepenoBoOn Tepanuu pereHepaTtMBHOW Meam-
LuMHbl (RMAT) anda cBoero reHotepaneBTUYECKOro npenapa-
Ta TSHA-102, npeaHa3Ha4YeHHOro A5 fie4eHUs CUHAPOMa
PeTtTa.

TSHA-102 — 370 reHHas Tepanusg, KoTopas npeano-
naraeT ucnonb3oBaHue Bupyca AAVO gna focTaBKM reHa
MECP2 HenocpefCTBEHHO B LeHTPasibHYI0 HEPBHYIO CUCTe-
MYy AN Ne4eHUss OCHOBHOM MPHUYMHbI CMHApPOMa PeTTa —
peaKoro reHeTM4ecKoro 3abosieBaHus, BbI3BaHHOIoO MyTa-
umamMn B reHe MECP2, KoTopble BAUSIOT Ha pas3BuUTUE
mo3ra. OHO BCTpedvaeTcs NPeUMMyLLeCTBEHHO Y AeBOYeK
N NPUBOAUT K TAXKENBIM YMCTBEHHBLIM U GUIUYECKUM Hefo-
cTaTkam.

Mporpamma npuceoeHns ctatyca RMAT npeaHasHavyeHa
L7191 YCKOPEeHUs pa3paboTKK 1 pacCMOTPEeHUs pereHepaTus-
HbIX Tepanuin, HanpaBieHHbIX Ha nevyeHne, MoanbUKaLUO
WM NOSTHOE U3NIeYeHUe Cepbe3HbIX 3ab601eBaHuin. PelieHune
FDA o npucsoeHnn RMAT npenapaTy NogKpenieHo nepBuy-
HbIMW pe3ynbTaTaMyu KIMHUYECKUX UCCef0BaHUIM Y B3pOC-
NbIX U AETEN.

B aBrycte 2023 r. FDA npucBouno paspabotke TSHA-
102 ctatyc Fast Track Designation. 3Ta nporpamma cnoco6-
CTBYET YCKOpPEHHOM pa3paboTKe W PacCMOTPEHUIO HOBbIX
JIEKapCTB MM GUONOTMYECKUX NpenapaToB, KOTopble npes-
Ha3Ha4yeHbl AN NeYeHUss CEPbE3HbIX WU XUIHEYrpoxato-
LLMX COCTOSIHWUM U NPU 3TOM LEMOHCTPUPYIOT NoTEeHLMa.

McTouHuK: https.//gxpnews.net/2024/05/fda-prisvoilo-
status-rmat-gennoj-terapii-sindroma-retta-kompanii-
taysha/?amp=1



