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HOBOCTU NEAUATPUHECKOU ®PAPMAKOJIOTUU

HoBocTu neaunatpuyeckoun dap

M) Check for updates

FDA opo6puno agBa npenapata reHHOM Tepanuu
ANA Ne4YeHUus ceprnoBUAHOK/IETOYHON aHeEMUH

npasfieHMe NO CaHUTapHOMY HaA30py 3a KavyecTBOM

nUweBbIX NPOAYKTOB U MeankameHToB CLUA (FDA) opo-
6puno Casgevy u Lyfgenia — aBa npenaparta reHHou Tepa-
nuW ONA NleYyeHus CEPrnoBUAHOKNETOYHOW aHeMun cpeau
nauneHToB B BO3pacTe OoT 12 neT u cTapLue.

MpumedaTtensHo, 4To Casgevy cTan nepsBbIM npenapa-
TOM NS peanusauun Metola Jie4eHUs Ha OCHOBE TEXHONO-
rMn pepaxktupoBaHua reHoma CRISPR/Cas9, KoTopbin Obl
3apeructpupoBaH FDA. lMpenapaT 6bl/1 COBMECTHO pa3pabo-
TaH Vertex Pharmaceuticals n CRISPR Therapeutics.

Lyfgenia — 3710 npenapart, KOTOPbIA UCMONb3YET NEHTU-
BUPYCHbIN BEKTOP B KayeCTBE CPefcTBa [AOCTaBKU reHOB
B KNeTKkW. Ero paspaboTynkoM BbICTYNMSIa KOMMaHWUS
Bluebird Bio. C nomolbio aTOro MeTofia Ie4eHUs CTBOJIOBbIE
KNEeTKM KPOBM MNaLMeHTa FeHeTUYecKu MoauduuMpytoTcs
AN npoussoacTsa B opraHname HbAT87Q, Tak HasbiBaeTcs
reMorno6uH, MOony4YeHHbIM C MOMOLLbIO FTEHHOM Tepanuu,
KOTOPbIN PYHKLMOHUPYET aHanorMyHo reMornobuHy, Bbipa-
6aTbiBaeMOMYy B OpraHu3me 340pPOBOro B3POC/IOro 4esno-
BEKa.

BesonacHocTb M 3dbdeKTUBHOCTL NpenapaTtoB ole-
HMBaANUCb B XOLE MHOIOLEHTPOBbLIX UCCNeLOBaHUM cpe-
W B3POC/bIX U NOAPOCTKOB, B aHaMHe3e KOTopblX 6bli10
HECKONbKO 3M13040B Ba300KKJIIO3MOHHOIO Kpuia. B pam-
Kax [ABYXroAuM4yHoro Hab6nwogeHusa Casgevy CMOr Kynupo-
BaTb HOBble NposiBieHns Kpusa y 93,5% naumeHToB (29 13

31 y4acTHuKa) B TedyeHue 12 mec. HM y ogHOro naumeHTa
He Hab6nojanocb peakuun OTTOPXKEHUA TpaHcnnaHTarta.
B 10 Bpemsa Kak addeKTMBHOCTL Lyfgenia coctaBuna 88%:
y 28 13 32 nauueHToB He OTMevasnocb 3MUM3040B Kpu3a
Ha npoTsxeHnn 6-18 mec.

Hanbonee pacnpocTpaHeHHbIMU HeXenaTenbHbIMU
ABJIEHUAMU NPU MPUMEHEHUMN KaXKAOro U3 npenapaToB reH-
HOW Tepanuu 6blnn TPOMOOLMTOMNEHUS U NENKONEHUS, U3b-
A3BJIEHUE CIN3UCTOM OOONIOYKM MOSOCTM pTa, TOWHOTA,
6011 B CMWHE U XWBOTE, pBOTa, dGebpunbHasa HewTpone-
HUS (BbiCOKaa Temneparypa, COMpPOBOXAAoWaACqd HU3KUM
KO/IM4EeCTBOM NEMKOLIUTOB B KPOBM). Y MaLUEHTOB, MOny-
YyaBwux Lyfgenia, Habnoganucob reMaTonorMyeckme 3noKa-
4YeCTBEHHbIE HOBOOGPA30BaHUA (ONYyX0SIM CUCTEMbI KPOBM).
MauuneHTbl, nonyvatowune npenapar, AOJIKHbI HaAXO4MTbCH
noA MOXWU3HEHHbIM HabNIOAEeHWEM Ha NpeameT Haauyus
3a6051eBaHni CUCTEMbI KDOBETBOPEHMUS.

B npownom mecsaue npenapat Casgevy Nony4mn Takxe
0f06peHne OT BPUTAHCKOro perynsTopa B Ka4yecTBe Cpej-
CTBa OT CEPMNOBUAHOKIIETOYHOW aHeMUKU. BennkobputaHus
CcTafla NepBON B MWUpPE CTPaHOW, pa3pelmBlIEen NpUMeEHe-
HWe npenapata, pa3pabdoTaHHOro C MOMOLbID TEXHONOMMU
CRISPR.

UctoyHuK: https://pharmvestnik.ru/content/news/
FDA-odobrilo-dve-gennye-terapii-dlya-lecheniya-
serpovidnokletochnoi-anemii.html

FDA opo6puvno aynunymao ana neaumaTpu4yecKoro
Nne4yeHusn 3ab6oneBaHUM NULLEBOAA

npaB/eHMe Mo CaHWTapHOMY HaA30py 38 KayeCTBOM

nuuLeBbIX NPoayKToB 1 MeankameHToB CLLUA (FDA) opo-
6puno ncnonb3oBaHue Dupixent (aynunymab) ans nedvexHus
303UHOMUNIBHOIO 330daruTta y geter B Bo3pacTte OT O4HOro
roaa ao 11 net 1 maccon Tena He meHee 15 Kr.

BrnepBble npenapaT 6bin 0406peH ANSA fIeYeHUs 3Toro
3a60/eBaHuUs y B3poCabIX U feTen 12 neT u ctaplie ¢ mac-
corn Tena He meHee 40 Kr B mae 2022 1., 4To caenano ero
nepBbiM IEKAPCTBEHHLIM CPEACTBOM AN NE€YEHUST UMMYH-
Horo 3a6onesaHus B CLUA.

[Tpn 203nMHOGMNBLHOM 330darvTe B NULLEBOAE HaKanInea-
OTCH 303UHOGUILI, YTO MPUBOLAUT K NOBPEXAEHUIO U BOCNa-
JIEHMIO, KOTOPbIE MOTYT MOBJIUATb HA CNOCOBHOCTL NPUHUMATL
nuwy. Xots okosio 21 000 geter B Bo3pacTte 11 net v mnaglwe
B CLUA npoxoasT neyeHune oT aTOM NaTonoruu, peanbHas pac-
NPOCTPAHEHHOCTb MOXET BbITb BbIlE, MOCKONbKY CUMMNTOMbI
4acTo OWKNBOYHO NPUHUMAIOT 3a APYr1e COCTOAHUS.

OcHoBaHWeM 4N19 0406peHUS NOCNYXKUIU laHHbIE Uccne-
nosanua EoE KIDS dasbl lll. UccnepoBaHne nokasano,

4yTO Yepes 16 Hea 66% aeTen, nonyvyaBLWKX 6onee BbICOKME
[03bl MpenapaTta Npu MHOTOYPOBHEBBIX PEXMMax A03UPO-
BaHWS B 3aBUCMMOCTH OT Macchl Tena, JOCTUIIU TMCTOJOMU-
4YecKon peMuccun 3aboneBaHus (He 6onee 6 303MHOPUIOB
B NnoJfie 3peHusi Npu GOMbLIOM YBENMYEHMM), HYTO ABNSETCS
NnepBUYHOM KOHEYHOM TOYKOK, NO cpaBHeHMIO ¢ 3% B rpynne
nauMeHToB, Noay4aBLIKX nnauebo.

Ha 52-i1 Hea ructonorvyeckas pemuccusi 6olna coxpa-
HeHa y 17 u3 32 peten (53%), nonyyaBwwux aynunymao;
rMCTONIOrMYEeCKas PeMUCCHUs TaKkKe Oblla JOCTUMHYTa y 8 U3
15 peten (53%), nepewenwnx Ha aynunymab ¢ nnaue6o.
Ha 16-# Hepn, cornacHoO oTyeTaM L, OCYLLECTBASIOLMNX
yxofl, Habnoaanoch 60bliee CHUXKEHWE AONU AHEN C OAHUM
WM HECKOJIbKUMU NMPHU3HAKaMKU 303MHODUIIbHOIO 330dbaru-
Ta y AeTel, nonyyaBlUMX npenapaT, N0 CPaBHEHWUIO C rpyn-
non, nonyyaslien nnaue6o.

UcToyHuK: https.//investor.regeneron.com/news-
releases/news-release-details/dupixentr-dupilumab-fda-
approved-first-and-only-treatment



