BONbLWMHCTBO COBPEMEHHbBIX MOAX0A0B K nevyenunto M4/
HanpaBneHbl Ha yCTpaHeHWe CUMNTOMOB 3abofeBaHus,
a He Ha ero OCHOBHYIO FTEHETUYECKYIO MPUYUHY.

OpnobpeHHbIn npenapaTt — Elevidys (aenaHgucTporeH
MOKCeNnapBOBEK) — npeacTaBnsgeT coO60M PEKOMOMHAHTHYIO
reHHyto Tepanuio. Jns goctaBkuM GYHKUMOHANbHOW KOMuK
L|leNIeBoro reHa, noj KOHTPOSIEM KOTOPOro CUHTE3MpyeTcs
YKOpOYeHHas dpopma ancTpoduHa, MCNonb3yeTcs aeHoacco-
LMMpoBaHHbIN BMpYC. MpenapaT BBOAAT OAHOKPATHO BHYTPU-
BEHHO, YTO NPMBOAMT K BbIpabOTKe MUKpoAMCTPOdUMHa. Benok
MUKPOAUCTPODUH HeobXxoaMM NaumeHTam ¢ M, NOCKONbKyY
MX OPraHM3Mm cam ero He BbipabaTtbiBaeT. HegoctatoK 6enka
NPUBOAMUT K NPOrpeccupytoLLen notepe MbllleYHON CUbI.

Elevidys 6b11 0406peH NO YCKOPEHHOW CXxeme, KoTopas
NPUMEHSETCS B OTHOLEHUM NpenapaToB, NpeAHa3Ha4YeHHbIX
ANS NIeYEeHNS Cepbe3HbIX UM OMacHbIX AN KU3HK 3abone-
BaHWW C HEYAOBIETBOPEHHON MEAULIMHCKON NOTPEOHOCThIO.
Opob6peHne OCHOBAHO Ha AaHHbIX PaHAOMM3UPOBAHHOIO
KJIMHWUYECKOro MccneaoBaHus, B Xoae KOToporo 6bii1o ycTa-
HOBNEHO, YTO NMpenapart YBeNMYnBaeT IKCMPECCUIO MUKPO-
avcTpoduHa y nuu B Bo3pacte oT 4 go 5 net ¢ MAJ. FDA
NPULNO K BbiIBOAY, YTO 3Ta CypporatHas KOHeyHas TouKa
C AOCTATO4YHOM BEPOSATHOCTbIO MOXKET NMpefcKa3biBaTb Kn-
HUYECKY!o NoNb3y NpenapaTa.

[MaBHbIM NPOTMBOMOKa3aHWEM A/ NPUMEHEHNS Npena-
pata ABNATCS Hann4mMe geneumnn aK3oHa 8 n/mnmn sk3oHa 9
B reHe DMD, a TaKXe BbICOKME TUTPbl NPeAcyLLEeCTBYOLWMX
aHTUTEN NpoTmne BeKkTopa AAV rh74.

HecMoOTpsi Ha HEKOTOPbIE COMHEHUS B OTHOLUEHUWU Mpe-
napata co cTopoHbl FDA, areHTCTBO mocnegosano pelle-
HUIO KOHCYNbTATUBHOIO KOMWUTETA, KOTOPbIA NPOroiocoBan
B NOAAEPXKKY Tepanuu (8 «3a» n 6 «npoTue»). COMHeHUs Tex,
KTO ronocoBan NpoTuB ogobpeHus npenaparta, obycnosne-
Hbl AA@HHBIMU KJIMHUYECKMX MCCleAoBaHWiA Mo MoBOaY €ro
6e3onacHocTu. Tak, y 13 n3 85 ucnbiTyeMbix 3adrKCUpo-
BaHbl cepbe3Hble N060YHbIE 3PPEKThI, OAHAKO 3TO HE CTa-
N0 NOBOAOM ANs MNpeKpalweHus Tepanun nMbo NpUYMHOM
cCMepTH.

KomnaHnua Sarepta nposoaut ¢dasy Il KAMHUYEeCKUX
uccnegoBaHMn Ha 126 nauyueHTax Ana NOATBEPXKAEHUS
3bdEeKTMBHOCTN npenapata M AOMKHA MoKasaTb pe3ynb-
TaTbl K KOHUY 2023 . B cnyyae nonouTenbHOro ucxoaa
nccnenoBaHue cTaHeT NOBOAOM ANS MONYYEHUSA TPaAULMOH-
Horo ogo6pexuns ot FDA.

UcToyHuK: https:;//pharm.reviews/novosti/novosti-
meditsiny/item/8495-v-ssha-odobrena-gennaya-terapiya-
myshechnoj-distrofii-dyushenna-u-detej-4-5-let
https://www.medscape.com/s/viewarticle/993572

NMpenapaTt An9 BOCNOJIHEHUSA HEXBATKHU
ropMoHa pocTta nosay4un ogoo6peHue B CLUA

npaBfeHMe NO CaHWTapHOMY HaA30py 3a KayecTBOM

nULLEBbIX NPOAYKTOB U MeankameHToB CLUA (FDA) ogo-
6puno npenapaT Ngenla (comaTporoH) ot komnaHun Pfizer
ana nedeHus geduuuta ropMoHa pocTa y AeTen, paspa-
60TaHHbIN coBMecTHO ¢ OPKO Health. MHbekuun Ngenla
paspelleHbl K NMPUMEHEHMIO Yy AeTer B Bo3pacTe Tpex aeT
n ctapue. lMpenapat HEO6XOAMMO BBOAUTb EXXEHEAENbHO.

Oednumnt ropmoHa pocta — peaKoe 3aboneBaHne, KOTopoe
BCTpeyaeTcs y ogHoro u3 3,5-10 ThiC. AeTEN U XapaKTepusyeT-
€Sl HEOCTATOYHOM CEKpeLMer ropMoHa pocTa, YTo NPUBOAUT
K 04eHb HM3KOMY POCTY BO B3POCNOM BO3pacTe U 3afeprKKe
NoJSIOBOro CO3PEBAHMS B ClyHae OTCYTCTBUS IeHEHUS.

B TeyeHne MHOrmnx neT ctaHAapToOM JieHeHUs BblIn exe-
OHEBHbIE MHBEKLMM FOPMOHA pPOCTa, HO B nocneaHue rogsbl

GapmMnNpon3BOAUTENN COCPESOTOYUINCE Ha NledeHnn 3a6o-
ieBaHMa npenapaTtaMu ONUTENbHOrO aenctBus. B xope
nccnenosaHui Ngenla nokasan Takyto e 3aGPEKTUBHOCTb,
KaK 1 ropMoH pocTta Genotropin (Pfizer), npegHa3Ha4yeHHbIN
015 eXXeJHEBHOI0O NPUMEHEHMS.

Mpenapat Ngenla yxxe ogobpeH Ans AeTen B pa3HbIX
CTpaHax, BKAto4asa KaHaay, AnoHuWio W cTpaHbl EBponbl.
C BbIxogoM Ha pbliHOK CLUA paspab6oTka Pfizer 6yaeTt KoOH-
KypupoBaTtb ¢ Skytrofa (noHanercomatponuH) oT Ascendis
Pharma un Sogroya (comanauutaH) oT Novo Nordisk, npume-
HAEMbIMU aHaNOrM4yHO — pas B Hejento.

McToyuHuK: https.//gxpnews.net/2023/06/preparat-
pfizer-dlya-vospolneniya-nehvatki-gormona-rosta-poluchil-
odobrenie-v-ssha/

PEDIATRIC PHARMACOLOGY. 2023;20(4)

NEAUWATPUYECKAA ®PAPMAKONIOIUSA / 2023 / TOM 20 / N2 4



