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3ab6osieBaHue spina bifida BKNo4YeHo

B nepeyvyeHb opdaHHbIX

enapTaMeHT MeOMLUMHCKOW MNOMOLWM AeTAM, CIYyX-

Obl POAOBCMNOMOXEHUA U O6LLECTBEHHOTO 340POBbSA
MuH3gpaBa Poccun BKouun 3aboneBaHue spina bifida
B NepeyveHb peakux (opdaHHbIX) 3a6oneBaHnin. OHO YUCAUT-
CS B CMUCKe noj HoMepoM 241, coobuiunnm B npecc-cnyxoe
6narotBopuTenbHoro poHaa «CnuHa 6uduaar.

Spina bifida — peakoe BpoOXaeHHOe 3aboneBaHue,
KOTOPO€ BO3HUKAET BHYTPUYTPOOHO. OHO BKJIlOYaET B Ce64
HECKO/IbKO GOpPM U CTEMNEHEN TAXECTH, BIAUAIOWMX HA LEeH-
TpanbHY0 HEPBHYIO CUCTEMY U DYHKLIMIO CMIMHHOIO MO3ra.
MauneHTbl co spina bifida ncnbiTbiBaloT NPO6AEMbI C MOTO-
PUKOM, 4acTo MMEIOT TPYAHOCTM C MOJIHOLLEHHOM XOAbOOM
M KOHTPOJIEM MOYEUCMYCKaHUS, a TaKKe NoABEPIKEHbI PUCKY
Cepbe3HbIX OCIOXHEHUN.

To4yHOe KoNn4ecTBO Ntofen ¢ 3aboneBaHnem spina bifida
B Poccuun HenseecTHO. TeM He meHee, doHA «CnnHa 6udunaa»
BeAEeT COGCTBEHHYIO CTaTUCTUKY, W, MO NoAcHeTaM aHaaUTH-
KOB, B CTpaHe Npoxu1BatoT He MeHee 1200 TaKux noaen.
«BKitoyeHue spina bifida B cncok opdaHHbIX 3ab6oneBaHnm
NPU3HAHO BaXKHbIM LIATOM, KOTOPbIA MPUHECET 3HAYUTENbHYIO
nonb3dy AETSM, CTOMKHYBLWIMMCS C 3TUM Heayrom. 3TO Mo3BO-
JUT YBEIMYUTb OCBEAOM/IEHHOCTb O 3aboneBaHuK, MpUBeYb
60/blle BHUMaHKS U NOALEPKKM, a TakKe obecneyntb bonee
[OCTynHble U 3bdEKTUBHbIE NPOrpaMMbl leHeHUst U peabunu-
Taumu. Tenepb Mbl MOXEM MHULIMMPOBATL CO3Aj@aH1e perncrpa
nauueHToB», — paccKasanu B npecc-cnyx6e opraHnsaLmn.
UcToyHuK: https://gxpnews.net/2023/07/zabolevanie-
spina-bifida-vklyucheno-v-perechen-orfannyh/

FDA ono6puio HOBbIX Npenapart ANA NOAPOCTKOB
M B3POCJIbIX C TAXEJIOU 04MaroBou anonevuuen

npasneHMe No CaHUTApHOMY HaA30py 3a KavyecTBOM
nuiLeBbIX NPoAyKToB 1 MeankameHToB CLUA (FDA) opo-
6puno npenapar Litfulo (putneuntnHn6) Komnanum Pfizer
ana nogen B Bo3pacTte 12 neT u cTtaplle ¢ TSXeNon ova-
roBov anoneuuen. tTo NnepBoe U eAUHCTBEHHOE fieYeHue,
opo6peHHoe FDA ans noapocTKoB (12+4) ¢ 3TUM HeLyrom.

MpuHUMaeMbI B BUae TaGNETOK OAUH pa3 B A€Hb, pUTNe-
LUMTUHUOG 9BNSIETCHA OBOMHBLIM MHIMOGUTOPOM cemencTBa Tec
TUPO3UHKMHA3 U aHyc-KMHa3bl 3 (JAK3). PekomeHayemast
[03a putneymtTMHnba coctansier 50 Mr ogMH pas B [I€Hb.

Opo6peHune 6bl/10 OCHOBAHO Ha paHee ony6JMKOBaHHbIX
B XypHane Lancet pesynbratax uccneaoBaHui, BK/OYas
uccnepgoBarHune dasbl llb/Ill ALLEGRO, B KoTopoe 6binn
BK/lOYeHbl 718 nauuveHToB B Bo3pacTe 12 neT v cTaple
c oyaroBow anoneuuen ¢ 50% yBenMyeHnem BbiNageHUs
BOJIOC Ha rofioBe, YTO U3MEPSNIOCb C MOMOLLbIO MHCTPY-
meHTa Severity of Alopecia Tool (SALT), BKAOYas nauueH-
TOB C TOTaNbHOM anorneuven (NoSHOE BbiMajeHWe BOJIOC
Ha rofioBe) U YHMBEPCabHON anoneunen (nonHoe Bbinage-
HWe BOJIOC Ha ro/I0BE, NLLE U Tene).

Y nauMeHToB B ucCneaoBaHuMM Habnwgancs TeKywun
3MNM30[ 04YaroBOW anoneuuu, KOTOpbIM Anuncs ot 6 mec
0o 10 net. OHM 6bIIM PaHAOMU3UPOBaAHbI A4S MNONyYEHUN
pUTNeUUTUHNOa oanH pas B CyTKM B go3ax 30 mr uaun 50 mr
(c nnn 6e3 04HOro MecsiLla HavyanbHOMo JIeYEeHUs ATUM npe-
napaTtom oAuH pas B CyTKM B fo3e 200 mr), putneuntuHméa
B fo3e 10 mr unv nnaue6o.

CTaTUCTUYEeCKM 3Ha4YMMO 60/iee BbiCOKas A0Ns nauu-
€HTOB, MONyYyaBlIMX PUTNELUTUHMO B ao3e 30 mMr u 50 mr
(c Harpy304HOW f030M Unu 6e3 Hee), nmenn 80% nnu 6onee
BOJ/IOCSIHOrO MOKPOBa ro/IoBbl, YTO U3MEPSANOCh MO LWKane
SALT 20 nnn MeHee nocne 6 Mec ne4eHnsa No CpaBHEHUIO
¢ nnaueb6o. Yepes 6 mec nevyeHusa cpeamn Tex, KTO MPUHK-
Man gosy 50 mr, 23% gocturam oueHkn SALT 20 nam meHee
Mo CPaBHEHMUIO ¢ 2% TexX, KTO NpMHUMan niauebo.

OPPEKTMBHOCTb U 6€30MacHOCTb pUTNELUTUHMOA Bbln
O[IMHAKOBbLIMKU AN N1l B Bo3pacTe 12—17 neT u B3pOChbiX,
a Hambonee 4acTbiMM NOGOYHLIMKU IDdEKTAMKU, O KOTOPbIX
cooblanocb B uccnegoBaHuu, No MeHbluen Mepe y 4%
nauMeHToB, MOy4YaBLMX PUTNELUTUHWMG, Oblin roN0BHasS
601b (10,8%), anapesn (10%), akHe (6,2%), cbinb (5,4%) 1 Kpa-
nueHuua (4,6%).

370 BTOPOM MHrMBUTOP JAK, 0QOBPEHHBIN AN NeveHuns
o4yaroBow anoneuuu, nocne 6apuuntuHnba (Olumiant), ogo-
OPEHHOr0 B MIOHE MPOLWIOro roga Ans nevyeHuss o4aroBom
anoneuuun y B3POC/bIX. PUTNEUNTUHUG ABNSETCS NepPBbIM
MHrnéutopom JAK, ogo6peHHbIM AN15 IeYEHU AeTeN B BO3-
pacTe 12 neT un cTaplle ¢ o4aroBou asoneunen.

EBponerckoe areHTCTBO NO IeEKapCTBEHHbIM CpeacTBam
(EMA) TaKKe NpUHAI0 3asiBKY Ha perncrpauuio putneLmnTu-
HWGa B TOM XKe NONYASALUK, U PeLLIEHNE OXKMAAETCS B YeTBep-
TOM KBapTaJse 3Toro roga.

UcTo4HUK: https.//www.medscape.com/
viewarticle/993663

FDA o400pU1/I0 NEpPBYIO FreHHYI0 Tepanuio
ANS IeYeHUs Mbille4yHou auctpoduu [iioieHHa

npaB/ieHUEM MO CaHUTAPHOMY Haa30py 3a KayecTBOM
nuLeBbIX NPoayKToB U MeankameHToB CLUA (FDA) ogo6-
peH npenapar reHHow Tepanuu Ans ie4eHuns aeten B BO3-

pacTte oT 4 o 5 neT ¢ MbiweyHon auctpoduen [dioleHHa
(MAA4) c noaTBepKaAeHHOM MyTaumen B reHe DMD, KoTopble
MOFYT XO4UTb.



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/
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