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HoBocTu neaunarpuyeckoun dap

'.) Check for updates

FDA ofo06puio nepBbid reHOTEPaneBTUYECKUN
npenapar oT CriMHa/IbHOM MbiLeYHON aTpoduUm

ANA nuy ctapue 2 net

npaBfieHMe Mo CaHWTapHOMY HaA30py 3a KayecTBOM

nuuieBbIX NPOAYKTOB W meankameHToB CLUA (FDA)
ofobpuno ltvisma (oHaceMHoreH abenapBOBEK) Komna-
HuM Novartis — nepBbli reHoTepaneBTUYECKUK npena-
paTt aNnd NevyeHUs CNMHaNbHOM MblweyHon aTpodumn (CMA)
y oeTew cTaplile 2 ner.

Iltvisma BBOAMTCHA TOMbKO OAMH pa3 MHTpaTeKalsibHO
(B CNMMHHOMOS3rOBYIO XMAKOCTb). AfeHOacCOoUMMPOBaHHbIN
Bupyc (AAV9O) poctaBnsieT GYHKLMOHaNbHYIO KOMWIO reHa
SMN1 HanpsaMyto K MOTOPHbIM HEMPOHaM, BOCCTaHaBInBas
BblpaboTKy 6enka SMN u ocTaHaBnMBas nporpeccupoBa-
HWe NaTonoruu.

lMpsimoe BBeaeHWe B CMNMHHOMO3IOBYIO XWAKOCTb
Nno3BONAET UCMOJIb30BaTh MEHbLUYIO 03y BEKTOPa 6€3 npu-

BA3KM K Macce Tena, obecneymBas 6bICTPOE Havyano aew-
CTBMS U TOYHOE BO3AEWCTBME HA FEHETUYECKYID MPUUYUHY
CMA.

OddeKTMBHOCTL noaTBepxaeHa B dase Il KnnHude-
CKux nccnegosaHuin STEER n STRENGTH. Mpenapat ynyu-
LKA MOTOPHbIE QYHKLIMU YHACTHUKOB: 4Yepesd roj fieyeHus
OHKW Habpanu B cpeaHeM Ha 2,4 6anna 6onblie Mo LKasne
HFMSE (oueHuBaeT cnoco6HOCTb CUAETb, CTOSTb, XOAWUTb
W BbIMONHATb Apyrue ABUKeHUs; Bcero 66 6annos). [pu ecTe-
CTBEHHOM TevyeHun CMA 6e3 neyveHusa GyHKUMKM yxyawatoT-
csl B cpeagHeMm Ha 0,6 6anna B roA.

UcTouHuK: https://pharmvestnik.ru/content/news/fda-
odobrilo-pervuu-gennuu-terapiu-ot-spinalnoi-myshechnoi-
atrofii-dlya-lic-starshe-2-let.html|

FDA oao6pusio nepBbix Npenapar ANa 1e4YyeHus
nebmuuTa TMMMAUMHKMUHA3bI 2-r0 TUNa

npaBfieHMe Mo CaHWTaApPHOMY HaA30py 3a KayecTBOM

nuLLeBbIX NPOAYKTOB 1 MeankameHToB CLLUA (FDA) opo-
6puno nNepBbi npenapart AN NIEeYEHUS KpawHe peaKkoro
geduumta TUMMAMHKMHE3bLl 2-ro TMna (TK2d) — Kygevvi
(nokceuunTuH (doxecitine) + aokcpubTUMUMH (doxribtimine)).
3aboneBaHnem ctpagatoT 13-14 Tbic. YeNOBEK B MUpE.
JlekapcTtBo 6yAyT BbiNycKaTb B popme NopoLlKa Ans Npuro-
TOoB/EHMS nepopanbHoro pacteopa. OHO MOKa3aHO TONbKO
TeM, Yy Koro 601e3Hb nNposiBuNach 4o McnofiHeHus 12 net.

TUMHUAMHKMHa3a 2 — GepMeHT B MUTOXOHAPUAX, HEOO-
XOAMMBbIN UM ONS MPOU3BOACTBA 3HEPrMM B BUAE aje-
HOo3MHTpudpochaTa (ATP). [edbuunt aTtoro 6enKa u3-3a
reHEeTUYECKMX MyTaLMi NMPUBOAWMT K WMCTOLLEHMIO IHEPTUM
B MbllEYHbIX KNieTKax. OHM HauyuMHalT NnoBperaaTbes
M OTMMpaTb, B pe3ynbraTe Yero BO3HWKaeT Muonatus (cna-
60CTb MbILIL): TEPSETCH CNOCOBHOCTb XOANUTb, AbllaTb U N0-
Tatb. Jednumt TK2d YyacTto NpMBOAUT K CMEPTU B TeYeHne
Tpex NeT nocne NosiBAeHUs NepBbliX CUMNTOMOB.

B coctaBe npenaparta ABa HyK/1eo3uga — [OTOBbIX
CTpOUTENbHbIX 6J10Ka A/1 CUHTE3a MUTOXOHApManbHon JHK.
OHM NPOHMKAIOT B MUTOXOHAPWUWU, MUHYSA AedeKTHbIn dep-
MEHT, U HOpManuayloT npou3soacTBo AT®. 3To nomoraet
BOCCTAHOBUTb 3HEProcHabXKEeHUE MbllIEYHbIX KNeTOK M UX
OYHKLMK.

B ¢daze Il KAMHMYECKUX MUccnefoBaHWM C yydacTu-
eM 82 4enoBeK Kygevvi CHM3WN PUCK cMepTu Ha 86%
No CPaBHEHUIO C KOHTPO/IbHOW FPYMNMnowm, He NPUHUMaBLLEN
npenapart. bnarogaps npenapaty B 75% cny4yaeB yaanocb
BOCCTAHOBMUTb XOTS Obl O4HY YTPaAyYeHHYyl0 ABUraTebHy0
dyHKUMio. Cpean nauymeHToB (N = 31), NOAKIIOYEHHbIX
K UBJ1, 5 (16%) Ha4Yanu gblwaTb CaMOCTOATENbHO Mocie
Kypca NneyvyeHuss M OTKalalucCb OT MCMNONb30BaHWA anna-
parta.

UcTouHUK: https.//pharmvestnik.ru/content/news/
FDA-odobrilo-pervyi-preparat-dlya-lecheniya-deficita-
timidinkinazy-2-go-tipa.html

«Kpyr ao6pa» BKA04un B nepevyeHb HO30/10MrMu
ABa reHeTU4eCKUx 3abosieBaHUA

KCnepTHbIM coBeT doHaa «Kpyr fo6pa» BKAOYUN B Nepe-

YeHb HO30/10TWM elle ABa TAXKENbIX FTeHETUYECKNX 3a60-
NieBaHnss — CUHAPOMbl [IOHOXbIO M aKTMBMpOBaHHOMW PI3-
KunHa3zbl genbta (APDS) — 1 4o6aBu B epeyeHb 3aKynaemblxX
npenapaTtoB TEHNONINCHUO KM aKcaTUInmao.

CvHapom [JOHOXbO OTHOCMTCS K KaTeropuu 4pesBbl-
YyanHO peakux 3abofieBaHWM: OH BCTPEYAETCH pPEXKE, YeM
O[MH C/lydaln Ha MUINMOH. B MMpe M3BECTHO BCEro OKO-
no 100 Takumx nauueHToB. 3aboneBaHWe npeacrtaBaseT

Cco60M caMbli TSXeNbI BapuaHT MHCYTMHOPE3UCTEHTHOCTH,
He noajatolmics cTaHgapTHom Tepanuu. CoBeT poHAa TaK-
e cornacoBasn KaTeropuu aeten ¢ cuHaApomMom [IOHOXb!O,
KOTOpbIM MOKa3aHa Tepanus npenapatoM MeKaCepMWH.
3KcnepTbl 0C060 OTMETUNN, YTO 6E3 NeYeHNs IETU C CUHAPO-
MOM [JOHOXbIO MOTYT MOrM6HYTb B MJialeH4eCKOM BO3pac-
Te, B TO BPEMS KaK CBOEBPEMEHHO Ha3Ha4yeHHoe fleyeHue
yBENUYMBAET MNPOAO/IKUTENBHOCTb XU3HW W yly4yllaeT ee
KayecTBO. MeKacepMuH npeacTaBnseT co60M CUHTETUYe-



