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B CLLUA opo6peH nepBbl B CBOEM poje npenapart ansa tapretHon PHK-Tepanum
penkoro 3aboneBaHus

10 aBrycra YnpasneHue no KOHTPOSIO 3a Ka4eCTBOM NMPOAYKTOB NMUTAHUA N IEKaPCTBEHHbIX
cpencts CLLUA (FDA) onobpuno nHdy3noHHbIM npenapat OHnaTtTpo/Onpattro (natucnpan) ans
neyeHna nepndepryeckorn NoOINHeNpPONaTK, BbI3BaHHOW HaCNefCTBEHHbLIM TPAHCTUPETUH-0Nocpe-
ZoBaHHbIM amunongosom (hATTR) y B3pocnbix naumeHToB. 3To nepeoe ofobpeHHoe FDA nevexne
NaLMeHTOB C 3TUM PELKUM, U3HYPSIOLMM 1 HaCcTO CMepPTENbHbIM FeHeTUYeCKMM 3a00neBaHmeM,
KOTOpOe xapakTepusyeTcs HaKOMIeHWEM aHOMAasIbHOro aMUIOMAHOTO Oefka TpaHCTUPETMHA
B nepudepunyeckmx Hepaax, CepaLe 1 ApYrmx opraHax. 7o Takxe nepsoe ogobpeHve FDA HoBoro
Knacca NekapCTBEHHbIX CPeACTB — Manow HTepdepupyioLLen pudoHyknenmHoBow Kucnotsl (SIRNA).

hATTR - 3T0 COCTOsIHME, KOTOPbIM CTPaAaeT okono 50 ThiC. YenoBek BO Bcem Mupe. OHO XxapakTe-
pU3yeTcst HaKoMIeHNeM OTIIOXEHWI aHOMasbHOro Oefika aMuIonaa B opraHax M TKaHsax opraHn3mMa,
YTO MeLlaeT UX HOPManbHOMY (MYHKLMOHMPOBAHMIO. DTU OTIOXEHMA Yalle BCero BCTpeYaloTcs
B Nepudepryeckon HePBHOW CUCTEME, HTO MOXET NMPYBECTU K MOTEPe YYBCTBUTENBHOCTM, 00NN 1N
HEMOABUXHOCTY B pyKax v Horax. AMUNOMIHbIE OTNIOXEHWUS MOTYT TakKe BNUATb Ha paboTy cepaua,
noYyek, rnas 1 xenyao4Ho-KMLWeYHOro TpakTa. BapuaHTbl nedeHns faHHOM NaToNOrMmM HanpaBeHs
Ha ynpasfeHve cuMnToMamm bonesHu.

PuboHyknenHosas kucnota (PHK) gencreyet kak nepefatimk Mexay KNetkaMmu opraHusma,
NepeHoCUT AaHHble OT [e30KCUPUOOHYKNENHOBOW KUCIOTbI AJs KOHTPONS CUHTE3a OeskoB.
PHK-nHTepthepeHLmMs — 3To NPOLIecc, KOTOPbIN eCTeCTBEHHBIM 00pa30M NPOVCXOANT BHYTPU KNETOK
4eroBeyeckoro Tena Ans ONoKMPOBKM 3KCNPECCHM onpefieneHHbIX reHoB. C MOMeHTa OTKPbITUS
3Toro heHomMeHa B 1998 1. y4yeHble ncnonb3oBanu HTepdepeHumio PHK B kayecTBe MHCTpYMeHTa
LNA NCCNefoBaHNA OYHKLMY TeHa 1 ero BOBJIeYeHWs B MpoLecc nogaep>XaHnsa 340poBbs 1 Pa3BUTIA
3aboneBaHns. Hanprmep, ccnegosateny U3 HauMoHanbHbIX MHCTUTYTOB 3A4paBooxpaHeHns CLLA
MCnonb3oBany poboTM3MPOBaHHbIE TeXHONOrK Ans BBeAeHWs SiRNAS B KneTku YenoBeka, YToObl
WNHAMBMUIYANBHO OTKIIOYUTL MOYTU 22 ThIC. FEHOB.

HoBbIM knacc nekapcTBeHHbIx cpeacTB — sSiIRNAS — BMewwrBaeTcs B y4acTok PHK, CBA3aHHbIN
C pa3BuTneM 3aboneBaHus. Ecnm ToyHee, To OHNATTPO 3akiodaeT SIRNA B ANNMAHYIO HAHOYACTHLY
L1181 [OCTaBKM NpenapaTta HenmocpeACTBEHHO B NeYeHb NpY MHDY3MOHHOM BBELEHMM NS M3MEHeHNS
1N BNOKMPOBKK CHHTe3a GeNKoB, BbI3blBalOLLMX 3ab0NeBaHMe.

MpenapaT OHNATTPO NpeaHa3HavyeH ANA BMellaTeNbCTBa B CHTe3 PHK aHoManbHoro 6eska
TpaHcTnpeTuHa (TTR). MpenoTepatias BbipaboTky TTR, NekapCcTBEHHOE CPEACTBO MOXET MOMOYb
YMeHbLUWTb HaKOMEHNe OTNIOXEeHW aMUOVAA B Nepudepuyecknx Hepsax, CMArYnTb CUMNTOMa-
TVIKY 1 MOMOYb MaLMeHTaM Nyylle KOHTponMpoBaTb 3abonesaHue. «CyliecTByeT HeobxoaMMOCTb
B NeYeHNN HacneCTBEHHOW aMUNOWAHON NonvHenponaTtum. laHHas TapreTHas Tepanus obecne-
YMBAET MalMeHTaM fieveHne CUMNTOMOB, KOTOPbIE HEMOCPeACTBEHHO BAVAIOT Ha NpuYmnHY 3abore-
BaHuWs», — 3as8un bunnu Janu (Billy Dunn), avpekTop oTaena HeBponormyeckmMx npoaykTos LieHtpa
OLEHKW U UCCNefoBaHWA NekapCTBeHHbIX cpeacTs FDA.

3P heKTMBHOCTL NpenapaTa AoKa3aHa B X04e KIIMHUYeCKOro NCCieoBaHNs, B KOTOPOM NPUHANN
yyactue 225 nauneHTtos. M3 Hux 148 paHLOMMU3MPOBAHbI B Tpynny NonyvyeHns MHMY3nmM 4aHHOro
npenapaTta 1 pa3 B 3 Hef B TedeHne 18 Mecaues, a 77 — Ans npvema nnauebo ¢ Tor xe nepruoamy-
HOCTbIO. Y NInLL, NONyYaBLUMX NaTUCUPaH, OTMeYanu Ny4lumne pesynsTaThbl N0 MOKa3aTensM Tepanmm

esparma

www.esparma.com.ua

B A AIAKECT

OPPeKTUBHOCTb LUTPATHON Tepannmn
y NaLMeHToB C MoYeKaMeHHoW 6one3Hbio

MouekameHHas 6onesHb (MKB) — ofHO M3 caMbix pacnpocTpaHeHHbIX YPOIOrMieckmx
3aboneeanui. LutpatHas Tepanus npepcrasnsietr cobor Hay4HO 06OCHOBAHHBIM NOAXOS, K
NeYeHUI0 ypaTHOro HedPONUTHA3A, d TAKXKE SBASETCS BbICOKOIPPEKTUBHBIM METOAOM Me-
Tapunaktukun. LiutpatHeiit npenapat bnemapen npeacrasnset cobom bydepHyio cuctemy,
B KOTOPYIO BXOAST IMMOHHAS KUCOTA M €€ TPEX3UMELLLEHHbIE CONIU — LUTPAT HATPUS U LIUTPAT
kanus. B pesynbrate ruaponusa conu cMnbHOro OCHOBAHMS M CNABOM KMUCNOTbI NPOUCXOAUT
OLLENaYMBAIOLLEE AEUCTBME AAHHOIO NPENAPATd, CO3AAIOLLEE MOBBILIEHHYIO KOHLLEHTPALMIO
MOHOB HATPMs U Kanus B Move. Llenbio saHHoro nccnepoBanus 6e1no usyunts 3¢pGeKTMBHOCTb
HO3HAYeHus uuTpaTHoro npenapata bnemapen naunentam ¢ MKB.

Metopbl. OueHka 3¢pPeKTUBHOCTU TUTONUTUHECKON Tepanuu nposegeHa 35 nauueHTam
(18 sxeHwmHam 1 17 MyXunHAM) € ypaTHbIMM KaMHSMM nodek. CpesHMiM BO3PACT y4ACTHUKOB cocTa-
enn 4816,4 ropa. Pasmepsl koHkpemeHToe konebanmcs B npegenax ot 0,4 po 3,7 em. LiutpatHas te-
panus npenapatom bnemaper npoeogmnacsk B reserme 4 mec. Hapsapy c bnemapeHom Bcem 60nbHbIM

driemMmapeH

3HMXY€E pU3UK peunamsiB KaMeHeyTBOPEHHS B 7,5 pa3a
OnTumisye piseHb pH ceui, LLIO crpuse PO3YMHEHHIO KOHKPEMEHTIB
Mipsuwlye echekTUBHICTbL NITOTPUNCII, NONerwye BiaXoa)XeHHs ynaMKiB

3010TUN CTAHOAPT LWTPATHOI TEPARII

[M1PO TOJIOBHE

NONMHENPONATUN, BKITIOHAs MbILLIEYHYIO CUITY, YyBCTBUTENLHOCTL (60N, TEMMepaTypa, OHeMeHve),
pednekchl 1 BeretaTBHbIE CUMNTOMbI (apTepuanbHOe AaBneHre, CepAeUHbIA PUTM, NMULLEBAPEHNE)
MO CPABHEHWIO C NaLMeHTaMu, NoNyyaloLWUMmn HdY31M Nnauebo. Y NauneHToB, NPOXOAMBLLMX fle-
YeHMe LaHHbIM NpenapaToMm, Takxe oTMeYanu Nyylime nokasarenu NoXoAKM, COCTOSHUA NUTaHNS
1 CNOCOBHOCTW BBIMONHSATL dIeMeHTapHbIe [eCTBUS MO CaMO0DCITyKMBaHWIO.

Hanbonee yacTblie Nobo4YHble 3chdeKkTbl NpY Tepanun NaTUCMPaHOM BKIIOHAIOT peakumn, CBs-
3aHHble C MHY3Men: NoKpacHeHwve, 60sb B CMMHE, TOLIHOTY, OOJb B XWBOTE, OABILLKY 1 FONIOBHYIO
6onb. Bce y4acTHVKM MCCNeOBaHWS Noyyani npeMemnKalmio npenapatamm KOpTMKOCTEPOULIOB,
napaLeTamonom v aHTUrMCTaMUHAMM AN YMEHBLUEHWSA KONMYECTBa PeaKLMI, CBS3aHHbIX C MHAY-
3vAMU. TaLMEHTbI MOTYT Tak>Ke MMeTb MPobeMbI CO 3peHreM, Takue Kak CyXOCTb a3, MoMyTHeHMe
3peHns 1 NnaBatoLLme NOMYTHEHUS B CTEKNOBMAHOM Tene. Mprem natucupaHa BefeT K CHUXEHUIo
YPOBHSl BUTaMMHa A B CbIBOPOTKE KPOBW, MO3TOMY MalMeHTbl AOSIXKHbI LOMONHUTENBHO NPUHUMATb
3TOT BUTAMUH B KOJIMYECTBE PEKOMEHAYEMOW CYyTOYHON [O3bl.

FDA npefocTtaBuno faHHOMY npenapary CTaTyC MHHOBALMOHHOM Tepanmu, YCKOPEeHHYo npoLie-
LypYy PacCMOTPEHUS 1 MPUOPUTETHOCTb 3aABKM Ha permcTpaumio. Takxke OHNATTPO Nonyymn cTaTyc
opdaHHoro npenaparta.

Mpown3BoamT npenapat komnaHus Alnylam Pharmaceuticals Inc.

HOBOCTU FDA

FDA opo6puno nepByto reHeprmyecKyto Bepcuto ayTouHbektopa EpiPen
ana 3KCTp6HHOI7I NOMOLLUU Npn annepruyecKux peakuumsax

16 aBrycta FDA ofobpunno nepsyio reHeprn4ecKyio BEPCMIO OPUTMHANBHOTO ayTOMHBEKTOPa
EpiPen v EpiPen Jr (3nnHedprH) AN SKCTPEHHOM MOMOLLM NPV anepruyecknx peakLmsx, Kotopble
BKJIIOYaIOT aHathMNaKTUHECK I LIOK, Y B3pOCbIX v feTei (c Maccol Tena He MeHbLue 14 kr). Onob-
PeHMe Ha NPOAaXy CBOEro reHepUYeckoro ayTOMHbLEKTOPA 3NnHedpUHa nonyyuna komnaHms Teva
Pharmaceuticals USA. Mpenapat 6ynet noctynex 8 go3se 0,3 Mru 0,15 mr.

OnacHble ANs XW3HW anneprdeckime peakumm MoryT ObITb CPOBOLMPOBaHbI YKYCaMM HACEKOMBIX,
MULLEBLIMU MPOAYKTaMK, NekapcTBamu, 1aTekcoM 1 pyrmMm BelecTBamMn. AHaunakcma BCTpeya-
etcsy 1 13 50 amepuKaHUeB 1 TpebyeT HeMeIeHHON MeaULMHCKOM noMoLyn. EpiPen aBToMaTn4eckm
BBOAWT O3y 3NMHedprHa B OeApo YenoBeka, HToObl 0CTaHOBUTL anieprndeckyto peakLyio.

Hanbonee pacnpocTpaHeHHbIMM MOBOYHbIMY 3P hEKTaMM, CBA3aHHBIMW C MHbeKLMeN aape-
HanvHa, ABNAITCS TpeBora, OecnokoncTBo, TPeMop, CnabocTb, FoNOBOKPYXEHWE, NOTIINBOCTD,
cepaLebrieHne, bnefHOCTb, TOWHOTA, PBOTA, roNoBHas 60nb 1 Npobnembl ¢ AbixaHneM. Takxe
€o0bLLanoch 0 pefiknx Cyyvasx BOSHUKHOBEHMS CEPbe3HbIX BOCMANMTENbHbIX MPOLLECCOB Ha KOXe
W B MATKMX TKaHSAX MOCIIe MCMONb30BaHMs Npenapata. Y nauneHToB ¢ 3aboneBaHvsaMmu CepaLa NHb-
eKLMa afpeHanHa MOXET Bbl3blBaTb CTEHOKAPAMIO UM XXeNyL04KOBYIO apuTMuIO. [losToMy nocne
NPUMEHEeHVs NpenapaTa NaLlyeHTbl 4OMXHbl HeMeAleHHO 00paTUTLCS 33 MEAMULMHCKOM MOMOLLIO.
SnnHedPUH HeNb3d BBOANTL BHYTPUBEHHO.

Odwmumanehbii agpec FDA: www.fda.gov

Moarotoeuna Onbra TarapeHko

OnA nikyeaHHA i
npochinakTukk
ce4yoKaM'AHOT XBOpo6H

o D asEORAT 1167 Omp
TPMHATPIO UMTDAT GeaBonHMA — 8355 Mr
Kaniio rippokapborat  ~ 967.5mr

JLlonomixHI peyoBmHHH:

nakToaa, Mawiton, af ATUIATOP SIUMOHHMF,
‘caxapuH HaTpilo, KUCNOTa aauniHoBa,
makporon 6000
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ARZNEIMITTEL

BnemapeH® ¢

20 wMny4mx Taénetox

HA3HAYANM KYPC NIeYEHMS, KOTOPbIM BKIIOHAN CUMATOMATUYECKYIO MEAMKAMEHTO3HYIO TEPANMIO,
AMETOTEPAnMIO C OrPAHUYEHUEM NPOJYKTOB C BOMbLUMM COAEPXAHNEM YPATOB, MUTLEBOM PEXMM
(2,0-2,5 n xunakocty B cyTKH).

Pesynbrartbl. Y naumeHTos ¢ Hedpponutnasom, kotTopbim HasHauancs bnemapen, yepes
4 Mec HObnOJANACh 3HAYMTENBHAS BUHAMMKA pacTBopeHus kamHel. Y 54,3% GonbHbix ypar-
HbIM HEPPONUTUA3OM NPU KOHTPONILHOM 06CNeOBAHMM KOHCTATMPOBAHO NOIHOE PACTBOpPE-
H1e kamHen. OcobeHHO BbIcOKAs 3¢ HEKTUBHOCTb LUTPATHOM TEPANMM OTMEYEHA B rpynne ¢
pe3uayanbHbIMM KOMHSIMM NoYeK nocne onepatueHoro neyenus. Y 34,2% GonbHbix pazmepsi
KOMHEM YMEHBLUMINCh, YTO NOATBEPXKAEHO PE3YNbTATAMM YNbTPA3BYKOBOrO UCCIEA0BAHMS
C NepPCneKkTUBOM UX BANbHENLIErO PACTBOPEHUS MPU NPOAJEHNUM CPOKOB JIMTONUTUYECKON
Tepanuu. HexenarenbHble sBneHus, cessaHHbie ¢ npuemom bnemapena, Habnoganuce y 3
(8,6%) naumnenTos. Mocne 1-2-gHeBHoro nepepsiea B npueme bnemapena HexenarenbHbie
ABNEeHUs He BO30OHOBAANMUCH M He TpeboBaNM OTMEHBI Npenapard.

BbiBoabl. HasHaueHue npenapara bnemapen ssnsetcs BbicokoadppekTMBHLIM HEMHBA-
3UBHBIM MeToAOM nevenus u Metadpunaktukn MKB. UutpatHas tepanus bnemapeHom moxet
MCMOMb30BATLCS B KOMMMEKCE C APYTMMMU METOLAMM NeYEHMUs (BUCTAHLMOHHOMN NUTOTPUNCHEN,
YPECKOXHOW HEPPONUTOTPUNCHUEN), A TAKXKE NPUMEHSTLCS B KOYECTBE MOHOTEPANMM.

LWnots E.B., Cyntanoea E.A. LiutpatHas Tepanus MouyekameHHou 6onesHu.
Megamnunnckme acnekTsl 3goposbs myxunner, N2 3 (18)' 2015
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