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Lenb: npoBecTy cpaBHUTENIbLHYHO OLEHKY 3GhGheKTUBHOCTU U 6630MaCHOCTU
JIeKkapcTBeHHbIX npenaparos ana ®3T nauywentos ¢ MIIC Il tuna, a Takxe
1POAHanN3NpPoBaTh OPraHN3aumnko 1eKapcTBEHHOIo 00ECTEYEHNS NayneHToB
C JIAHHOM HO30710rUeN.

Meropgsl: 4719 NPOBEAEHUS CPABHUTEbHOM OLIEHKN 3QbheKTUBHOCTU U 6€3-
0M1acHOCTY J1eKaPCTBEHHbIX npenapatos Ansi @3T Obian NCrnosb30BaHb! JaH-
HbIE KITMHWYECKUX UCCEA0BAHMI U UCCTIEA0BAHUI PEATbHON KITMHNYECKOM
NPpaxkTUK1, B TOM YUCTIE M3 Pernctpa nayweHTos Hunter outcomes survey.
1S ouyeHKu opraHn3aumu neKkapcTBEHHOro 00ECMeYeHUs NaLUneHToB Obiia
paccmMoTpeHa HopMaTUBHO-MPaBoBas 6asa P® v npoaHann3npoBaHbl JaHHbIE
rocyapcTBEHHbIX 3aKymnoK.

Pe3ynbTatsl n 06CyXAEHNS: 00ECTEYEHNE NALUEHTOB C OpghaHHbIMM 3a60/16-
BaHNAMN NATOreHETUHECKON Tepanues CBA3aHo ¢ PALOM aaMUHNCTPATUBHBIX,
KIMHUYECKUX W IKOHOMUYECKUX OrPaHUYEHNI. HanmyHLmm npumMepom nog-
X04a K 00ecreyqeHnto Takux nayneHToB B Poccun aBaseTca Tak HasbiBaemas
thenepanbHas nporpaMma BbICOK03aTpatHbix Hozonormi (B3H), umerowjas
YeTKoe, MPo3pPayHoe rocyfapcTBEHHOE PErysinpoBaHne u HeoOXOANMbIA 4SS
[171aHNPOBAHNS BIO[KETOB PErUCTD NALMeHTOoB. Ha npumMepe MyKomnoancaxapy-
gosa Il Tuna (MIIC 1l), skmoqeHrHoro 8 B3H B 2019 rogy, nokasaHo 3ameTHoe
[10BbILLEHNE JOCTYNA NAUNEHTOB K TEPAMNU NPU NEPEXOAE U3 PErVOHATbHbIX
0r0/pKeTOB. [1115 NaToreHeTNECKo NOXUIHEHHON Tepanuu JaHHoi Ho30/10rum
B Poccum [OCTYNHbI [Ba NIEKAPCTBEHHbIX Mpenapara — ngypeynbgasa n uayp-
cynbchasa 6eTa, KOTopble MPOU3BOJATCS HA PAa3HbIX JIMHUSX KITETOK, UMEKT
pasHbie MHH n He sBnswTCcs B3anmosamensembivin. 06e abTepHaTUBbI UMEHOT
DErncTPaLMOHHbIE KIIMHNYECKNE NCCIEA0BaHNS, OAHAKO, /151 IEKaPCTBEHHOIO
npenapara uaypcynbgasa TaKkxe [OCTYMHbI YHUKATIbHbIE [AHHbIE PEATIbHOM
KITMHWYECKOV NPakTUKu 1o BbhknBaemocTyn nauyneHToB ¢ MIIC I, cobpaHHbie
B X0f€ MATHAALATUIETHEr0 BEAEHUS MEX/YHapOAHOr0 peructpa nayneHTos,
oxsarbiBatoLero 6onee 1 000 nauyweHToB n3 129 cTpaH, BK4as Poccuro.
AHanu3 nokasasn, 41o puck CMEPTN y NAaLMEHTOB, N071y4aBLUNX JIEYEHUE UAYpP-
Ccynbghas3oi, Ha 54% Huxe, Yem y NaLUEHTOB B rPyre eCTECTBEHHOIO TeYeHUs
3abonesanns (HR 0,46, 95% [N: 0,29; 0,72), 4T0 MOXET ObiTb UC0/Ib30BAHO
opraHn3atropamun  3paBoOXPaHEHNs B NPOLECCE MPUOPUTE3ALMN LIEHHOCTA
JAaHHOro IEKapCTBEHHOr0 Mpenapara Kak ¢ KInMHNYecKou, Tak u ¢ ¢hapmakoa-
KOHOMUYECKOW TOYeK 3peHus. [1pe[cKkasyeMocTb PesynbTaToB Tepanui, a Tak-
)Ke 00/16€ BbICOKAs YacToTa HA3HA4YEHNs MPenapaToB COITIACHO [eViCTBYOLNM
CTaHgapTam MeANLMHCKOA nomoLyu, 00YCnaBinBaeT 060CHOBaHHOCTb PacecMo-
TPEHNS nAYPCYbGhasbl Kak npenapara nepBoro Bbi6opa.

Knro4esbie cnosa: pegkue 3a60neBamHnsi, 0pghaHHbIe NIEKAPCTBEHHbIE NPena-
patbl, Mykononucaxapugos Il Tuna, ngypcynsghasa, JOCTYNIHOCTb, PErncTpa-
Yus, PerucTp, okasaresibHas 6asa, BbKUBAGMOCTb.

Kyankos A.1O., Tex: +7 968 879 8802, e-mail: 7677041 @mail.ru

Beepneuue

Penkne (opanHble) 3a60reBaHnsa XapakTepuayTci HU3KOW pacnpo-
CTpaHeHHoCTbI0 — He 6onee 10 cny4aes Ha 100 000 Yenosek [1] - HO B cOBO-
KYMHOCTW NOPaXatoT 3HAYMTESIbHYI0 YaCTb HaceneHus. Tak, No JaHHbIM MexX-
JYHapPOJHOM Hay4HOW 6a3bl AaHHbIX N0 0phaHHbIM 3a6oneBaHuam Orphalet,
YNUCNO YHNKANbHbIX 3aPErncTPUPOBAHHbIX 3a60MEBAHMIA, CYUTAIOLIMXCS Pes-
KUMW, YXKe AOCTUrOo 6 172, 1 N0 pa3HbIM AaHHbIM HEoMULUManbHO AocTura-
et 10 000. HecMoTps Ha HE6OJbLIOE YNCNO MALMEHTOB C KaXAbIM N3 3TUX
3a60/16BaHMIA, B CyMMe MM 6051eeT 0Kono 1% HaceneHus NnaHeTbl UAN OANH
yenoBek 13 cta [2]. OCHOBHAR Jons 3a60/1eBaHNA UMEET FeHETUHECKYIO 3TH-
ONOTUI0 U SBNSETCS TSHKENbIMU XPOHUYECKMMI NATONOrMAMM, Tpe6YoLLMMIA
NOXW3HEHHOI CUMMNTOMATMYECKON M NATOreHeTUYeCcKon Tepanun. Paa atux
3aboneBaHunit He umeeT cob6cTBeHHoro Koga MKB-10, YTo AOMOAHUTENbHO
YCNOXHSET KaK KOHTPO/b YWCNA NALMEHTOB, TaK 1 NNaHWPOBaHNE N (IMHAH-
CWUPOBaHNE MeLULMHCKOA NOMOLLK.

B Poccuiickoit ®efepaunit MUHNCTEPCTBOM 3APaBOOXPaHEHMS CHOPMU-
POBaH W perynapHo o6HoBnseTcs lNepeveHb pefkux (opdaHHbIx) 3abonesa-
HUM, B KOTOPbIA MO COCTOAHUIO HA WioHb 2021 rofa BKNOYEHO 266 rpynn
Hozonoruin 1 nopsaka 700 cOOTBETCTBYHOLMX UM 3a60MEBaHNIA U COCTOS-
HWiA [3]. OCHOBHBIMU KPUTEPUAMI BKAKOYEHUS peaKux 3abonesaHnil B Mepe-
YeHb ABNAOTCA COOCTBEHHO PACMPOCTPAHEHHOCTb 3a60/1eBaAHNSA, KOTOPAA He
naomkHa npesbiwath 1 Ha 10 000 HaceneHus, a TaKXKe HanM4me OMarHoCTUKN
1 3(PHeKTUBHON METOAMKN NEYEHUs, He TONbKO MaToreHeTMYeckon. JToT
nepeyeHb MOXET AOMOMHATLCA HOBbIMI 3a601€BaHUAMU NPU COOTBETCTBUN
OCHOBHbIM KPUTEPUAM BK/HOYEHWS H2 OCHOBaHWW 3anpoca 3KCMepToB Mo
ony6smkoBaHHo MuHucTepcTBOM 3paBooxpaHeHuns dopme «Hdopmaums
Ins BHeceHns 3abonesaHus B lNepeyeHb pefkux (opchaHHbiX) 3abonesaHui
Ans pasMeLLeHns Ha odmumanbHoM cainTe MnHUCTepCTBA 34paBOOXPAHEHNS
Poccuickoit ®eaepauyum».

Hnakas pacnpoCcTpaHEHHOCTb 3a60/1€BaHMS W 334aCTYH0 HU3KWIA YPOBEHb
ANArHOCTMKK, @ TaKXKe CMOXHbI NpoLecc pa3paboTkn NEKapCTBEHHbIX Npe-
MapaTtoB W OrpaHWYeHHbIe rapaHTMn o6ecreveHns 3TUMK npenapartamn 06-
YCNaBNNBAKOT BbICOKYK) CTOMMOCTb NATOreHeTUYecKon Tepanni opdhaHHbIX
MauneHToB.

PewweHnto npo6nembl OUHAHCUPOBAHNS NIEKAPCTBEHHOMO 06ECMEYEHMIO
NaLMeHTOB ¢ opaHHbIMM 3a6oneBaHnsMu B Poccum ynensetcs sce 60Mblue
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BHUMaHUs. [1epBbIM LLArOM K 06€CrMeYeHN0 TakuxX NaLneHToB ObI10 Bblese-
HWe 13 NporpaMmbl AOMOSHUTENTLHOMO IbFOTHOMO JIEKapCTBEHHOrO 06ecne-
yeHus B 2007 rogy Tak Ha3blBaeMol NporpaMmbl «7 BbICOKO3AaTPATHbIX HO30-
norun» (B3H) Ha 0CHOBaHUM N3MEHEHNIA, BHECEHHbIX B (DeiepabHbIN 3aKOH
«0 ®epepanbHom 6ropkete Ha 2007 rog» Ne132-®3 ot 17.07.2007 [4].
CornacHo [aHHOW nporpamme, nNauneHTbl ¢ remoUanen, paccesHHbIM
CK/EpO30M, MyKOBUCLMA030M, rUnogu3apHblil HAHU3MOM, 60/1€3HbI0 [oLue,
3/10Ka4€CTBEHHLIMM HOBOOOPA30BAHWUAMI NMMMDONLHONA, KPOBETBOPHON U
POLCTBEHHbIX UM TKaHei, a TaKxKe Nocine TPaHCNNaHTaLuy OpraHos 1 TKaHen
BrepBbIe NOSy4USIN JOCTYN K NATOreHETUYECKOMY NIEHEHUIO NIeKapCTBEHHbIMN
npenaparamu 3a C4eT CpPeSCTB (PefepanbHoro 610KeTa B pamMmkax exxerogHon
LEHTPaNN30BaHHON 3aKyMKN HAa OCHOBAHUM (DeAepanbHOro perncTpa nauu-
€HTOB 11 3aBOK crnewumanncTos. Mporpamma B3H xapaktepusyeTcs He TONbKO
YCTAHOB/EHHbIM NepeyHem 3a6051eBaHNIA, HO 1 NEPEYHEM COOTBETCTBYHOLLNX
NeKapCTBEHHbIX Npenapatos, BKIIKOYEHNE B KOTOPbIN pernamenTupyetcs lo-
ctaHoBneHuem Mpasutensctea PO o1 28.08.2014 N 871 (pea. o1 03.12.2020)
«06 yTBepxAeHWN MpaBun hopMMPOBAHNSA NMEPeYHel NEKAPCTBEHHbIX Npe-
napatoB Ans MeAMLMHCKOrO0 NPUMEHEHUS 1 MUHUMAIbHOTO acCOPTUMEHTA
NeKapCTBEHHbIX MPenapatoB, HEOOXOAWUMbIX As O0Ka3aHWs MeLULMHCKON
nomowyn» [5].

BTOpbIM LWarom K noBbILLIEHNO AOCTYMHOCTK CTaNO BblaeneHne 24 Ho-
30010rnin n3 MNepeyHs peaknx (opdaHbix) 3abonesannii B 2012 rogy B 0T-
JeNbHYI0 nporpammy. BblfieneHHble HO30M0rMY UMENU NaToreHeTUyeckoe
neyeHne n cgopmmposani fepeyeHb XNUIHEYTPOXKAIOLLMX N XPOHWUYECKNX
NPOrPeccupytowmnx peakux (opaqHbix) 3a60nesaHuin, NPUBOAALLMX K CO-
KpaLLeHWo NPOAOIHKUTENIbHOCTI XXU3HI FPpaXaaH Uin X UHBATMAHOCTH (TaK
Ha3blBaemblil «[lepeveHb 24 HO30/0rUI»), 3aKOHOLATESIbHO YTBEPXKAEHHbIN
MoctanosneHuem MNpasutenbctea PO ot 26.04.2012 r. Ne 403 [6]. C atoro
MOMeHTa 0053aTeNbCTBa N0 00ECMNEYeHNI0 JIEKAapPCTBEHHbIMI Npenaparamu
Op(aHHbIX NAuUNeHTOB C AaHHbIMW 3a6071€BaHUAMU ObiN BO3NOXEHbI HA
cyobekTbl PO. MepeyeHb 24 HO30M0MWIA, TaK Xe Kak 1 nepedeHb B3H, nmeer
YCTAHOB/EHHbIA CMMCOK 3a60neBaHNiA 1 oefepanbHblii PErMCTP NALWEHTOB,
BEZIEHNE PErnoHaNnbHbIX CErMEHTOB KOTOPOro BXOAWUT B 00513aTeNbCTBA peru-
OHaNbHbIX CMELMAINCTOB, HO HE MMEET YCTAHOBNEHHOIO MEpeyHs COOTBET-
CTBYHOLLMX Mpenaparos, YTO NOAPA3yMeBaET, YTO NauWeHTbl [A0/KHbI 00e-
CMneymBaThbCs MaTOreHeTUYEeCKo U CUMMNTOMATMYECKOW Tepanuer cornacHo
HAa3HAYEHUAM CMELManCToB, KNUHIYECKUM PEKOMEHZALMAM 1 NPoTOKoNam
NeYeHus.

CnepyrolWum 3Ha4MTENbHBIM 3MEHEHNEM 06ecneyeHns opdaHHbIX na-
LmeHTOB B PO cTano nepeoe ¢ MOMeHTa CO3AaHus paclumpeHmne nepeyns B3H
B 2019 roay B pesynbrarte nepeHoca 5 HO30MOMNIA — reMONNTUKO-YpeMuye-
CKOr0 CUHAPOMA, IOHOLIECKOr0 apTpuTa C CUCTEMHBIM Ha4aloM 1 MyKOMOmu-
caxapngo3sa |, Il n VI Tuna — u3 lMepeyHs 24 Ho3onornii. [laHHOe U3MeHeHue
3HAYUTESTbHO CHU3NIO 3KOHOMUYECKOe OpeMs Ans PerMoHOB U MO3BOMUIO
[06uThcs 6071€e MOMHOr0 MOKPbLITUA NALMEHTOB W ObICTPOrO Ha3Ha4eHus
HEo6X0aMMOoN UM Xn3Hecnacatowein Tepanun. B 2020 roay eule [Be HO30-
nornu 6bIIM NOrPYXXeHbl B HOMEHKNATypy (efepanbHON rocyaapCTBEHHON
nporpammbl B3H: annactunyeckas aHeMusi HeyTO4YHEHHAs W HACNELCTBEHHbINA
necomumt dhaktopos Il (pubpuHorena), VIl (nabunsHoro), X (Ctioapta - Mpa-
yapa). Takum 06pasom, B [lepeyHe XU3HEYrpoXKAIOLLMX 1 XPOHUYECKNX MPO-
rpeccupyrowmnx peakux (opdanHbix) 3a60oneBannii, NPUBOAALLMX K COKpaLLe-
HUK NPOLOHKMTENBHOCTY XNU3HN TPXAAH AN UX WHBanNuaHocTu, B 2021
rofly 0CTaniocb TONbKO 17 HO30510MMIA, U ero JanbHerwas geaepannsaums
WU PACLLMPEHNE NOKA HAXOAATCA B NPOLECCE 06CYKAEHNA.

TpagmunoHHO pefikne nnu opdranHble 3a60eBaHns C NO3nLMK o06patLe-
HWUA NIEKAPCTBEHHbIX CPEACTB 11 OpraHv3auun NekapcTBEHHOro o6ecneyeHns
NPUHATO BbIAENATb B 0CO6YHO Fpynny no psaay 06bLEKTUBHLIX MPUYMH: Npe-
[eNbHO HW3Kas YNCNEHHOCTb MaLWeHTOB, Ceaytowas n3 camoro onpenene-
HWUA PefKNX 3200N1eBaHNIA, 1 BbIpaXKEHHAs HeyL0BNETBOPEHHAsA NOTPE6HOCTb
nauMeHToB B 3P(PEKTUBHON Tepanuu, NPesonpefensioT MeHee XecTKue
Tpe60BaHUA K [O0Ka3aTesbHON 6a3e TakUX NEKAPCTBEHHbIX MpPenaparos u

BbICOKYH CTOMMOCTb OphaHHbIX IeKapCTBEHHbIX MPEnapaToB, KaK yHUKamb-
HbIX NPOAYKTOB. Takas NpakTUKa XapakTepHa Kak Ans 3apy6exHbIX CUCTEM
3[1paBOOXPAHEHNS, TaK U NS OTEYECTBEHHOI. V1 LeNCTBUTENbHO, COrNacHo
henepanbHomy 3akoHy 61-03 «06 o6palleHnn NeKapCTBEHHbIX CPeACTB»
cT. 21 1 26 [7], ons opghaHHbIX Npenaparos CyLLecTBYeT 0cobas npoueaypa
PErncTpaumm, a Ha atane peLieHns O BKIOYeHUM B hefepanbHble nepey-
HW nekapcTBeHHbIX npenapatos (XKHBJIM, B3H) cornacHo MocTaHoBneHuto
Mpasutensctea PO N 871 ot 28.08.2014 [5], kK opchaHHbIM Npenaparam
NPeLbABNAKTCA MEHee XecTKne Tpe6oBaHUA NpK OLEHKe A0Ka3aTeNbHOCTM
pe3ynbTaToB 1 YOEeAMTENIbHOCTY [JOKA3aTeNbCTB UX KNNHNYECKUX UCCNeL0Ba-
HWIA, KNWHNKO-3KOHOMWUYECKOr0 aHaNn3a 1 aHanusa «BANSHUA Ha GIOXET» U
NPOYMX AaHHbIX (Tabnmua 1).

Heo6X0AMMOCTb NPefOCTaBNEHUs JOCTyna K Tepanuu opdoaHHbIX 3a-
60neBaHNi NOAYEPKMBAETCA MX 3a4aCTYH) THKENbIM, NPOrpeccupyroLLnm
TeYeHnem, Je6t0TOM B paHHeM BO3pacTe W MyNbTUCUCTEMHbBIM MOPaXeHem
OpraHoB W TKaHel. Tak, Hanpumep, B aHanu3e eCTECTBEHHOIO TEYEHUS My-
kononucaxapugosa Il (MMC I, Takxe U3BECTHBIA Kak CUHAPOM XaHTepa) Ha
npumepe 52 nauueHToB C TSHXKENoi (hopMOoii Npu CpefHeM BO3pacTe nocTa-
HOBKW AnarHosa 2,47 net, CpefHAs NPOAOMKNTENbHOCTb XXU3HN NALMEHTOB
He npesblwana 11,77 net, a NPUYNHON CMEPTM Yallle BCEro CTaHOBUMIACh
HelipofereHepaTBHas Kaxekcus, 0CNOXHEHHAS HalMYMeM PecnupaTopHbIX
3a6onesanHuii [8]. Mpn 3TOM BCe NauneHTbl UMeNM 0TCTaBaHWe B PasBUTUN,
y 65% 0TMeyanacb NocTofHHas auapes, y 76% nauneHToB passuBanmch na-
XOBble TPbDKU, Y 65% nauneHTOB HabGNOAANNCh NPU3HAKK CEPAEYHO-COCY-
ANCTbIX 3a0051eBaHUI, a 'y 84% NaLWeHTOB 0TMEYaNIOCh THKEN0e NOPKEHUs
HWKHNX bixaTenbHblx nyTer [8]. Mpu nerkoi coopme MMC Il Tuna naumeHTsI
NMEIT 611aroNpUATHBIA NPOTHO3 ANA XW3HW, 04HAKO NPOABNEHUS 3a60eBa-
HWA HEraTUBHO BANAOT Ha €6 Ka4ecTso [9)].

B HacToswee Bpems ans neyenns MIG Il Tuna B Poccun n mupe goctyn-
Hbl [Ba NIEKAPCTBEHHbIX Npenapara Ans PepMeHT03amMecTUTeNIbHON Tepanuu
(®3T), BO3nEICTBYIOLLME HA NaTOreHe3 3a60/1eBaHNa U NO3TOMY, COrNacHO
JeiCTBYIOLLEMY OMNpefeneHunto, ABNAOWMecs opaHHbIMIA J1eKapCTBEHHDI-
MKW npenapatamu — uaypcynbasa n ugypcynbdasa 6eta. B uenom g PO
Tepanuio ®3T nonyyaoT 127 nauneHToB, M3 HUX 88% nony4atoT Tepanuio
noypcynbason [10]. JlekapcTBeHHbIA npenapar uaypcynbdasa 6ol 3ape-
ructpupoBaH B Poccuu B 2008 rofly nof TOProBbIM HasBaHue dnanpasa®, a
NeKapCTBEeHHbI npenapar naypcynbasa 6eta nony4nn perncTpaLnoHHoe
ynoctoepeHue B 2018 rofy nog TOproBbiM Ha3BaHueMm XaHTtepasa. 06a ne-
KapCTBEHHbIX Npenapara npeAcTasnsioT cO60i pasHble (hOpMbl IM30COMHOMO
(hepmeHTa naypoHat-2-cynbarasbl (12S), HU3Kas aKTUBHOCTb KOTOPOrO MO
npuyinHe myTauun B reHe IDS npuBoANT K HAKONMEHUIO TMNKO3AMUHOMKA-
HoB ([AT) B Nn30comax, NPeMMYLLECTBEHHO renapaHcynbara U aepmartaH-
cynbhara, Y10 NPOSBASETCA NPOrPECCUPYIOLLMMU NCUXOHEBPONOTNYECKUMN
HapyweHnaMn (Mpu TSHKeNoi hopme), NOpaXKeHeM NapeHxXNMaTo3HbIX Op-
raHoB, CepLevHO-NEroYHbIMIN PAcCTPONCTBAMM, KOCTHBIMI AedhopMaLmnami.
OpHako pasnuyms B METOAAX CUHTE3A C Y4ETOM CIIOXXKHOCTM MOMEKyNbl doep-
MEeHTa MaypoHaT-2-Cynbarasbl 06YCNOBUAN UX PETMCTPALMIO KaK YHUKAmb-
HbIX NPENapaTtoB C PasHbIMI MEXAYHAPOAHLIMW HENATEHTOBAHHbIMI HaUMe-
HOBAHMAMMU, 4TO C TOYKM 3PEHNS POCCUINCKOrO 3aKOHOAATENbCTBA AeNaeT 1x
He B3anmo3ameHsiembIMi. Viaypcynbasa aBnaeTcs 04uLLIeHHOR hopMOoii nn-
30COMaJTbHOr0 (hepMeHTa naypoHaT-2-cynbdatasbl, NoSY4eHHON HA JIMHUN
KNeTOK 4enoBeka, 06ecrneynBatoLLen Npodub MUKO3UIMPOBAHUS HeNoBe-
Ka, aHanor14HbI eCTECTBEHHOMY Npodhusiio pepmeHTa. igypcynbasa beta
npefcTaBNseT co60/ 04NLLEHHYIO hOPMY N30COMANbHOr0 hepMeHTa Uay-
poHaT-2-cynbgarasbl, NPOAYLUPYEMOr0 MO TEXHONOMMW PEKOMOUHAHTHON
[IHK ¢ ncnonb3oBaHneM NMHUM KNETOK AUYHINKA KUTANCKOro Xomsyka [11].

CnenyeT NOBTOPHO NOAYEpKHYTh, 470 ¢ 2011 no 2019 roaa nekapcTBeH-
Hoe o6ecneyeHne nayueHToB MIC Il Tuna ocyLecTBAANOCH 3a CHET CPEACTB
PErnMoHanbHbIX 6K0PKETOB 1 B CUNTY OrPaHNYEHHOCTM NOCNEAHNX B HEKOTOPbIX
cy6bekTax P® notpe6HOCTb MauyWeHTOB B AaHHOM Buje Tepaniu ya0BAeTBO-
panacb He NOMHOCTbIO. BkntoyeHne B 2019 rogy MIIC Il Tuna B nporpammy

Tabnuua 1. MuHumanbHas oueHka And yaoBNeTBopeHus (opmanbHOro Tpe60BaHNs BKIKOHEHNS NeKapcTBEHHOro npenapara B nepeqHn XHBIM n B3H

MuHumanbHas oueHKa Anisl BKNIOYEHUs B NEPEYHU N0

OpchanHble npenaparbl

OcTanbHble npenaparbl

[l0Ka3aTenbHOCTH pesynbratos ] y6enutenbHocTn | +12 6annos +18 6annos
[0Ka3aTenbcTs Ans

KNNHWKO-3KOHOMMYECKOr0 aHanu3a 1 aHanusa «BAnsHUS Ha | +2 6anna +6 6annos
OIOKeT»

[Mpo4mnx JaHHbIX +2 6anna +4 6anna
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Tabnuua 2. [laHHble 0 perucTpaunn nekapcTeHHbIx npenaparos ang neveqnsa MMC Il una

MeX/yHapoaHoe HenaTeHToBaHHoe T TR

JlekapcTBeHHas hopma

e Homep perucTpauuoHHoro

HauMeHoBaHue YAOCTOBEPEHMUS M faTa perucTpauum
Maypcynbhasa 9Inanpasa® ﬁo:tlg:;gﬁ;f;: acTBOpa Warkep Xetomar [hxeHeTnK JIGP-001413/08
AypCy. P p N P p Tepanuc, VHK. 06.03.2008
ns UHy3ui
KOHLIeHTpaT ang 061LeCcTBO C OrpaHNyeHHON
J1N-004673
aypcynbhasa 6eta XaHTepasa MPUroTOB/IEHUS PacTBOPa OTBETCTBEHHOCTbHO 25.01.2018
AN UHPY3nin «Hanonek» (000 «HaHonek») o

B3H no3sonnno o6ecneqntb NPaKTUYECKM BCEX HYXAAKOLLMXCA NALNEHTOB a
TaKXXe CHU3UTb 3aKyNnO4YHYK0 CTOMMOCTb NIEKaPCTBEHHbIX NPEnapaToB 3a CYeT
LeHTpanm3aunn 3akynku, 4To, HECOMHEHHO, SBASETC 60bLWUM AOCTUXE-
HWEM OTEYECTBEHHOM CUCTEMbI 3ApaBOOXPaHeHus (pucyHok 1). Kak BugHO
113 NPEACTABMEHHbIX [JaHHbIX, HA AMHAMIKY 00beMa 3aKynku npenapaTos B
MeHbLUE CTeNeHN BAUAMO0 YACO NALUEHTOB, T.K. B TE4EHWE NOCNEeSHUX neT
OHO NMPAKTU4YECKN He W3MEHSNOCh, B TO BPEMS Kak Mepexof OT 3aKynok 3a
CYET PernoHanbHbIX 6104KeToB B (PeAepanbsHoe BOSMELLEHNe NO3BOANA faTb
[OCTYN K Tepanuu nawuneHTam, UCNbITbIBAIOLMM CIIOXHOCTU B €6 MONyYeHUI
13 Apyrux kaxanos [10,12].

O6ecneyeHne paHHero AOCTyna NauWeHTOB K Tepanun no3BOseT npe-
[0TBPATUTL HEXenaTenbHble XUPYPruyeckux BMeLLaTensCcTea M 3amesnuTb
passutie TsHKenbix ocnoxxHeHuin MMC Il tuna. CornacHo MocTaHOBREHUIO
Mpasutenscrea PO ot 26.11.2018 N1416 [13], nocne noaTBEpXAEHNS Ana-
THO32 HOBOMY NauMeHTy B TeveHue 5 pabo4ux gHeit MuHucTepcTBo 34paso-
OXpaHeHNs pernoHa 0653aH0 BKNKOYUTL NauneHTa B PefepanbHbIi perncTp
1 4yepe3 20 paboyux JHel N0Cne BKNKYEHUA, 06eCneynTb NaToreHeTMYecKon
Tepanuei. Tem He MeHee, COOpP 3asiBOK Ha MOCTABKY IEKAPCTBEHHbIX Npena-
paToB OCYLLUECTBASETCH €XEroAHO B PaMKax OrpaHU4eHHOro nepuoja Bpe-
MEHW, W NaLMeHTbI, ANarHo3 KOTOPbIM 6blil YCTAHOBIEH MO3XE, HE NONaaaT
B (hefiepanbHyt0 3asBKY 1 PUCKYKOT HE NONYYUTb NIEKAPCTBEHHYHD Tepanuo
BoBpems. B cBa3u ¢ 3atum, cornacHo MoctaHosnennto Mpasutenscrea PO
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N1416 1 Lpyrum HOPMATMBHO-NPABOBbLIM aKTaM CUCTEMbI 3PaBOOXPAHEHNS,
pernoHanbHble CNELManuCTbl U NAATeNbLUNKL MOFYT BOCMOMb30BaThCA aflb-
TEPHATUBHBLIMI cNOCO6aMI NOCTAHOBKM NALMEHTOB HA TEPAnMIo, K KOTOPbLIM
OTHOCATCS:

« [lepepacnpefeneHne oCTaTKOB NEeKapCTBEHHbIX MPenapaTtoB Mexny pe-
rnoHamu;

 3anpoc Cy6BeHLMIA HA 3aKyMKy NeKapCTBEHHbIX Npenaparos u3 dege-
panbHOro 6HXeTa;

 BbIHY)XaeHHas 3aKynka nekapcTBEHHbIX MPenapaToB 3a CHET PermoHab-
HbIX CPEACTB;

« 06paLLeHure K KOMNaHUsAM NPOU3BOSNTENAM 3 F'YMAHUTAPHOI NOMOLLbHO
B NOCTaBKE 1IeKapCTBEHHbIX NPenapaTos 40 CrefyoLlero copa 3aaBok.
MMC Il Tna o6paiiaet Ha ce6s BHUMAHWE TaKXe LOCTYMHOCTbHO ABYX

ANbTEPHATUB NeYeHns — uaypcynbdasel n naypcynbdassl 6eTa. B HacTos-
LLiee BPeMs B LIEIOM MOXHO OTMETUTb TPEHA HA PacLUMpeHne accopTUMeHTa
opchaHHbIX NPenapaToB BHYTPU OTAENbHbIX HO30MOTUYECKMX efnHuL. 3T
He TONbKO NPEeLONpesenseT BO3MOXHOCTb BbI6OPA OTAENbHBIX ONUWA U
X COOTHOLUEHMS AN KAMHUYECKWUX CMeuManncToB 1 OpPraHM3aTopoB 3Apa-
BOOXPAHEHUS, HO W CLBMraeT YHWKANbHbIA Ge3anbTepHATUBHBIA XapakTep
Tepannu peakux 3ab0neBaHWin B HanpaBfieHNN KOHKYPEHTHOro noaxofa. B
CBOI0 04epeb, KOHKYPEHTHbIA NOAX0[ NO3BONSET NepeBecTy hoKyC B Neve-
HIUW PeaKIX 3a60NeBaHNIA C rNABEHCTBYIOLLEr0 ()aKTOpa HeyA0BETBOPEHHOI

2018 2019 2020 nonynrggagemZ 1
mmmm depfeparnbHas nbrota 3447 240 833 3543 457 696 3668 071 502
s PeryioHanbHas nbrota 2 344 365 043 204 246 755 490 588 393 36 047 563
[ oCnuTanbHblEe NPoaaXxmn 22 469 910 7572271 430 101
Yucno nauneHToB B perncTpe 121 122 124 128

PucyHok 1. luHamnka n CTpyKTypa pbiHKa NEKapCTBEHHbIX NPenaparos A1 Tepanuu nauneHTos ¢ Mykononncaxapugosom Il tuna B PO, B JeHEXHOM BbIpaXeHuu, no
[aHHbIM MOHUTOPUHIA rOCYAAPCTBEHHBIX 3aKYNOK 1 AMHAMIKA Y1CNa NALMeHTOB N0 AaHHbIM EXXerogHOro 610NneTeHs 3KCnepTHOro coBeta no pefkuM (opdaHHbIM)
3abonesanusam locypapcteeHHoil Jymbl ®efepansHoro CobpaHus Poccuiickoin Geaepaunn.
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HYXAbl 1 6pemeHn 60ne3HN PeaKoro 3a60neBaHMs K CPaBHUTENbHOMY aHa-
N3y 3PHEKTUBHOCTI JOCTYMHbIX AN neveHus opdaHHbIx npenapatos. U
9T0 NPEACTABNAETCA 0COOEHHO BOXHLIM UMEHHO Ans neyeHns MIC Il Tuna B
cBA3K ¢ TeM, 410 O 3T Ha3HAYaETCA NOXKM3HEHHO. [10 3TON NPUYMHE 3HAYEHNe
npuobpeTaeT Ka4eCTBO CYLLECTBYHLLEI A0Ka3aTeNbHO 6a3bl 3 eKTUBHO-
CTV 1 6e30MacHOCTM OpDaHHbIX MPEnapaToB 1 B YaCTHOCTY, MAYPCYNbdasbl n
naypcynbasbl 6eTa. [oTOMy 4TO AOMyCKaemble Ans OpdhaHHbIX Mpenaparos
nocnabneHns Npu NPUHATAN OPraHW3aLMOHHbIX PELUeHWiA, Hanpumep, 0TMe-
YeHHble B Tabnuue 1, 60MbLUe YA0BNETBOPSAIOT 6€3aNbTePHATBHON CUTYaLNIA
B NeYeHUN peakux 3a6oneBaHui, TOraa Kak, BOSMOXHOCTb Bbi6opa 13 psaa
ONuUMA [OMKHA NPUBOANTb K MOBBILEHUID KA4YeCTBa [0Ka3aTeNbHO 6a3bl
npu OCYLLECTBNEHMM BbIGOPA TOrO WAW MHOTO IEKAPCTBEHHOrO Npenapara. B
9TOM CBETe MPEeACTaBNAETCS BaXHbIM M3Y4NTb CYLLECTBYHOLLNE A0KA3aTeNb-
cTBa 3 PEeKTUBHOCTM 1 6€30MacHOCTM N1 Maypcynbdasbl u MAypcynbdasbl
6eTa, KoTopble B CBOAHOM BUAE NpefcTasneHsbl B Tabnuue 3 [14-21].

[laHHble, NpeacTaBneHHbIe B Tabnuue 3, [eMOHCTPUPYHOT Y4TO UAYPCYSb-
¢haza B cpaBHeHMN C uaypcynbdason 6eTa XxapakTepuayeTcs 60MbWNM 00b-
€MOM [JaHHbIX M0 OLeHKe 3tDHeKTUBHOCTM M 6E30MacHOCTM, Kak B pa3pese
PaHAOMN3NPOBAHHBIX KIMHUYECKNX UCCNEL0BAHUNA, TaK 1 06CEPBALMOHHbIX.
DOoKyCcMpyaCb Ha PaHAOMU3NPOBAHHbIX KNNHNYECKUX NCCEA0BAHNAX, MOX-
HO BbIAESIUTb [iBA KNUHUYECKUX uccneosanmin I-1ll dasbl, Au3anH KOTopbIxX
(paHAOMU3MPOBAHHOE, ABOWHOE-CNenoe, nnale6o-KOHTPONMpyemMoe) NOA-
pasymeBan abCoONOTHYIO HeNpeaB3sTOCTb NCCNEA0BATENS U JOCTOBEPHOCTb
NONYYeHHbIX Pe3yNbTaToB. B LIeNoM, B yKa3aHHbIe MCCNEL0BaHUS BKNOYANN B
cebs 6onee 160 naLmeHToB.

Viccneposanmusa naypcynbdasbl 6eTa XapakTepuayroTcs MeHee CTPOrum
An3anHoMm (OTKPbITOE, NM60 C OAHOCTOPOHHWUM OcnensieHnem). 3yyeHne
naypcynbasbl 6eTa 6bI10 NPOBEAEHO MeHee, Y4eM Ha 40 mauueHTax. bo-
flee TOro, B PaHAOMU3MPOBAHHOM KMHWUYECKOM uccnegoBanny I/l dhasbl
naypcynbasbl 6eTa, y4acTBOBANN NaLMeHTbl, NOMy4aBLUNE paHee neyqeHune
NAypcynbas3on, N N0 OKOHYAHUIO UCCNEAOBaHMS, ANUBLUErocs 24 Heaenu,
CHOBA CTaN Nony4atb AYpCynbdasy. TakxKe BAXKHO OTMETUTL TOT (DAKT, 4TO
naypcynbasa 6eTa NpeacTaBfeHa Ha pbIHKAX OrPaHMYeHHOro Y1cna npeu-
MYLLECTBEHHOrO a3MaTCKIUX CTPaH 1 He UMEET perucTpauumn B ctpaHax EG un
CLLIA, 4TO 03Ha4aeT OTCYTCTBUE KAK KIMHMYECKOrO, Tak W PeanbHOro Onbita
NPUMEHEHUS HA JaHHBIX NONYAALNAX NALNEHTOB.

PaccmartpuBas fokasatenbHyto 6a3y no adeKTMBHOCTM 1 6630MacHOCTH
NIeKapCTBEHHbIX Npenaparos Ans nedenns MIIC Il Tuna, He06X0AMMO OTMETUTB,
4TO B PaMKax YKasaHHbIX NCCNeLOBaHWA OLeHKa 3(DCHEKTUBHOCTW NPOBOAN-
flacb NS CypporaTHbIX TOYEK: YPOBHSA 3KCKPEUMM IIH0KO3aMUHOMIKAHOB W

6-MWUHYTHOrO TeKcTa X0AbObI B TeveHne 1 roga. OaHako, NOXM3HEHHOE Ha3Ha-
yeHne 3T MIIC Il Tna npeLbsBnseT Tpe6oBaHUA K Ka4eCTBY J0KasaTenbCTea
3(DEKTUBHOCTI NIeYeHNs Ha 6onee ANUTESbHbIN BPEMEHHON TOPU3OHT He
TOMbKO C MO3ULAN KIIMHUYECKOTO CMeLNanucTa, Ho U C TOYKM 3PEHNs OpraHi-
3aTopa 34paBoOXpaHeHNs. Y4uTbiBas NoTPe6HOCTb OPraHN3aTopOB 3LPABOOX-
paHeHnst BO BCEM MUpe B 6071ee HafeXHbIX JaHHbIX, LEHHbIM NpeaCcTaBseTcs
VHALMNPOBAHHOE C MOMEHTA BbIBOAA HA PbIHOK MAYypCyNnbdasbl Habmoga-
TeNbHOE WCCNe0BaHNe MO OLeHKe 3MEKTUBHOCTM U 630MACHOCTL 3TOr0
npenapara Ha 0CHOBE AaHHbIX MEXJYHapOAHOro pernctpa nauuneHTos ¢ MIIC I
tuna (Hunter Outcome Survey - HOS). Mo cocTosiHuio Ha 2017 rop, B peructpe
cofiepxutca nHgpopmauus o 6onee, yem 1 000 naymeHToB n3 129 cTpaH, BKIIHO-
yas Poccuto. ViccnenosaHue HOS npogomkaetcs yxe 6onee 15 net [22]. Ero
pe3ynbTaTbl NO3BOMWAN NOMYYNTb JaHHbIE OTHOCUTENbHO CPeHero Bo3pacTa
Havana 3abonesaHus, BO3pacTa NOCTAHOBKM ANArH03a, CUMNTOMOB, XapakTep-
HbIX /151 KX0r0 BO3PACTHOI0 Neprosa, TeHeHNs 3a60NeBaHNSA 1 ero feyeHuns,
B TOM 41C/e CTECTBEHHOE Te4eHMe (CMNTOMATUYECKOe NeYeHne), nepecaska
KOCTHOro mo3ra u ®3T ¢ ucnonb3oBaHUeM uaypcynbassl. BaxHeiumm pe-
3ynbratom uccnegosaqus HOS aBnseTcs nonyy4eHne AaHHbIX 0 BbDKMBAEMOCTY
NawmneHTOoB, 4TO C y4eTom oTHeceHus MIIC Il K xu3Heyrpoxarowm 3abonesa-
HWUAM M03BOANO ONPeAenuTb 3MEKTUBHOCTb NAYPCYNb(A3bl B OTHOLIEHUN
NPO/AEHNS XN3HN NALUEHTOB.

OueHka achheKTMBHOCTI NpenapaToB, OCHOBAaHHAs Ha napameTpax Bbl-
)KMBAEMOCTY, 6a3MpyIOLLAsCca B CBOK 04Yepedb Ha [aHHbIX PErucTpa nauu-
€HTOB, OTPAXALMX PeanbHyl KIUHUYECKYIO MPaKTUKY, ABNSeTcs 6Gonee
[OCTOBEPHOW 1 PENEBAHTHOM NPU NPUHATUN PELLUEHNN KaK HA KITMHUYECKOM,
TaK 11 Ha OPraHn3aLMOHHOM YPOBHE, 0COOEHHO C Y4ETOM BbICOKOW CTOMMOCTM
NIEKapCTBEHHbIX MPenapaTtoB 3Toi rpynnbl. Pesynbratel aHannsa perucrpa
NPOLEMOHCTPUPOBANK, YTO NPW CONOCTABUMbIX XapAKTEPUCTNKAX NALMEHTOB
B rpynnax neveHus naypcynbgason i ecTECTBEHHOr0 Te4eHNs 3a60N1eBaHus:
CPEAHMI BO3PACT MPOSBIIEHNS KIMHWUYECKUX CMMMTOMOB 3a60/1€BaHUs CO-
CTaBUN COOTBETCTBEHHO 1,6 1 1,5 neT, CpeAHNiA BO3pacT HA MOMEHT nocTa-
HOBKW AnarHosa — 3,3 1 3,2 roa, 1015 NauneHTOB C HapyLIeHeM KOrHUTHB-
HbIX (PYHKLUMIA — 58% 1 57,9%, — Me[inaHa BbDKUBAEMOCTU B rpynne Jie4eHus
naypcynbasoin coctasiuna 33 (30,3; 38,4) roga, a B rpynmne ecTecTBEHHOro
TeyeHus 3abonesanns — 21,2 (16,1;31,5) roga [23]. AHanu3 Ha ocHoBe Cox
MOZeIN C NONPaBKOW Ha CTAaTyC Tepanuu, HTMY1e KOrHUTUBHbIX HApYLUEHNIA,
reorpachu4eckoro peruoHa W Bospacta noCTaHOBKN LMArHO3a, Nokasasn, 4o
PUCK CMEPTM Y NAUWNEHTOB, MOMY4aBLUNX JieYeHne uaypcynbdason Ha 54%
HIKE, YeM Y MaUWNeHTOB B rpynne eCTECTBEHHOrO TeyeHns 3abonesaHns HR
0,46 (95% [W: 0,29; 0,72) [23].

Tabnuua 3. Pesynbtatbl cuctematuyeckoro 063opa nutepatypbl ®3T nauynentos ¢ MIC Il Tuna

KnuHu4eckue UccnefoBaHns Ans NekapcTBEHHOro npenapara naypcynbasa

Wccneposanue CBefieHus 0 nayueHTax [u3aiin [AnutenbHocTb Llens
Panzomu3npoBaHHoe ABOIHOE
Muenzer J, et al. 2007 | N=12; Bo3pacT: >5 net cnenoe nnaue60-KOHTPONMpPyeMoe 24 Hepenn besonacHocTb 1 3(PPEKTUBHOCTD
uccnegosanue I/l ghasbl
Panzomu3npoBaHHoe ABOIHOE
Muenzer J, et al. 2006 | N=96; Bospact: 5-31 rog cnenoe nnaue60-KOHTPONMpyemMoe 53 Hepenn besonacHocTb 1 3(PPeKTUBHOCTDL
uccnegosanue I/l dasbl
N=94 MauneHTbl, 3aBepLUNBLLNE OTKpbITOE pacLIMpPeHne NCCRe0BaHus
Muenzer J, et al. 2011 ncenenoBanye us Muenzer 2006 /Il chasbl 2 roga Knuuunyeckas aeKkTMBHOCTb
N=63 PaHee Hene4eHHbIe NaLneHTbI PETROCNEKTUBHbIN aHanks Bnuawue cTatyca aHTUTeN K
Barbier AJ, etal. 2013 | y nceneosanus /11l dhabl 2 rona y
13 Muenzer 2006 u Muenzer 2011 N o MAypcynbdase Ha KMHUYECKNe NCxXoabl
(OCHOBHOIA W JOMONHNTENbHBIN 3Tanbl)
Giugliani R, et al. 2014 | N=28; Bo3pact: 1.4-7.5 net OTkpbITOE UccnepoBaxue IV asbl 52 Hepenn be3onacHOCTb 1 NEPEHOCUMOCTb
N=639; Bo3pacT Ha MOMEHT
nony4eHus nepeoii Tepanuu: 2.1 —
Muenzer J, et al. 2017 18.2 roga NeveHme waypeynbChasoi HabntogatensHoe, peructp HOS 3ropa Knunnyeckas athhekTnBHOCTb
Ha NPOTSHKEHMM >6 mMecALeB
Knunnyeckue uccnepoBaHus Ans NeKapcTBEHHOro npenapara naypcynbgasa 6eta
N=31; Mpeabiaywas ®3T PaHaoMu3npoBaHHoe NpocToe crenoe
Sohn YB, et al. 2013 Ha npoTshkeHun 15 mec. nccnegosanue | /1l asbl ¢ aKTUBHbIM 24 Hepienm besonacHocTb 1 3 PeKTUBHOCTL
Bospact: 6-35 net npenapaTom cpaBHeHus (3nanpasa®)
Sohn YB, et al. 2015 N=6; Bo3pacT: <6 net gf;po:ﬁ:;posoe HECPABHNTENbHOE 52 Hepenn besonacHocTb 1 3PPeKTUBHOCTL
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Tabnuua 4. Peaynbtatbl uccnegosanus HOS

Mapametp

MepanaHa BbXMBAaEMOCTH, NeT

Tpynna naumueHToB, NONyYaloLLMX MAYPCYNbhasy
33(30,3:31,5)

MNaumenTsl 63 ®3T
21,2 (16,1;31,5)

Puck cmepTu, oTHoweHue yrpo3 (HR)

0,46 (95% [IN: 0,29; 0,72)

lMpeacTaBneHHble [aHHble BbDKMBAEMOCTY MALMEHTOB, ABASIOLLEACS
KOHEYHOW TOYKOIA, CO3LAKT NPOYHOE Hay4HOe 060CHOBAHME MPU Has3Hade-
HUM naypcynbdasbl, @ Takke MOryT 6biTb UCMOb30BaHbLI OPraHn3aTopamm
3[1paBOOXPAHEHNS B MPOLECCe NMPUOpUTE3aunin LEHHOCTW AAHHOr0 fekap-
CTBEHHOrO0 npenapara Kak C KIMHUYECKON, TaK N ¢ (PapMako3KOHOMUYECKOI
TOYeK 3peHus. [aHHoe [oMyLieHWe NOATBEPXAAETCS TEM, YTO B [EMCTBYIO-
LWMX CTaHAApTax 0Ka3aHus MeauUMHCKOA nomowum fetam ¢ MMC Il yactoTa
Ha3HadYeHna naypcynbdasbl coctasnser 0,9, a ngypcynsdasbl 6eta — 0,1,
B3pocnbiM — 0,8 1 0,2 co0TBETCTBEHHO [24-25].

TekyLLas CTPYKTypa AoKa3zaTesibHon 6a3bl 30 )eKTMBHOCTYM 1 6€30MaCHO-
CTW 06CY>XaeMblIX NPenapaTtoB BHOCUT JOMOMHUTENbHYI0 HEONPeeneHHOCTb
B CPABHUTENbHYIO OLEHKY 3DEKTUBHOCTYU TUX TEXHONOTNIA NO JOCTYMHbLIM
CypporaTHbiM To4kam. Tak, N0 KpUTEpUIO TECT C 6-MUH XOAbOOW B rpynne
naypcynbdasbl 6eTa B a6CONMOTHBIX LMdpax He 6b110 NPOLEeMOHCTPUPOBAHO
NPeMMYyLLIECTBO, T.K. B rpynne uaypcynbgasbl NaLMeHTbl Npoxoaunn 60mb-
LLIee PacCTOsHNE KaK B Hayane, Tak 11 B KOHLE MCCef0BaHUsA. AHANOMNYHO, He
6bIN10 NOYYEHO AAHHbIX O NyyLem CHmkeHumn [Al B rpynne naypcynbasbl
6eTa B abCOMOTHbIX Ludpax, T.K. rpynna naypcynbasbl N3Ha4anbHo uMena
MeHbLUee 3Ha4eHns TAT.

Y4uTbiBas NOXKM3HEHHbI Xxapaktep ®3T, 060CHOBAHHOE PELLEHNE O Bbl-
60pe Tepanuu 3 ByX CYLLECTBYIOLLMX JIEKAPCTBEHHBIX MPenaparos creayet
C Y4ETOM UMEOLMXCH aHHbIX 06 3 PEKTUBHOCTYM M 6E30MACHOCTY Tepanuu,
a TaKXe 0COOEHHOCTEN KaXAO0ro OTAENbHOro naumeHTa. CormacHo HOBOMY
NPOEKTY KNNHNYECKMX peKoMeHaauni no nevennto aeteir ¢ MIC Il tuna, pe-
LEHNe O CMeHe NIeKapCTBEHHOr0 nmpenapara MOXeT NPUHUMATLCS TOMbKO B
CNy4ae BO3HWKHOBEHNS 3a[0KYMEHTMPOBAHHbIX CEPbE3HbIX HEXeNaTenbHbIX
ABMEHUIA, NOBTOPSIOLLNXCA HECMOTPS HA afieKBaTHYIO MpeMeanKaunio nepes
MHAy3ueli. PelueHne 0 nepeBofe A0MKHO NPUHIMATLCS TOMIbKO N0 3aKIIHYe-
HWO BPa4e6HOro KoHcunnyma deaepanbHoro LeHTpa

3akniouenue:

Hanuane fByx coBpemeHHbIx onuuit nedeHus MMC Il Tuna He ToNb-
KO CO3[aeT YHMKaNbHY0 BO3MOXHOCTb BbIBOpa Tepanun, HO 1 hopMupyet
3ajia4y NPUHATUS 0BOCHOBAHHOIO PELUEHU Kak Ha YPOBHE KIIMHWYECKOro
CreunanncTa, Tak 1 Ha YpoBHe OpraHn3atopa 3apaBooxpaHeHns. U B cnyyae
0601X NepBOOYEPEAHbIM KPUTEPUEM NPYW BbIGOPE CIYXUT KNMHUYECKas 3g-
(heKTUBHOCTb, @ TAKXe aCCOLMMPOBAHHbIE C Hell aTpubyThbl yOEANTENBHOCTM
1 JOKazaTenbHocTH. To 06CTOATENbCTBO, YTO ANs UAYPCYNb(asbl B OTANYME
0T naypcynbasbl 6eTa AOCTYMHbI KaK AaHHbIE PErUCTPALNOHHBIX KIUHMYE-
CKWX MCCNeS0BaHuiA, Tak W aHHble BbDKMBAEMOCTU Ha OCHOBE NATHAALATM-
NETHEr0 aHanu3a peanbHoli KNMHUYECKOW, MOAYEPKMBAET LEHHOCTb 3TOr0
NIeKapCTBEHHOr0 npenapara Ans nul, NPUHUMAIOLNX PeLUeHns B 0611acTu
3[1paBo0XpaHeHuns. Mpefcka3yemMoCTb Pe3ynbTaToB Tepanuu B peneBaHTHOM
[/ OPraHn3aTopoB 3paBOOXPAHEHNS BbIPAXKEHNI — U3MEHEHUN NPOLOSIKN-
TeSIbHOCTM XKU3HN, & TAKXKe pacnpeseneHune 4acToTbl Ha3Ha4eHus Npenaparos
COrNacHoO eNCTBYIOLAM CTaHLapTam MeauLIMHCKO nomoLyy, obycnasnusa-
eT 0600CHOBaHHOCTb PAacCMOTPeHMs Maypcynbdasbl Kak npenapara nepsoro
BbIGOpA.

Cnucok nuteparypbl:
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EXAMPLE OF MUCOPOLYSACCHARIDOSIS TYPE II
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Abstract

Aim: to conduct a comparative assessment of the efficacy and safety of ERT
drugs in MPS Il type patients and analyze drug provision organization for pa-
tients with this nosology.

Methods: to conduct a comparative assessment of the efficacy and safety of
ERT drugs, clinical trials data and real clinical practice data, including data
from the Hunter outcomes survey register, were used. To assess the drug pro-
vision organization were analyzed the current legal framework of the Russian
Federation and public procurement data.

Results and discussions: provision of pathogenetic therapy to the patients with
orphan diseases is attributed to a number of administrative, clinical and eco-
nomic constraints. The best example of the management of provision of this
patients in Russia is a so-called Federal Program of High-cost nosologies (HCN)
that has clear and transparent state regulation and the patient register that is
essential for budget planning. The example of mucopolysaccharidosis type Il
(MPS Il) that was included in HCN in 2019 shows noticeable increase in pa-
tients’ access to therapy when transferring from regional budgets. Two medical

products — idursulfase and idursulfase beta — are available in Russia for life-time
pathogenetic treatment of this nosology. These products are produced using
different cell lines; they have different INNs and are not interchangeable. Both
drugs have registration clinical research, however, unique real world evidence is
available for idursulfase only and show the survival rate of the patients with MPS
Il collected during 15 years of maintaining the international patient register cov-
ering more than 1,000 patients from 129 countries, including Russia. According
to the analysis, mortality risk in the patients treated with idursulfase is lower by
54% than in those who received no treatment (HR 0.46, 95% CI: 0.29; 0.72).
This evidence can be used by health care decision makers to prioritize value of
this medicinal product from both clinical and pharmacoeconomic perspectives.
Predictability of therapy outcomes and higher prescription frequency according
to current standards of care justifies idursulfase as a first choice treatment.

Keywords: rare disease, orphan drugs, mucopolysaccharidosis type Il, idursul-
fase, idursulfase beta, access, registration, register, evidence base, survival.
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