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HecmoTps Ha T0, 4To opaHHbIe (peaKkne) 3abo1eBaHMs XapaKTepu3yTCsl 04EHb HU3KOM PacrpoCTpaHeHHOCTbIO, UMM CTpa-
AaeT 3HaynTesIbHoe YMC/I0 aogen no scemy mupy. B CoeanHeHHbix LLtatax AMepuku u EBponerckom cor3e paspaboTaHbl
Pa3/IMYHbIE SKOHOMMYECKME N aAMUHUCTPATUBHbIE CTUMYJIbl C LIEJIbIO MPUBAEYEHUS papMaLieBTUHYECKMX KOMMaHM K pas-
paboTKe SIeKapCTBEHHbIX CPEACTB A5l 1eHeHns peakux 6onesHen. OgHaKo oueHKa Ux 3(OEKTMBHOCTHU 3aTpyaHEHa BBUAY
mMasioro o6bema BbI60POK M C/TI0XKHOCTH OpPraHu3almm KIIMHUYECKUX nceaeqoBaHui. [1pmn aToM cpeHsisi CTOMMOCTb OPGaHHbIX
rpenapaTtoB B MsiTb pa3 npPeBOCXOANT TAKOBYIO Yy JIEKaPCTB, MCIOb3YEMbIX B JI€YEHUU APYIUX 3ab601eBaHMi, TEM HE MeHee
MexaHU3Mbl LIeHO06pa30BaHUs Ha GapMaLleBTUHECKOM PbIHKE OCTaKTCS MI0X0 N3YYEHHbIMM.
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AKTYAJIbHOCTb

OpdaHHbIMK (OT aHr. orphan — peaKui), Unn «CUpoT-
CKMUMMW», pefKkuMu, 3abofieBaHUsIMKW, HECMOTPS Ha CBOe
Ha3BaHWe, CTpajaeT 3Ha4yuUTelbHOE YUC/O NIoAeEN — Npu-
mMepHO 30-40 mnH eBponewnLeB U OKono 25 MNH ceBe-
poaMepuKaHueB [1]. EoMHoro mexxayHapofHoro onpefe-
NneHuns opdaHHbIX 3aboneBaHui He cylectByeT. CornacHo
depepansHoMy 3akoHy N2 323-d3 «O6 ocHOBax OxpaHbl
3[0poBbA rpaxgaH B Poccuickon depepaunn», B Hawewn
cTpaHe opdaHHbIMU MpU3HaloTCa 3aboneBaHus, pacnpo-
CTPaHEeHHOCTb KOTOpbIX cocTaBnseTr He 6onee 10 cnyya-

eB Ha 100 Tbic. HaceneHnus [2]. B EBponencKkom cotse
(EBpocoto3, EC) n KaHage noporoBon pacnpocTpaHeHHo-
CTbO cyMTatoT 5 cnydyaeB u HMKe Ha 10 Tbic. HaceneHus [1].
B CoeanHeHHbIx LLTatax AMepukn (CLUA) peakmum sBnseTcs
3aboneBaHue, BcTpeyaklleecs meHee YeM y 200 ThiC. rpax-
naH [3]. OnpeneneHve MOXKET BapbMpoBaTb M B npeaenax
O[HOWM CTpaHbl: TaK, B KaHaACKOW NpOBUHLNK AnbbepTa pea-
KMMW CYMTaIOT COCTOSAHUSA, pernctpupyemblie y 1 n3 50 TbiC.
yenoBek, a B NpoBuHUMKM OHTapno — y 1 n3 100-150 ThiC.
yenosek [4]. B CoeanHeHHOM KoponeBcTBe BBeEHbI Tep-
MWHbI «ynbTpaopdaHHble fieKapcTBa» W «yAbTpapeakune
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3a6oneBaHus», K KOTOPbIM OTHOCST HO30/10rMK, NMoparkato-
wne meHee 1000 xuTenen no scen BenukobputaHuu [5].
Bcero B mype noa onpeaeneHme opdaHHbIX nonagaeTt oKoso
7000 3abonesaHum [6].

Okono 80% opdaHHbIX 3aboneBaHNUn UMEIOT reHeTuye-
CKyto npupogy. OcTanbHble ABASAIOTCA pe3yibTaToM OakTe-
pUanbHbIX WAKW BUPYCHbIX MHOEKUMH, ayTOUMMYHHbIX WK
[ereHepaTuBHbIX HapylweHWh. bonbWKWHCTBO peaknx 3abo-
nesaHun (75%) maHubeECTUPYIOT B TeyeHue nepBbix 5 net
WU3HKU [7]. OpdaHHble 60/e3HM 3aTparnBalT BCe AEMO-
rpaduyeckne rpynnbl HaceneHus W, COOTBETCTBEHHO, BCe
obnactn meamumHbl [8]. Hanbonblee 4ncno 3aboneBaHun,
UMEIOLMX CTaTyC PEeAKMX, OTHOCAT K OHKOMOMMKU, OHKOorema-
TONnoruun u Hesponoruu [9, 10].

Ha cante MuH3sgpaBa Poccun onybnvMkoBaH nepeyeHb
peaKkux 3aboneBaHni, KOTopbli BKIoYaeT 6onee 200 nosu-
MM — 3TO U OTAENbHbIE 3ab60neBaHns, U rpynmnbl 601e3HEN
[11]. Mpu atom 24 peakux 3aboneBaHns/rpynnbl 601e3HEN
obecrneynBaoTCs IEKAPCTBEHHbIMM NpenapataMn U ne4veob-
HbIM MUTaHWEM 3a CHET CPEACTB PermoHanbHoro 6oaxerta. Nx
nepeyeHb yTeepxaeH MNoctaHoBneHnem MNpaButenscrea PP
0T 26.04.2012 N° 403 «O nopaake BeaeHus denepanbHOro
perncrtpa nuu, CTpafaloWmX MXU3IHEyrpoxatowmnmMmn 1 Xpo-
HUYECKMMU NPOrpeccupyrolmmMmm peakummn (opdaHHbIMMK)
3a60oneBaHNsa MK, MPUBOASALLMMMU K COKpALLEHMIO MPOAO-
UTENbHOCTU XU3HW FpaxKaaH Uan UX UHBANMAHOCTH, U ero
pernoHanbHoOro cermeHTa» [12]. B HacTosLee Bpems B Mupe
[OCTYrNHO Nuwb okono 400 neKapCTBEHHbIX cpeacTs And
neyenns 250 pegkux 3abonesaHunn [13, 14].

Lenbto 0630pa HayyHOM nuTepaTypbl ABASETCA MOWUCK
MHPoOpMaLMK O paspaboTKe NeKapCTBEHHbIX NpenapaToB
ONa NeYeHns pefakux 3aboneBaHui, LLeHoo6pa30BaHUM Ha
opdaHHble npenapaTtbl ¥ NOAX0Aax AN YCKOPEHUS BbiBOAa
ToBapa Ha GpapMaLLEBTUYECKUIA PbIHOK.

CtpaTterus noMcKa u NOUCKOBbLIN 3anpoc

lMoucKoBbIM 3anpoc 6bi1 CHOPMYNNPOBaAH ANA aHrIo-
A3bl4yHOM — PubMed (http://www.ncbi.nim.nih.gov/pubmed)
n poccunckon — eLIBRARY (http://elibrary.ru) Hay4HbIX
3MIEKTPOHHbIX cucTeM. B 6a3e gaHHbix PubMed nouck pene-
BaHTHbIX Ny6AMKaALMIA OCYLLECTBASAAN MO KOYEBLIM CNOBO-
coyetaHuam «orphan drugs», «orphan drug development» u
«drugs for rare disease». B Hay4YHOW 3MEKTPOHHOM GUOGNU-
oTeke elLIBRARY B KayecTBe K/OYEBbIX MCMNOJb30BaInCh
cnoBocoYeTaHus «opdaHHble neKapcTear, «oppaHHble 3a60-
neBaHus». bblnn paspaboTaHbl M NMPUMEHEHbI cneaylolme
KpUTEPUM COOTBETCTBUS:
®  KpUTEPUM BKIKOYEHMS: 0630pHAs MM OPUTMHaNbHas CTa-

TbSl, NOCBSALEHHas GapMaKO3KOHOMUYECKUM W lopUanYe-

CKMM acnekTaMm npuMeHeHus opdaHHbIX NEKAPCTBEHHbIX

cpeacTB, ony6MKoBaHHasg Ha PYCCKOM WKW aHITMMCKOM

Aa3blke B nepuog ¢ 1984 no mapt 2016 r. BKIYUTENBHO;
®  KPUTEPUM UCKITIOYEHMS: NYBNUKaLMK, NOCBSLLEHHbIE UC-

KNOYUTENbHO KIMHWYECKMM acneKtam fedeHus opdaH-

HbIX 3a60/1EBaHWN.

Pe3ynbTaTbl NOUCKa NpeAcTaBieHbl B BUAE CXEMbI (puC.).

PE3Y/IbTATbI U OBCYXAEHUE

3aKoHoaaTeNbHble aKTbl, peryavpyowue

pa3paboTKy opdaHHbIX IeKapCcTB

OpdaHHble 3aboneBaHns U opdaHHble NEeKapCTBEHHbIE
cpeAcTBa — MOHATUS B NEPBYD ovyepedb lopuauMveckue,
OTHOCSILLMECS K TeM CUTyauusaM, Korja O4eHb OrpaHuyeH-
HOMY KOHTMHIEHTY NauueHToB (C OAHOW M TOM e HO30/10MuU-
en) TpebyeTtcs cneundnyecKoe MeanKaMeHTO3HOe ieYeHme.
COOTBETCTBEHHO, MPOLIECC perucTpaummn opdaHHbIX NeKap-
CTBEHHbIX CPEACTB MPOXOAWUT MO-Pa3HOMY, B 3aBUCMMOCTH OT

Puc. Cxema novcka Hay4HoM nutepaTypbl Mo Teme o63opa

855 nybnunkaumm, oTo6paHHbIX
no pesynbratamMm noucka B PubMed
1 eLIBRARY
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HalLMOoHaNnbHOro 3akoHofaTenbcTBa [15]. Tak, B EBpocotose
3TOT BOMPOC HaxoauTCs B opucamkuunmn Komuteta no opdar-
HbIM MEAULMHCKUM NpofyKTam EBponencKkoro MeauumnHCKoro
areHTcTBa (European Medicines Agency, EMA) [16]. B cTpa-
Hax EC npu3HaHue npogykta opdaHHbIM aaeT bapmaueBTu-
YECKUM KOMMaHUSAM pasfinyHble npedepeHumnn, Takue Kak
10-NeTHUIN CTaTyC 3IKCKIIIO3UBHOIO MPOU3BOAMTENS, COLEN-
CTBME B COCTaB/IEHUM NPOTOKONA KIMHUYECKOIrO UccnesoBa-
HWS, CHUXKEHWE B3HOCOB /151 MPOBELEHMSA UCCNIEA0BaHUM NOS,
arngon EMA u npepoctaBneHue rpaHToB Ha KIMHUYECKKUE
ncenepoBaHus [17]. C MOMEHTa NPUHATUS COOTBETCTBYIOLLUX
3aKkoHoB B 2000 r. B EBpocoto3e 6bi10 3aperncTpupoBaHo
106 opdaHHbIX NeKkapcTBeHHbIX cpeacts [18]. HeobxoanMmo
OTMETUTb, YTO 3aKOHOAATE/bHbIE aKTbl 06 OpdaHHbIX ieKap-
ctBax B CLUA n EBpone HanpaBneHbl Ha CTUMYIMpPOBaHWE
pa3paboTKK IeKapCTBEHHbIX CPEACTB, CTOMMOCTb NPOU3BOA-
CTBa KOTOPbIX HE MOXET OKYMUTLCH BCAELCTBUE Manoro Koau-
yectBa 60nbHbIX, Tpebyowmnx aaHHon Tepanun. K 2008 T.
(T.e. 3a 25 neT ¢ MOMeHTa NPUHATUSA 3aKoHa 06 opdaHHbIX
nekapcteax, Orphan Drug Act) B CLUA 6binn ofo6peHsl
250 HanmMeHOBaHWM NekapcTBeHHbIX cpeacTs ang 200 Ho30-
norun [19]. 3aKkoH 6bin NpUHAT B 1983 . 1 npegoctaBisn
YyeTblpe Mepbl MOOWPEHUS A1 KOMMaHUMU, 3aHUMaloLWmnXCs
pa3paboTKOM peuenTtyp AN NevYeHUs peakunx 3abosieBaHun.
Bo-nepBbiX, NPOM3BOAUTENAM MO KpalHeh mMepe YacTUHHO
KOMMEHCUPYIOTCH GUHaHCOBbLIE 3aTpaTtbl MyTem MNpeaocTas-
neHuns 50% HanoroBOro Kpeauta Ha pacxofbl, CBSA3aHHble
C HayyHbIMW UccrnegoBaHUaMU U pa3paboTkamu (Research
and Development, R&D). Bo-BTOpbIX, KOMNaHWAM NpeLocTaB-
NIAETCH CEMUIETHEE SKCK/IIO3UBHOE NPaBo Ha NPOAaxKy U3ro-
TOBJIEHHOrO UMW NleKapcTBeHHOro cpeactea. OgHaKo Takoe
npaBo MO0 6bITb NOYH4EHO TOJILKO Ha NEKapPCTBO, NpUMe-
HfeMoe B Tepanuu ogHoro opdaHHoro 3aboneBaHus: T0 eCTb
ecnu apyras KOMMNaHuWsa BbINMYCKAET TO Xe JIEKapCTBEHHOE
CpeacTBO, HO /19 pYyroro peAKoro nokasaHus, oHa He Hapy-
LaeT 3aKoHa. B-TpeTbux, YnpaBneHue no caHMTapHOMy Haj-
30py 3a KayeCTBOM MULLEBLIX MPOLYKTOB U MeAUKaMeHTOB
(Food and Drug Administration, FDA) no 3anpocy KomnaHuu
[O/IKHO OKa3biBaTb MOALEPIKKY B MPOBEAEHUU LOKIUHUYE-
CKMX U KIIMHUYECKMUX UCMbITaHUi. B-yeTBepTbiX, KoHrpeccom
CLWA 3zaknagbiBatoTcq B GlOAXET AeHbrM ANA NoAaepa-
HUS pa3paboToK opdaHHbIX NIEKaPCTBEHHbLIX CPELCTB: Tak,
B 1983-1985 IT. Ha UccnefoBaHUA €XErogHO BbIAENANOCH
no 4 mMnH gonn. [20].

B 2002 r. KoHrpeccom CLLUA 6b11 NPUHAT 3aKOH O PefKux
3aboneBaHusax (Rare Disease Act of 2002), B cooTBeTCTBUMU
C KOTOpbIM Npu defepanbHOM areHTCcTBe «HaluuoHanbHble
MHCTUTYTBI 30poBbsa» (National Institutes of Health, NIH)
6blna chopmMmnpoBaHa CeTb LLEHTPOB KIIMHUYECKUX UCClief0oBa-
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HUIM B 0651acTu opdaHHbIX 60ne3Hen, chopMynnpoBaHbl Npa-
BMNa ux duHaHcupoBaHua [3]. Llenbio gaHHOW nporpammbl
SIBNSETCA COAEVNCTBME MYNbTUAWUCLUNAMHAPHOMY W3YYEHUIO
opdaHHbIX 3ab60neBaHui, 06y4EeHUIO CreunanncToB no pea-
K1M 3abonieBaHUsaM, obecrnedyeHne goctyna uccnegoBaTtenen,
KAMHWULMCTOB, NaLMEHTOB, NpeacTaBuTenen o6LLEeCTBEHHbIX
OopraHu3alUni 1 OpraHoB 3paBoOXpaHeHUs K MHGopMaLmK,
OTHOCSILLENCS K peaKknm 3aboneBaHnam [21].

B CLWUA u ctpaHax EC mcnonb3yoT pasdHble noaxoabl K
NpeaoCTaBAEHUI0 UCKIIOYUTENBHOIO (MOHOMOMALHOIO) npa-
Ba NpoJdarKM — KIYEBOro, C TOYKM 3peHus dapmaLles-
TUYECKMX KOMMaHUM, CTUMyNna Ansa paspaboTKM opdaHHbIX
npenapaTtoB. B EBpocoto3e, rge COOTBETCTBYHOLWMK 3aKo-
HoAaTeNbHbIM akT 6bi1 NpUHAT B 2000 1., 3TO 03Ha4YaeT, YTo
B TeyeHne 10 neT 3aperncTpMpoBaHHbIM MPOAYKT MOXKET
NPOU3BOAUTb UCKIIOYMUTENBHO AepKaTeNb PerncTpaLMoHHO-
ro YAOCTOBEPEHMUS, XOTS A1 OLHOI0 M TOrO e 3a601eBaHuUs
Ha PblHKE MOIYT MMETbCSH HECKOMbKO pa3HbiX HaWMeHO-
BaHWW nexkapcTBeHHbIX cpeacts [17, 22]. B CLWA aaHHas
NpUBKIErNS KacaeTcs TONbKO [AENCTBYKOLWEro BelecTBa
npenapata. YTo6bl nony4nutb ogobpeHne FDA Ha wcnonb-
30BaHWE HOBOIr0 MEAMUMHCKOrO MpOAyKTa Ans feYeHus
TOro UK MHOro opdaHHOro 3aboneBaHus, NPOU3BOAUTENIO
Heo6Xx0AMMO A0oKa3aTb, YTO MX MPOAYKT MPEBOCXOANT C KIK-
HMYECKOM TOYKM 3PEHUS y)Ke 3aperncTpupoBaHHble Ans
OaHHOW HO30M0rMM opdaHHbIE NIeKapCTBEHHbIE CPEACTBa,
4YTO B CBOIO O4epedb Noapa3ymeBaeT NPOBeAEHUE CPABHM-
TeNbHbIX UccnegoBaHnn [23].

B 2012 r. B CLLA 6b11 nognucaH 3akoH «O 6e30nacHOCTH
M WHHOBaUMAX B AOMWMHWCTPALMKM MO KOHTPOJO 3a npo-
OYyKTamMu M NIeKapCTBEHHbIMKU cpeactBamun» (The Food and
Drug Administration Safety and Innovation Act, FDASIA),
MMEIOLNN OTHOLWEHNE M K opdaHHbIM NpenapaTtam. Tak,
B AOKYMEHTEe npeanucaHbl OnpeaeneHne wu yTBepxaeHue
B KpaTyawlime CPOKM NEePEYHS TAXKENbIX U M3HEHHO YrpoXKa-
lOLLMX COCTOSIHWUI; YCKOPEHHas pa3paboTKka n paccMOTpeHne
NIeKapCcTB Ans Tepanun JaHHbIX 60/1€3HEN U COCTOSHUM, eCNn
B KJIMHMYECKUX ucnbiTaumsx | u Il dasbl 66110 yCTaHOBEHO
KJMHWYECKOE YNy4YlleHMe MO CPaBHEHMUIO CO CTaHAAPTHOWM
Tepanuen; CoTpyaAHUYECTBO C EBPOMNENCKMMU U a3naTCKUMK
peryanpyowmMMmM opraHamu ana npegynpexaeHus nposeje-
HUS OyGAMPYIOWMX MCCNeAOBaHUI; yCTaHOBNEHME MepeYHs
3KCMNEepPTOB MO pedkum 3aboneBaHusM, C¢ KoTtopbimu FDA
MOXET NPOBOANTb KOHCYNbTauuu [24].

Moaxoabl K pa3pa6oTKe opdaHHbIX NeKapcTB

[aHHble No 6e30NacHOCTU U 3PDEKTUBHOCTU OpdaHHbIX
NIeKapCTBEHHbIX CPEACTB 3ayacTylo OrpaHW4YeHbl Mo Mpu-
4YMHE HebONbLIOro KOMMYecTBa NaLUMeHTOB C peaKMM 3abo-
fleBaHWeM, OOCTYMHbIX ANS BKAOYEHWUA B UcCCnefoBaHue.
Takne ¢akTopbl, Kak 60/blION reorpaduryeckun pasbpoc
nauneHToB, Haln4yMe HEeNoSIHOM WcTopuu 3aboneBaHus
M OrpaHWYeHHble AMarHOCTUYECKME BO3MOXHOCTM, CMO-
COOHbI 3aTpyAHATb pa3paboTKy opdaHHbIX TEKAPCTBEHHbIX
cpeacte. B CLUA opdaHHble npenapaTtbl PeErvcTpupytoT-
cs Ons neyeHua rpynn nauuMeHToB YMCNEHHOCTbIO O6bIYHO
He 6onee 20 Thic. Yenosek [25]. OAHUM U3 peLueHnin JaHHOM
npobnembl ABASETCA NPUBEYEHUE CaMMUX NALMEHTOB C pea-
KMMK 3a60/1EBAHUSMM K PETYTIMPOBAHUIO PbIHKA OpPaHHbIX
NleKapCTBEHHbIX cpeacTB. MauuneHTbl co3aatoT PoHAbI M3yye-
HUS pedKkuMx 3aboneBaHuin, NPOBOAAT MHOOPMALMOHHYIO
paboTy C Leblo NPUBIEYEHUS HAaceNeHNa 1 NpaB1TeNbCTBa
K npobriemMe cBoero 3aboneBaHus, opraHM3ytoT coobLwecTBa
0159 KOTEKTUBHOM B3aMMOMOMOLLLM, a TaKKe COOCTBEHHble
pernctpbl 601bHbIX peaKkon natonorven. Coobllectsa nauu-
€HTOB nomMoratoT HabupaTb rpynnbl UCMbITYEMbIX ANS UCChe-
[OBaHWKN, cobupaTb Buomartepuasnbl, COCTaBAATb NPOTOKON

nccnenoBaHua ¢ BblI6OpPOM KpuTepueB 3POEKTUBHOCTH;
y4acTBYIOT B paboTe 3TUYECKMX KOMUTETOB M ob6ecrnedymBaioT
B3aMMOLENCTBME MeXAy NauueHTaMu U uccnegoBaTensimu
[26]. MprMepoOM TaKoro peructpa nauueHToB CyKuUT ®oHA
MyKoBucumaosa (Cystic Fibrosis Foundation), KoTopbin
Ha npoTseHun 40 neT cBOero CylwecTBOBaHWUs OKa3blBaeT
NOAAEPKKY B opraHuM3auuu fevyeHus 6OMbHbIX C AaHHOWM
naTosiornen, yny4yleHmn nMcxogoB 60/1€3HK, a TaKKe opra-
HU3YeT Hay4yHble nporpammbl PoHaa [8]. YneHbl 06uUIECTB
60/1bHbIX peaKUMKn 3aboNieBaHUSMU TaKKe MOTryT COCTOSATb
Npu NPaBUTENLCTBEHHbIX YYPEKAEHUSAX, KOMUTETAX U OPU-
[MYECKMX OpraHM3aunax ana no66mnpoBaHMa 3aKoHodaTe b-
HbIX aKTOB U 3allu1Tbl CBOUX Mpas [26].

TaKne xapaKTePUCTUKU pedKnx 3aboneBaHWi, Kak Kiu-
HUWYEecKas reTeporeHHoCTb (pa3Hoobpasune), AUTENbHOCTb
nNpPorpeccMpoBaHnsa, HEAOCTaTOYHOE KONIMYECTBO AaHHbIX
06 3TMOJIOrMK, NaToreHe3e U Te4eHUn 60N1e3HU, U Manoe Yuc-
N0 KIMHUYECKUX UCCnefoBaHWi NPeAcTaBfsioT CAOKHOCTb
ana padpaboTkm opdaHHbIX neKkapcts. O6bIYHO A4S AOMNyCKa
Ha dapMaLeBTUYECKMIM PbIHOK A1 NpenapaTtoB UCNONb3YHOT
COOTHOLLEHWE NOoNb3a—pPUCK, F4e «NoMib3y» ONPeAeNnstoT UCXO-
[IOM Tepanuu B BUAE YNY4YLIEHUS CYObEKTUBHOIO MM OGbEK-
TMBHOIO COCTOSIHUS NMauMeHTa UK BbluBaeMocTu. OaHaKo
ans opdaHHbIX NEeKapCTBEHHbIX CPEACTB AaHHOE OTHole-
HWEe MPUMEHUTb 3aTPYAHUTENBbHO M3-3a MPOLOKUTENbHOMO
CYOK/IMHUYECKOTO TEeYEHUs, ANWUTENbHOro MpPOrpeccMpoBa-
HUA 3aboneBaHWUss M HEOBPaATUMOro MoparKEHWs OpraHu3-
Ma K MOMEHTY MOCTaHOBKW AMarHo3a. s LOCTUKEHUS
60/bllUer TMOKOCTU MPU PEryiMpoBaHUn pbiHKa opdaHHbIX
neKkapcTBeHHbIX cpeacts B FDA B 1992 . 6b11 co3aaH nyTb
ycKopeHHow peructpauunun (Accelerated Approval Pathway)
MeauMumMHCKon npoaykumn [13]. Mpn ycKOpeHHOW perunctpa-
LMK HeOBX0AMMBIX NMpenapaTtoB ANs IeYEHUS TAKENbIX UK
WU3HEYrpoxatlmnx 3aboneBaHui, He UMeLWKUX anbrep-
HaTuBHOW Tepanun, FDA MOeT 0go6puUTb CXeMY NeYeHUs,
OCHOBbIBasACb Ha ouUeHKe 3PDEKTUBHOCTU NEKapPCTBEHHbIX
CPEACTB Ha aTanax cypporaTHbIX KOHTPOMbHbIX TOYEK, NO3BO-
NAWmMX NpeackasaTb KIMHUYECKUI nexod. NMpu nposeaeHmm
YCKOPEHHON perncTpauun oroBapuBatoT, YTO AN AaHHOMo
NIeKapCTBEHHOr0 cpefctBa MOryT norpeboBaTbes wmccne-
[OBaHus, NOATBEPXKAAOWME ero KIMHUYECKYD 3dDDEKTUB-
HOCTb, B KA4eCcTBe YCNOBUS 415 NPOLOIKEHUS TNLEH3NPOBA-
HMS. Halle BCero yCKOPEHHY0 permcTpaLmio MCnonb3ytoT Ans
npenapaTtoB, MCMOMb3YyeMbIX B JIEYEHWU OHKONOTMYECKOWM
n BUY-MHOEKUMN. YCKOPEHHYIO perucTpaunio opdaHHbIX
NIEKapPCTBEHHbIX CPEACTB MPUMEHSIOT U MPU HANMYUKU TaKKX
OOMNONHUTENbHbIX GAaKTOPOB, KaK KpanHAs peaKocTb 3abone-
BaHWS, €ro TSKECTb M Yrpo3a KU3HM NalneHTa, HeoCTaToK
KIMHWYECKMX A@HHbIX U UCMbITAHUI, MeLNeHHOe CYOKINHU-
yeckoe TeyeHue 3aboneBaHUsl, OTCPOYEHHOEe MosBleHME
KIMHUYECKNX MPU3HaAKOB 60Ne3HM nocne HeobpaTUMoro
nopaeHus opraHnM3ma, HeoCTaTo4HOEe KOMMYECTBO CYppo-
raTHbIX KTMHUYECKUX TOYEK M3-338 UBMEHEHHOMO MO NPUYMHE
MCM0/Ib30BaHNA NOAAEPKMBaAIOLLIEN Tepanumn Te4yeHns 3abo-
nesaHusa [13].

CoKpalleH1e BpeMeHU Ha uccnegoBaHne abPeKTUBHO-
CTW OpdaHHOro NeKapCcTBEHHOIO CPEACTBA, UCMNOb30BaHUE
HEBEPHbIX CypporaTHblX TOYEK, MpoBeAeHWe HepaHLOoMMU-
3MPOBaHHbIX UCCNeaoBaHWM Ha ManblX BblGOpKax co3gaer
npeLeaeHTbl AN HEBEPHOM OLEHKM pe3ynbTaToB JieYeHus
TaKMMW npenapaTtamu. Hanpumep, npenapat ans nedyeHus
OCTPON MWENOUOHON NEenKeMun remTyaymab O30ramuimH,
ofo6peHHbIn B 2000 r., nocne npoBefeHus ncrnboltaHns 6e3
KOHTPONIbHOW Tpynnbl U C WMCMONb30BaHWMEM KOHTPOJbHbIX
TOYEK B BMAE 3aBEPLIEHHOr0 Nepuoaa peMmUccuu, 6bin OTo-
3BaH ¢ pblHKa B 2010 r. nocne NocTMapKETUHIOBOro 1ccre-
[OBaHWA, MOKa3aBLlUEero yBeNWYeHWe pUCKa NeTanbHoro



ucxoda y nauveHToB, MoyyYaBLKMX JAHHOE NEeKapCTBEHHbIX
cpeacTs [27].

B KayecTBe MPOMEXKYTOYHbIX MTOMOB MOMHO WCMO/b-
30BaTb GMOMapKepbl NaTtoreHesa peaxkoro 3abonieBaHus.
Hanpumep, ncnonb3oBaHue ypoBHS GeHUnanaHnHa B KpoBu
B Ka4yeCTBe TaKOro nokasatesns No3BOJIUIO0 NPOBECTU YCKO-
PEHHYIO perncTpaumio npenaparta canponTepuH Ans nede-
HUS GEHUNKETOHYpUU. KonnyecTBo peHnnanaHmHa B KpOBHM
ABNANOCb MOATBEPKAEHHBIM MPOrHOCTUYECKMM MapKepom
KNUHUYECKMX MCXOLOB MpU PEHUNKETOHYPUM MO pe3yib-
TaTaM Ony6/MKOBaHHbIX MCCNefOoBaHWi MO AMEToTepanuu
[aHHoro 3abonesaHuns. CnegoBaTtenibHO, MPUMEHEHUE GUO-
MapKepa KOHKPEeTHOoro opdaHHOro 3aboneBaHusl LOMKHO
ObITb OCHOBAHO Ha AOCTOBEPHbIX KIMHUYECKMX AAHHBIX, H4TO
TaKKe orpaHuMynBaeT MX NMPUMEHEHME KO MHOMUM PEeLKMM
natonoruam [13].

UccneposaTtenamu E. Kakkis 1 coaBT. 6bi1a npeasiorKeHa
cxema onpefeneHuss 6MOMapKepoB B KayecTBe cypporar-
HbIX KOHTPOJIbHbIX TOYEK NpU OLeHKe opdaHHbIX NeKap-
CTBEHHbIX CpeAcTB. MapKep [LOMKEH OTBeYaTb KpUTepuam
camoro 3abosieBaHus, UccnegyemMoro npenapaTta, Tpebo-
BaHMAM K GMONOrMYECKOMY MPU3HAKY, NPEKIUHUYECKUM U
KNMHUYECKUM ycnoBuaM. K Kputepuam 3aboneBaHns OTHO-
CATCA AOKa3aHHas 3TMONOrMsS U NatodU3MONOrus, OTCYyT-
CTBME anbTepHaTUBHOrO MyTM natoreHesa. TpeboBaHWUSMU
K NEKaPCTBEHHbLIM CPEACTBaM SBASIOTCH XOPOLIO U3y4eHHOe
[EeNCTBYIOLLIEE BELWECTBO, U3BECTHbIM MEXaHU3M AEUCTBUS,
[lOKa3aHHble papMaKoKNHETHKa U papMaKognHaMuKka. buo-
MapKep OO/KeH OblTb CBA3aH C natoreHe3om 3abosneBa-
HUS, UMETb BbICOKYIO YYBCTBWUTENBbHOCTb M CNeuudU4HOCTb
K Te4eHUIo 60/1e3HU, BbiTb CTabWU/IbHbIM OTHOCUTENIbHO MHbIX
npoLeccoB B OpraHuWame, AOMKHbI CylecTBoBaTb Nabo-
paTopHbIE WMAU WMHCTPYMEHTANlbHbIE METOAbl €ro OLLEHKM.
CohopMynmpoBaHbl cneaylowme nNpekInHUYECKNE KPUTEPUU:
Hannyne wmojenen 3abosieBaHUA, YeTKas B3auUMOCBS3b
MEeXay M3MEHEHUEeM KONMYecTBa MapKepa U U3MEHEHUEM
B TeYyeHue mogenupyemon 6onesHn. K KNMHUYECKUM Kpute-
pusiM GUOMapPKEPOB OTHOCATCA BO3MOXKHOCTb NPeAcKasaHus
TeyeHns 3aboneBaHusl, BO3MOXHOCTb MO YPOBHIO MapKepa
pas3nnynTb pasHble CTaann/TaecTb 3a60NeBaHUs, Hann4me
LLEHHOCTU A/15 CXOA4HbIX natonoruu [13].

Heob6xoanmbl afleKBaTHblIE U XOPOLLIO KOHTPOJMpPyEMblE
ncenenoBaHms No oLeHKe 6e30MacHOCTU U 3POEKTUBHOCTH
opdaHHbIX CPeacTB ANs WX NULUEeH3upoBaHusa [25]. Hanpwu-
Mep, [Mporpamma Mo noaaeprke opdaHHOW MpoayKLMK
(Orphan Products Grants Program) B CLUA, 3anyweHHas
Oduncom no pazpaboTtke opdaHHoM npoaykumm (Office of
Orphan Products Development) coBmectHo ¢ FDA B 1983 .,
CylLeCTBYEeT ANS MOAAEPIKKM HOBbLIX U MPOAOIKAOWMXCS
KNMHWYECKMX uccnegoBaHnin 6e3onacHocT M addeKTUB-
HOCTM MpOAYKUMM (NeKapcTBa, MeAUMLMHCKME YCTpOoMCTBa
W NUTaHKWE), UCNONb3YEMOW 415 NleYeHMsa U yxoda 3a nauu-
€HTaMU C peaknmu 3aboneBaHUSMM WMAU COCTOSHUAMMU.
C 1983 no 2013 r. okono 320 mnH gonn. CLIA no gaHHowM
nporpammMe 6blJI0 HanpaBleHO Ha WCMblITaHne opdaHHOM
NPoOAyKUMKU. BONBLWKMHCTBO FPaHTOB MNPEAOCTaBASAT pas-
paboTtynkam opdaHHbIX CPeACTB A1 NeYEHUS OHKONornye-
CKMX, HEBPOSIOTMYECKUX U SHAOKPUHHbBIX 3ab6oneBaHnn [14].
OpaHako exxerogHo B CLUA u ctpaHax EC ogo6pstoT He 6onee
20% 3as9BOK Ha yKa3aHHble rpaHThbl [25].

OOHUM 13 nyTen obnervyeHns pa3paboTKM HOBbIX opdaH-
HbIX peLLenTyp aBAseTcs nepenpodUInpoBaHmne yxe M3BECT-
HbIX NIeKapCTBEHHbIX BELWECTB, CO3JaHHbIX Ans fle4yeHus
MHoro 3aboneBaHus. Hanpumep, cenyac uccnegyercs BO3-
MOXHOCTb WMCMONb30BaHUSA HUTU3UHOHA, M3HAYaNbHO pas-
paboTaHHOro ANsl NeYeHWs HacneACTBEHHOW TUPO3UHEMUM
1-ro TMna, AN Tepanuu ankanToHypuM 3a CcYeT ero Aeu-

CTBUS Ha METabon13M TUPO3MHA. [laHHbIM NOAX04 NO3BONSA-
€T CHU3UTb BPEMS U CTOMMOCTb NOSIBIEHUSI HOBOIO CPeACTBa
B Ie4YEHUU peaKkux 3aboneBaHni [28]. COOTBETCTBEHHO, NpH
NONIOXWUTENBHOM MCXOAE KAUHUYECKWMX WMCMbITaHWMM AaHHOe
NleKapCTBEHHOE CPEeACTBO MOAYYMT HOBOE OpdaHHOE MoKa-
3aHue K NPUMEHEHMUIO.

Ona novcka HeobxoauMon Tepanuu opdaHHbIX 3abo-
NieBaHMM MPUMEHSAIOT TPAHCASUMOHHbIE (OnepaumnoHHbIE)
ncenefoBaHus, TO eCTb TEXHOMOMMK, NO3BOASKOWME ajan-
TMpOBaTb pe3ynbTaTbl HayYHbIX MCCNEeLOBaHUN K NPUMEHE-
HUIO B KJIIMHMYECKOW NpaKTuke [8, 29]. [Ing ycTaHOB/EHUS
3TMONIOTMM MHOTUX PedKux 3a6oneBaHui UCNONb3YIOT reHe-
TUYECKYI0 AMArHOCTUKY, B T.4. TaKMe METOAbl, KaK CeKBe-
HUpoBaHne no CaHrepy, 3K30MHOE U FEHOMHOE CEKBEHM-
poBaHue. B CLUA nog arngon NIH B 2008 r. 6bina co3gaHa
Mporpamma M3y4eHUs HeaMarHOCTMPOBaHHbIX 3aboneBa-
Hun (Undiagnosed Diseases Program). C MOMeHTa ee OCHO-
BaHUs okono 700 nauneHToB NPOLUIU FrEHETUYECKOE TeCTU-
poBaHMe, KOTOpPOE MO3BOMMIO LOCTOBEPHO YCTAHOBUTb
anarHos 6onee 60 KpalHe peaKux MaTonorni, a TakKe
06GHapPYXWUTb MPUMEPHO TAKOE KE KOMMYECTBO MOTEHLM-
aNbHbIX FTEHETUYECKUX M3MEHEHUMN, MPUBOASALLMX K paHee
HeonucaHHblM 6one3Hsam. [laHHas AMarHOCTMKa Mo3BOJIS-
€T HaWTK naToreHeTM4yecKoe 3BEHO, Ha KOTOPOE MOXHO
HanpaBuTb NedyeHune. Tak, pebeHKy C HEKOHTPONIUPYEMbIMHU
CyooporamMu ycTaHoBMAW Hanuyme cneundruyeckmux mytaLmm
reHa GRIN2A, KoTopble yCcuanBanuM aKTuBauuilo cybbeau-
Huubl GIUN2A NMDA-peuenTopa (rnyTamaTHbiM peLenTop,
WUrpamuwmm ponb B HEPBHOM BO3BYAMMOCTM W Hewponna-
CTUYHOCTH). MNocne AeMOHCTpaLUNK UHIMOUPOBAHUSA AAHHOMO
peuenTopa in vitro ¢ UCNONb30BaHUEM MEMaHTUHA OH 6bln
pEKOMEHAOBAH B Ka4eCcTBe TapreTHom Tepanuu s JaHHOro
nauMeHTa M noTeHuManbHO Ans BCeX GOMbHbIX, UMEKLMX
MyTaunto GRIN2A [8]. Manoe 41cno naumeHToB ¢ oppaHHOM
naTtonornen HaknagblBaeT OrpaHM4yeHUs Ha BO3MOXKHOCTb
npoBeAeHUs CTaHAAPTHbIX PaHLOMW3MPOBAHHLIX KAWHKUYE-
CcKux nccnegosanunn (PKKN). NMoatomy ans BbisBneHUa adpdekx-
TOB B Tepanuu peakux 3aboneBaHur MCNoNb3YyT 0cobble
ansanHbl PKW [30]. B 4yacTHOCTH, B NEPEKPECTHbLIX UCMbITa-
HUSX NauMeHTbl PaHAOMW3MPOBAHbI Ha ABe rpynnbl, ogHa
M3 KOTOPbIX HaYMHAET NleYeHWe C IKCMEPUMEHTANbHbIM,
a apyras — C KOHTPOJIbHbIM NE€KapCTBEHHbIM CPEACTBOM.
Mocne nepBoro atana oLeHUBaloT pe3ynbTaThl, U Ha BTOPOM
3Tane nauMeHTbl NPOLOIKAT Tepanuio, HoO C NPOTUBOMO-
NIOXKHBIM JIEKAPCTBOM, MO OKOHYaHMUMU KOTOPOro MCXOAbl
TaKXe oleHuBatoTca. [lpyrom BapuaHT AuM3anHa — 3TO0
MUCCNeaoBaHMA € PaHAOMM3MPOBAHHbLIM MpPEKpaLLEHNEM
neyeHus. Ha nepBom 3Tane 3KcNepuUMeHTanbHOE NeKap-
CTBEHHOE CPEACTBO BblAAKT BCEM KOropTe WCMbITyEMbIX.
Mocne aToro mauMeHToB, OTBETUBLUMX Ha Tepanuio, paHao-
MU3UPYIOT Ha [ABE rpynnbl, OAHA M3 KOTOPbIX MPOAOKaeT
nieyeHne aKcnepmMeHTanbHbIM CPEACTBaMMU, a Apyras nepe-
XOAWT Ha Ucnonb3oBaHue nnauebo. Bo Bpems BTOpon 4actu
nccneaoBaHUa ydYuTbiBaloT 060CTpeHns 60ne3HM, nocne
BO3HWKHOBEHMSA KOTOPbIX 60MbHOMO WCKIYaT M3 rpyn-
nbl nnaue6o. B paHLOMW3MPOBAHHOM MUCMbITAHUKU C NnaLe-
60-dpa3om 60MbHbIX Cly4anHbIM 06pa3oM pacnpeaenstor
Ha rpynnbl, 04Ha U3 KOTOPbIX MNOyYaeT IKCNepUMeHTanbHoe
NleKapcTBo, a gpyras — nnauebo Ha NPOTSXKEHUU KOpOT-
Koro (GuKcmpoBaHHOro) nepuoga BpeMeHu. Mo ncreyeHmn
JAaHHOro OTpe3Ka BPEMeHW BTopas rpynna Takke nepe-
XOAWUT Ha uccreayemoe eKkapcTBeHHoe cpeacTso. Ha npo-
TSXKEHWUU BCEro UCMbITAaHUSA MPOBOAMTCS OLLEHKA MCXOAOB.
MaumneHToB, BKAOYEHHbIX B PKW ¢ napannenbHbiMK rpynna-
MW, PAHZOMW3UPYIOT B FPYNMbl 3KCNEPUMEHTANIbHOIO U KOH-
TPONbHOMO NevyeHus. 1o OKOHYaHUKU UCMbITaHWUS MPOBOAMUTCS
yyeT pesynbraTtos [30].
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0630p NUTepaTyphbl

YyeHbiMu 13 KaHaabl 6bi1a pa3paboTaHa KOHLUEeNUMS aHa-
NM3a NEeKapCTBEHHbIX NpenapaTtoB, NpeaHasHa4yeHHbIX AN
nevyeHuns pegkux 3abonesaHun [31]. OHa COCTOUT U3 cemu
nocnegoBatesibHbIX Waros. B nepByto oyepeab NOATBEPIK-
[atoT cTaTyc opdaHHOro NeKapCTBEHHOro cpeactsa — npw-
HMMalOT B pacyeT 4acToTy BCTPe4YaemMoCTH 3ab60oneBaHus, ero
TSXKECTb, BO3pacT MaHndecTaLmm 1 NoTeHUManbHoe BAMSHUE
NeYeHns Ha nexod (Hanpumep, paguKanbHOe aKn nananaTme-
Hoe). [lanee npou3BoanTCs CO0P AaHHbIX N0 Natodu3nono-
MU Y KNMHUYECKOMY TeYeHMI0 3a60neBaHNs AN NOHUMaHMUS
MexaHu3Ma [OeWCTBUS NeKapCTBEHHOro cpeacrtBa. Ha Tpe-
TbeM 3Tane MAeT OLEeHKa MoTeHLMaNbHbIX JOCTOMHCTB pac-
CMaTpMBaEeMoro /leKapcTBEHHOro cpeactBa C UCMONb30Ba-
HWEM OEBATU KpuTepues npudmHHocTn Xunna (Bradford Hill):
3G PEKTMBHOCT — MNONOXUTENbHAs AMHAMWKa B TevyeHue
60/1€3H1 B CBSA3M C UCMONb30BaHWEM JIEKAPCTBEHHOMO Cpea-
CTBa; COMNOCTaBMMOCTb — Pe3yNbTaTbl PasHbIX UCCNefoBaHNM
He NpoTMBOPEeYaT APYr APYrY; CNELUPUIHOCTL — KOHKPETHbIN
3 DEKT CBA3AH C KOHKPETHbLIM IEKAPCTBOM; BDEMEHHOM paK-
TOp — yAydlleHne HacTynaeT nocne NpUMeHeHns nly4aemo-
ro NIEKapCTBEHHOr0 CPEeACTBa; GMOIOMMYECKNIA TPaaNeHT —
ONTUMAaNbHbIN Pe3ynbTaT IeYeHUs 3aBUCUT OT ONTUMASbHbIX
[03 neKapcTBa; npaBgornogobHOCTb — MEXaHW3M OENCTBUSA
NleKapcTBa COOTBETCTBYET natodu3nonornn 3abosieBaHus;
COr1acoBaHHOCTb — pe3ynbTaTbl MccnefoBaHnsa addeKToB
NIEeKapCTBEHHOro CpeAcTBa He MpoTMBOpevaT obLien3BecT-
HbiM ¢daKTam 0 OMOSIOrMKU KU TeyeHUU 3abofieBaHUs; IKC-
MepUMEHT — IKCMEPUMEHTaNbHbIE AaHHble MOATBEPXKAAT
ynyyleHne MUCXO040B B CBS3M C WMCMONb30BAHWEM MWCCReay-
€eMOro cpeacTBa; aHasnorus — JeKapCTBEHHOEe CPeacTBo
CXOHOT0 MexaHW3ma AeWCTBUS yyylaeT TeHEHMUE MOXOKMX
3abonesaHnin [32]. locne aToro MOAENUPYIOT KIIMHUYECKKE
addeKTbl M3y4aemon Tepanuu ¢ NpPUMEHEHWEM Moaenen
MapkoBa. Ha naTton cTyneHu oueHuBaloT 3POEKTUBHOCTb
3aTpaT C UCMONb30BaHNEM CTOMMOCTU Ka)KAoro roAa M3Hu
WKW roAa XKU3HU ¢ y4eToM ee KadectBa (Quality Adjusted Life
Year, QALY). LLieCcTbIM LWarom BbINOSIHEHHbIM aHanM3 npenapa-
Ta paccMaTpuBaloT KIMHULIUCTBI U 3anMHTEPECOBAHHbIE nLa.
MocnefHUM 3TanoM CTaHOBWTCS MOBTOPHas OLEHKa JeKap-
CTBEHHOI0 CPeACTBa Mpu NOSIBIEHUM HOBbIX AaHHbIX [31].

Mpo6nembl LEHOOGPa30BaHUA

B 2015 r. pblHOK opdaHHbIX NeKapCTBEHHbIX CPEACTB
BbIPOC B ABa pa3a Mo CPaBHEHWIO C MPeAblayWwMM roaom,
npu atom B CLLUA Konn4yectBo opdaHHbIX NOKa3aHU yBeu-
yunocb Ha 12%, a B EBpocotose — Ha 62%. OxkugatoTt, 4To
K 2020 r. Ha HuX 6yaeT npuxoauTtbea Ao 20,2% MUPOBbLIX
npojax MeaMKaMeHToB 6€e3 yyeTa AXeHepuKoB (178 mapa
ponn.) [33]. B 2010 r. n3 43 neKapcCTBEHHbIX npenapa-
TOB, Npoaaxkm Kotopbix B CLUA npesbicuan 1 mnpa gonn.,
18 6binn opdaHHbIMK [10]. XOoTa Ha nevyeHne pegkux 3abo-
nesaHun B CLUA n ctpaHax EC npuxogutcsa He 6onee 4,9%
roCyAapCTBEHHbIX PacXxofoB Ha MeAMKaMEHTbl, BblCOKas
CTOMMOCTb 3TUX MpenapaToB KaK (aKTop, CEPbE3HO CHMU-
¥aloumn AOCTYNHOCTb MEAMLMHCKOM MOMOLLM, NpeacTaBs-
nsgeT cobon oCcTpyto NpobaeMy KaKk ans perynstopoB LEHO-
obpas3oBaHus, Tak M ans nauuneHTtoB [34, 35]. Hanpumep,
13 23 opdaHHbIX NEKAPCTBEHHbIX CPEACTB, UCMOb3yEeMbIX
B KuTtae, nuwb oanH obnagan CTOMMOCTbIO, HE MpeBbila-
IOWEeNn CYTOYHbIM AOXO[ FOPOACKOro XWUTENs, TO eCTb 6bin
OOCTYyNeH C 3KOHOMMWYECKOMW TOYKM 3peHus [36]. HecmoTtpsa
Ha 04YeHb OrpPaHWYEHHbIN CNPOC U CIOXKHOCTb pa3paboTKy,
opdaHHble npenapaTbl 9KBMBANIEHTHbl MO CBOEW roAo-
BOW 3KOHOMMWYECKOW CTOMMOCTU HeopdaHHbiM (637 MIH
M 638 M/H J0A. COOTBETCTBEHHO) [37]. PasnuyHbie rocy-
hapcTBeHHble npedepeHuMn caenany dapmakoTepanuio
peakux 3aboneBaHuWi MpUBJIEKATENbHbIM HamnpaBieHUEM

ong dapmaueBTUYECKUX KOMMNaHWW. [0 MHEHUIO HEKo-
TOpbIX aBTOPOB, MnpefocTaBnsemMas GU3Hecy AnuTeNnbHas
MOHOMOMNS CMOCOBCTBYET MAOXO MPOrHO3MPYEMOMY POCTY
LeH Ha opdaHHble NeKapCTBEHHble CPeAcTBa, MpU 3TOM
perynaTopHble opraHbl, B T.4. NOA AaBfeHWEM NaLMEHTOB
W WX npefctaBuTenen, 3aMHTEPECOBAHHbBIX B MOCTOSHHOM
HaM4YUN HEOBXOAMMbIX TEKAPCTBEHHbIX CPEACTB, CKIOHHbI
cornawaTbcsa ¢ npegnaraeMbiMun pacueHkamu [38]. K npo-
YUM OCOBEHHOCTAM OpdaHHbIX JIEKAPCTBEHHbLIX CPEACTB,
6NaronpusATHbLIM A8 NPOM3BOAUTENEN, MOXHO OTHECTU
OTHOCUTENIbHO HW3KMEe 3aTpaTbl Ha KAMHUYECKUE UCMbITa-
HUS, B T.4. MO MPUYMHE HeBOoNblMX N0 06beMY BblIOGOPKHK
nccnefoBaHWim, U HEBLICOKYHO KOHKYPEHLMIO Ha pbiHKe npe-
napatoB 3TOro Knacca [39].

besycnoBHO, opdaHHble NeKapCTBEHHbIE CPeACTBa OT/IU-
YaeT BblCOKasi CTOMMOCTb pa3paboTKU. bbio noKasaHo,
Hanpumep, 4T0 GUHaAHCOBbIE 3aTpaTbl Ha pa3paboTKU W
pacnpocTpaHeHHOCTb 3aboneBaHns o6paTHO MPOMNopLMO-
HanbHbl Apyr apyry [40]. Heo6xoanMMO TaKKe MPUHATb BO
BHUMaHME, YTO, HECMOTPS Ha Pa3nyHble NPUBUAETUM, CMAT-
yawowme TpeboBaHUs A9 BblBOAA NIEKAPCTBEHHbIX CPEACTB
Ha PbIHOK, PerynaTopHble opraHbl 0693bIBalOT pa3paboTyu-
KOB OpraHu30BblBaTb MOCTMAPKETUHIOBbIE WCCNEeA0BaHMUS
ero apPeKTUBHOCTH.

dopmMupoBaHue LeH Ha opdaHHble NeKapCTBEHHbIE Cpes-
CTBa CPaBHMUBALOT C «<4EPHbIM ALLMKOM», yKa3blBas Ha cnaboe
NOHMMaHMe NPUHLMMNOB, NEXallMX B OCHOBE 3TOro npouecca
[41, 42]. Bblwe yxe obcyKaanacb pojib MOHOMOMKU Ha pac-
NpoCTpPaHeHWe NeKapCTBEHHbIX CPEACTB, A/IMTENBHOCTb KOTO-
pon B EBpocotose coctaBnseT 10, a B CLUA 7 net. BangHue
3TOro dhaKTopa yCcunMBaeTcs B CBA3M C TeM, YTO afnbTepHa-
TUBHbIX MONEKYN 415 Ie4EHUT MHOTUX PEAKMX 3a60oneBaHum
Ha AaHHbIH MOMEHT He NPeAsIoXKEHO, TaK Y4TO 4O MOMEHTa
NosIBNIEHNS COOTBETCTBYIOLWMX MKEHEPUKOB Ha PbIHKE AN
TOrO MM MHOTO NOKa3aHMS MOXKET CyLLECTBOBATb /IULWb O4HO
nekapcTBeHHoe cpeacTso [38]. ChegoBaTtenbHo, GapmaLeBs-
TMYECKMM KOMMNaHMAM CTaHOBUTCS BbIrOAHO PUHAHCHPOBATb
uccneaoBaHus, pesynbTaTbl KOTOPbIX OyayT 060CHOBbLIBATb
BblAENEHME N3 YIKE CYLLECTBYIOLLMX HO30/10M1I HOBbIX, 6onee
peakux. Noao6HbIM NpUemM MHOrAa CPaBHUBAIOT C «<HapPEe3Kowm
canamu» (salami slicing) [25, 38]: OH NO3BONSET HE TONbLKO
co34aTb HOBble MOHOMOJIbHbIE MOKa3aHWs, HO TaKKe CHU-
3UTb PacxoAbl HA MAPKETUHT, NOCKObKY B 3GPEKTUBHOCTHU
NIeKapCTBEHHbIX CPEACTB npuaetcs yéexjaTb BCe MeHblune
Mo YUCAEHHOCTU rpynnbl cneumanmcToB. Heo6xoanmo, oaHa-
KO, OTMETWUTb, YTO MOSIBAEHME TaK Ha3blBaeMblX OpdaHHbIX
cyébnonynsiumm (OT aHrn. orphan subsets) perynupyetcs cne-
LManbHbIMKU NnocTaHoBneHnsMu FDA 1 B uenom noouypsercs,
MOCKONIbKY OHO MPWMBOAMUT K MOBbIWEHNUIO cneundUYHOCTH
N 3ODEKTUBHOCTHU NledeHUs. OCOBEHHO XapaKTepPHO 3TO aABe-
HWe ANa OHKONOrWK, rae 6narofaps ycnexam MONEKyISpHOM
6M0N0rMM CTaHOBUTCH BO3MOXHOM Bce Oonee geTanbHas
XapaKTepucTMKa Oonyxonen W, Kak CnefactBue, TapretHas
Tepanua [41]. B peaynbrate, HOBble opdaHHble NoKa3aHus
Ha4YMHalOT BbIAENATbCA M3 PACNPOCTPAHEHHbIX B TOW WM
WMHOW cTeneHn 3aboneBaHum, YTo AOMKHO YNyYLNUTb UCXOAbI
neyeHus n abdeKTMBHOCTb NO 3aTpaTtam [25].

CornacHo oT4yeTy 6pUTaHCKOM aHaUTUYECKOM KOMNaHun
EvaluatePharma, B 2014 r. cpeaHsis CTOUMOCTb OpdaHHbIX
NIeKapCTBEHHbIX cpeacTB and nauyueHtoB B CLIA B 5 pas
npeBbllWana TaKoByl Ans HeopdaHHbIX, MeanaHHaa —
B 13,8 pa3, npuyem o0b6a 3TUX NoKalaTens COXpPaHsnu TeH-
neHuuo K pocty [33]. AHanoruyHole gaHHble Oblv MOny-
yeHbl B 2010 r. B benbruu, 4to 3acTaBuiIo UcciegoBatenemn
NpPeAnonoXuTb, YTO caMa no cebe «opdaHHOCTb» MOKa3aHUA
NnoBbIlWaeT CTOMMOCTb NeKapCTBEHHOro cpeacTtea [38, 42].
[enctBuTenbHO, 0406GPEHUE WCXOAHO [eleBOoro Jsekap-



CTBEHHOrO CpefcTBa A/1f Ie4YEeHUs TOro MW MHOIO PEAKOro
3a60/1eBaHUA BO MHOMMX Clydasix NPUBOAMNO K CKa4yKoO0b6-
pa3HOMY, MHOTOKpaTHOMY POCTY ero CToMMOocCTHU. Hanpumep,
nocne Toro, kak FDA B 2007 r. oduumanbHO ogobpuio
aAPEHOKOPTUKOTPOMHbIA FOPMOH B KayecTBe cpeactsa Ans
Nle4eHnss MHOAHTUbHbBIX CNa3MOB, €ro CTOMMOCTb YBEUYn-
nacb B 13 pa3 no OTHOLIEHMIO K UCXOAHOW, WU 3TO MpU TOM,
41O MUcTopus ero npumeHeHus B CLUA yxe HacyuTbiBana
pecatuneTvs, a B Benvko6putaHuun npenapat Ao perncrpa-
LMK No HOBOMY NoKasaHuto ctomnn B 2300 pas (!) aewesne
[9]. CnepyeT TakKe OTMETUTb, YTO OKOHYaHWE nepuoda 3Kc-
KNO3MBHbIX MpPaB Ha NpPoJaxy NeKapCTBEHHOro CpeAcTBa
camo no cebe He NPUBOAUT K CHMKEHUIO ero ctoumocTu [43].

BbicoKaa cToMMOCTb opdaHHbIX IEKapCTBEHHbLIX CPEACTB
06ycnoBAMBaeT HEOBXOAMMOCTb B 0COObIX noaxodax K ¢u-
HaHCUMPOBAHUIO NevyeHus peakunx 3abonesaHun. OgHoBpe-
MEHHO 3a4acTyl0 B CBA3M C HEeAOCTaTOYHbIMWU AAHHbIMKU O
KNMHUYECKoN 3POEKTUBHOCTU BO3HWMKAKOT 3aTpPyAHEHUA C
OLEHKOM COOTHOLWEHUA 3aTpaTbl—3PPEKTUBHOCTb MpUMe-
HUTENBbHO K OpdaHHbIM JIEKAPCTBEHHbIM cpeactBam [44].
B cBfI3W C 3TUM PErynsiTopHble opraHbl BbIHYX/AEHbl Npu-
MEHSTb K HUM MeHee CTporne GapmMakoaKOHOMUYECKHE Tpe-
6oBaHug [45]. Kpome Toro, B HEKOTOpbIX cTpaHax (KaHaga,
N3paunnb, Typumsa) Nnpu nnaHMpoBaHUM nopsiaka GpuHaHCUpO-
BaHWS MPUHUMAIOT BO BHMUMaHWE MMEHHO npeanonaraemyio
nonb3y 419 naumMeHToB, a GapMaKO3IKOHOMUYECKUIN aHan13
MOXeT Boob6lLie He TpeboBaTbes [46]. B 60nblIMHCTBE CTpaH
rocyfjapcTBO MOKPbIBAET BCE MM GOMbLUYIO YacTb pacxogos
Ha opdaHHble NeKapCTBEHHblE CPEACTBaA, MHOr4a B 3aBW-
CUMOCTU OT CTOMMOCTM KOHKpeTHoro npenapata (B8 CLUA,
KaHnape) [47].

OpdaHHble nekapcTBa B Poccuun

B 2013 r. B 83 cy6bekTtax Poccuitickon depepaumu
HacuymTbiBanocb 11173 nauueHTa, cTpagatolimnx oppaHHbI-
MK 3abosieBaHUAMKU U3 «nepedHsa 24» [48]. B ToM e roay
obuime 3atpaTbl Ha MX nevyeHne coctaBunun 4,43 mnpa pyo6.
[49, 50].

Bnepsble npobnema peakux 3abonesaHui B TOM UK UIHOM
Buae 6blia 3atpoHyTa B [puKkase MuH34paBcoLpa3BUTUS
Poccnmn N2 159 ot 09.03.2007 «O mepax no obecrneve-
HWIO OTAENbHbIX KaTEropui rpaxaaH Heo6xoaAMMbIMK NeKap-
CTBEHHbIMW CcpeacTBamMn», OCHOBHOW 3ajayvyer KOToporo
6blI0 pelleHne Bornpoca o6ecnevYeHUs fIeKapCTBEHHbIMU
cpeactBaMu MauMEHTOB C HEKOTOPbIMW Haubonee ¢puHaH-
COBO 3aTpaTHbiMK 3aboneBaHnamu [50]. Ha cerogHswHUm
[A€eHb B NporpaMmy AOMOSHUTENbHOMO SIEKapCTBEHHOro obe-
CrneyYyeHnss BKYEHblI CEMb HO30M0MMI: reMopuans, MyKo-
BUCLMAO03, rTMnodum3apHbli HaHU3M, 6one3Hb lowe, 310Kave-
CTBEHHble HOBOOGpa30BaHUA NTMMPOUAHON, KPOBETBOPHOM
W POACTBEHHbIX MM TKaHEW, paccesiHHbI CKIEp03, a TaKKe
COCTOSIHME Mocfe TpaHCchAaHTauuu OpraHoB M (Mnn) TKa-
Hen [51]. BnocneactBum ctaTyc opdaHHOro 3aboneBaHus
M3 aHHOr0 NepeYHs NoNyYnIn ToNbKO reModunmns, MyKoBumc-
unao3 v 6onesHb lowe. pyrumu cnoBamu, XoTs nporpamma
«7 HO30M0MMM» MO3BOMIMAA CYLLECTBEHHO MOBbLICUTb LOCTYN-
HOCTb [AOPOrOCTOSALMX JIEKAPCTBEHHbIX CPEACTB ANs YKa-
3aHHbIX KaTeropui NauMeHTOB MyTeM LIEHTPaNM30BaHHbIX
3aKynoK 3a cyeT peaepanbHoro 6ogKera, NOHATUA opdaH-
HbIX 3a60/1€eBaHUMN N IEKAPCTBEHHbIX CPEACTB B POCCUNCKOM
3aKoHOAATeNbCTBE Ha TOT MOMEHT BBEAEHbI HE Gblu.

C 3TOM TOYKM 3PEHUS, BaxKHbIM COObLITUEM CTanNo MNpwu-
HATMEe PepepanbHOro 3akoHa ot 21.11.2011 N2 323-93
«O6 ocHOBax OxpaHbl 340POBbS rpagaH», COrnacHo cTa-
Tbe 44-i1 KoToporo B Poccuiickon ®enepaunn opdaHHbIMU
cyuTaloT 3aboneBaHns C pacrnpocTPpaHEHHOCTbIoO He 6onee
10 cny4aeB Ha 100 Tbic. HaceneHuns [2]. B cooTBeTCcTBMHA

C [JaHHbIM 3aKoHOM 6bl1 cdopmupoBaH [llepedeHb pea-
KUX (opdaHHbIX) 3a60eBaHni, B KOTOPbIM Ha CEroAHSALLHMUA
OeHb BxoauT okono 200 Hozonorun [11]. B cuny HecoBep-
LeHCTBa cyulecTBylowen MexxayHapoaHon KnaccuduKkaumm
6onesHen 10-ro nepecmoTpa He Bce 3aboneBaHust MOryT
OblTb BKJ/IIOYEHbI B 3TOT CMMCOK MO MPUYMHE OTCYTCTBUSA
COBCTBEHHOrO KnaccuduKaumoHHoro Koga. Cneayet Takxke
OTMETUTb, YTO AaHHbIN [TepeveHb aBnaeTcs, ckopee, MHbOop-
MaLMOHHOM 6a30M U He MopoxaaeT KaKux-nMbo GpuHaHco-
BbIX 06513aTenbeTB [52].

B 2012 r. NocTtaHoBneHneM lMpaButensctea PP N2 403
6bIn NPUHAT «[lepeyeHb XKU3HEYrPOoXKaloLWMX U XPOHUYECKMX
nporpeccupyowmx peaxkmx (opdaHHblX) 3aboneBaHui, Npu-
BOASALMX K COKpALLEHMIO MPOAOIKUTENBHOCTH XU3HU TPa-
JaH UAW UX MHBANUAHOCTW», B KOTOPbIM BOWAK 24 HO30/0-
rMK, NaTOreHeTUYEeCKylo Tepanuio KOTopbIX GUHaHCUMPYOT
M3 pervoHanbHoro Gtogxerta. Tak, B 2014 r. Ha nedvyeHune
nauueHToB C peaknmu 3aboneBaHusMW permoHamu 6bi1o
notpayveHo 4,4 mnpa pyo., Npu 3TOM, NO HEKOTOPbLIM OLLEH-
KaM, ansa 6onee nosHOUEHHOro IeKapCTBEHHOro obecneve-
HUS dMHaHCKMpoBaHue TpebyeTcs yBenmiuntb B 3,5 pasa [53].
3aKynka npenapaTtoB OCYLWECTBASETCA B pamKax TeHaepa,
HO MNOCKONbKy B 74,5% cnyyaeB 3aKynaemoe opdaHHoe
NleKapCTBEHHOE CPEACTBO MOCTaBASETCS NPOM3BOAUTENEM-
MOHOMONMCTOM, @ B 75% TOpPrn He MPUBOASAT K CHUXKEHMUIO
LieHbl, OTAeNbHble aBTOPbl CYMUTAOT 3Ty CUCTEMY M36bITOY-
Hov [54]. B atom e [loCcTaHOBNEHUWU WM3NOXKEHbI MpaBu-
na BefeHus depepanbHOro perucTpa fvu, CTpagatowmnx
UBHEYrPOXKALWMMHU U XPOHUYECKUMMU MPOrPECCUPYIOLLM-
MW peakMmu (opdaHHbIMK) 3aboneBaHUSIMU, NPUBOASLLUMHU
K COKpALLEHWUIO MPOAOIKMUTENbHOCTU XU3HU FpaxkaaH wu
WX WHBANWOHOCTW, U €ro pervoHanbHOro cerMeHta [12].
HakoHeu, B ®efnepanbHoM 3aKkoHe oT 12.04.2010 N2 61-93
«0O6 ob6paleHUn NeKapCTBEHHbIX CPeAcTB» 3aKpennsercs
onpegeneHne opdaHHbIX NEKapPCTBEHHbIX CPEACTB: wieKap-
CTBEHHble Mpenapatbl, NpeaHa3Ha4YeHHbIE WCKIOYUTENBHO
ANS AMArHOCTMKM WKW MaTOreHEeTUYECKOro edyeHus (neve-
HWS, HaNpPaB/IEHHOIO Ha MeXaHW3M pa3BUTUS 3a6oneBaHms)
peaKkux (opdaHHbIX) 3aboneBaHWit», a TaKXKe 3aKpennseTcs
BO3MOHOCTb YCKOPEHHOM 3KCNEPTU3bl MPU UX perncTpaLmm
(npopomkutenbHocTblo Ao 80 gHewn). MNepen 3TMM, OAHaKo,
NleKapCTBEHHOE CPeacTBO [AO/IKHO OblTb MPU3HAHO opdaH-
HbIM deaepanbHbIMKM OpraHaMu WMCMONHUTENbHOW BRacTu
[55]. B HacTosllLeM 3aKoHEe TaKKe oroBapuBaeTCs, YTO Ans
noaTBepXKAeHMa 6e30nacHOCTU N 3ODEKTUBHOCTU PEFUCTPU-
pyemoro npenaparta MoryT 6biTb MpeAoCcTaBAEHbl pe3ybTaThl
KNMHUYECKMX UCCNedOoBaHUIM, NPOBEAEHHbIX 3a Npeaenamu
Poccuickon depepauun. Bmecte ¢ TeM HE06X0AMMO OTMe-
TUTb, YTO B POCCHMMCKOM 3aKOHOAATENbCTBE MO-MPEXHEMY
OTCYTCTBYIOT MOSIO}KEHUS O CTUMYIMPOBaHMK pPa3paboTKu
METOAO0B Nle4YeHNs peaKkux 3abonieBaHuM, TaKMX KakK, Hanpu-
Mep, PEXUM 3allMTbl IKCKIIIO3UBHbIX NMPaB Ha pbiHKe [52].

3AK/IIOMEHME

OpdaHHble NeKapCTBEHHble cpeacTBa NpeacTaBnsaioT
Co60M OTAENbHbIN CErMEHT pblHKa MEAWULMHCKMX TOBapoOB.
[aHHble cpeacTBa, ¢ OAHOM CTOPOHbI, UMEIOT BbICOKYIO CTO-
MMOCTb, Masylo peHTabenbHOCTb M 3a4acTyto HeybeauTenb-
HYIO 3PDEKTUBHOCTb, a C APYron — XM3HEHHO HEOBX0AUMbI
onpegeneHHbIM rpynnam HaceneHus, cTpagatowmnm pearkumMm
3aboneBaHUAMN. B cBA3KU ¢ aTUM pa3paboTKa U BHeapeHue
HOBOW Tepanuu peaxkux 3abosieBaHUM TpebyeT y4acTusa Kak
dapMaLEeBTUYECKMX KOMMAHWMW, Tak M rocygapctea, a TaK-
e camMux nauMeHToB. 3a pyberKOM HaKOMAeH AocTaTou-
HbI OMbIT CTUMYIMPOBAHUSA Pa3paboTKN OpdaHHbIX eKap-
CTBEHHbIX CPEACTB, KOTOPbIN, HECOMHEHHO, CneayeT NPUHATb
BO BHMMaHWe npu pa3paboTke NogobHbIX Mep NOALEPKKHM

BOMPOCbI COBPEMEHHOW NMEAUATPUU /2016/ TOM 15/ N 4



0630p NUTepaTyphbl

B Poccuu; npu aToM HE06XxoaAMMO OyaeT yYnTbiBaTb HEKOTO-
pyl0 NPOTMBOPEYMBOCTb CNOMKMBLUMXCH B3aMMOOTHOLLIEHWN
perynsiTopHbIX OPraHoB 1 pa3paboTYNKOB, 0COO6EHHO B che-
pe ueHoobpazoBaHUs. TakKe noTpebylTcs AOMNONAHUTENb-
Hble peleHuns B NiaHe obecnevyeHmns JOCTYNHOCTU OpdaHHbIX
NIeKapCTBEHHbIX CPEACTB ANa nauueHToB. C y4yeToM onbiTa
nporpamMmbl «7 HO30/I0MMI», @ TaKXKe B CBSA3M C BEPOATHbIM
pacliMpeHneM CnNUCKa peakmx 3aboneBaHuU U POCTOM LIEH
MOXHO MPeAnONOKUTb, YTO ONTUMasbHbIM BGyaeT GpUHaHCK-
poBaHMe 3aKymnoK AaHHOro TUMa ieKapCTBEHHbIX CPeacTB
3a cyeT dpeaepanbHOro 6oaxKeTa.
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