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OpaHovi n3 Hanbosiee CrI0XHbBIX MPOo06JsieM COBPEeMEeHHON) MeaNLMNHbI SIB/IIeTCS ANarHoCTHUKa, JiedeHne v npogunakTmka pes-
kux 3aboneBaHuii. B cTpykType penkunx 3abosieBaHnii npeobaagaioliee MecTo 3aHUMaloT reHeTu4ecku obycioB/IeHHbIe
336011633HMH. BHe,qpe:-me MeTo40B reHeTu4eCcKoro rectrmpoBaHus CﬂOCOﬁCTBOBaﬂO BbIsSIBJIEHUO 6OI1bLLlOI' O KoJsindecrtBa
HacsieqcTBeHHbIx 3a60/1eBaHNi, YACJIEHHOCTb KOTOPbIX B HacTosiLjee Bpems gocTturaet 8000 u nporHo3mpyeTcs yBesun-
YeHUue 4acToTbl NX BbISIBJICHUS]. ﬂeKapCTBEHHble npenapartsl, npegHa3Ha4eHHbIe 0J191 ANarHOCTUKU UJTIN NnaToreHeTn4ecko-
ro ne4yeHuns peakux 3abosesaHnii, OTHOCST K rpynne opgaHHbix. Hanbonee 3gpdeKkTUBHbIMU N3 ITOW rPynnbl SBASIOTCS
6uonornyeckue npenaparbi. ATo 00YC/I0BIEHO CIOCOOGHOCTbIO GMOIOrNYECKUX NMPenapaToB crneyndunyeckn CBA3bIBaTbCsl
C «peLenTopoM-MULLIEHbIO», YTO MO3BOJISIET UCINO0JIb30BaTh UX B KAYE€CTBE NnpernapaToB HarpasJsieHHoro gevicteus. Euje on-
HUM MPeumMyLLEeCTBOM GUOIOrM4ecknx NnpenapaTos, Mo CPaBHEHUIO C NpenaparamMmy XMMUYeCKOro rnpouNCXoXaeHusl, sBJs-
eTcsl X HU3Kasi TOKCU4HOCTb. JlekapcTBeHHOe obecrnevyeHne opgdaHHbIMU Npenaparamm siBisieTcss Hanbosiee oCTPoOI NPo-
651e MoV, MOCKOJIbKY AJ1S1 IeHEHUS TKeJbIX POpPM peakux 3a6osieBaHuii MOXeT rnoTpeboBaTbCcsl Ha3Ha4YeHNe JOPOorocTosi-
wero siekapcTBeHHoro cpeactsa. lpomsiluneHHoe NPon3BoACTBO OpdaHHbIX MPENnapaToB MOXeT ObiTb HEPeHTabeIbHbIM
B CuJ1y MaJioii pacrnpocTpPaHeHHOCTH peakux 3aboneBaHuii. [I03TOMy OCTYNHOCTb Op@aHHbIX NPenapaToB A4J1s NaLNeHTOB
3aBUCUT OT y4acTUs rocy[apcTBa B CTUMY/IMPOBaHUU UX MPOU3BOACTBA. B pa3nnyHbix cTpaHax HOpMaTuUBHbIe TPeboBaHNs
ANa npu3HaHns 3aboneBaHns peakum n perucTpaynm opgaHHoOro npenapara pa3pabarbiBaloTcsl C y4€TOM COLUaNbHbIX U
9KOHOMUYECKNX 0OCOBeHHOCTeN cTpaHbl. B paboTe npeacTaBneH aHan3 HOPMaTUBHbIX TPE6OBaHWIA pa3HbIX CTPaH AJ1sl Bbi-
sIBJIeHUs peakux 3abosieBaHunii M 0OLLMX MOAX0A40B K PerucTpauynm npenapaTos, NUCIMOb3YeMbIX AJ1S1 Ie4eHUs1 peakmx 3a60o-
nieBaHui Ha npuMepax 6nosiornyecknx opaHHbIX NpenapaTos.

KnroyeBbie cnoBa: opgaHHble npenapatsl; 6MoI0rnyeckune npenaparsl; peakue 3abosieBaHusl; pacrnpoCTPaHeHHOCTb peakmnx 3a60-
JIeBaHWI; ne4YeHne peakmx 3ab6o1eBaHnii.
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One of the most complicated issues of modern medicine is diagnosis, treatment and prevention of rare diseases. In the
structure of rare diseases the vast majority accounts for genetically determined disorders. The introduction of genetic
testing methods helped to identify a lot of hereditary diseases, that currently reach the number of 8,000 cases and
according to estimations the frequency of their detection is about to increase. Medicinal products for diagnosis or treatment
of rare diseases form the group of orphan drugs. Biologicals are the most effective medicinal products in the whole group,
due to their ability to bind specifically with the «target receptor», which allows to use them as targeted drugs. Another
advantage of biologicals, compared with preparations of chemical origin, is their low toxicity. Orphan drug provision is the
most severe issue because the treatment of severe forms of rare diseases may require the prescription of an expensive
drug. Manufacturing of orphan drugs may be unprofitable for the reason of the low prevalence of rare diseases. Therefore,
the availability of orphan drugs for patients depends on the amount of state participation in manufacture stimulation. In
various countries regulatory requirements for the recognition of a disease as a rare disease, and marketing authorization
procedures for orphan drugs are developed with due regard to the social and economic characteristics of the country. The
article presents the analysis of the regulatory requirements for various countries for the detection of rare diseases, and a
common approach to marketing authorization procedure for the drugs used in treatment of rare diseases, exemplified by
biological orphan preparations.
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OpHoli 13 Hanbonee CNoXxHbIX NPobaeM NPaKTUYECKOro 3apa-
BOOXPaHEHMS SIBASETCA AMArHOCTMKA, fedeHre n npodbunakTmka
penkux 3aboneBaHnin. HekoTopble 13 AaHHbIX 3a60neBaHNn SABNS-
I0TCS YrPOXAIOLLMMM XN3HN COCTOSHUSMU UV MPOTEKAIOT B O4EHb
TSXKENOM XPOHNYECKON N3HYpSoLen dopme, NPUHNHASA TSXeNble
cTpagaHuns 60sbHbIM. [py 3TOM NaToreHe3 pas3BUTUSE U TEYEHME
penkoro 3aboneBaHnst MOryT ObiTb O4EHb CNOXHBLIMU, @ )19 feye-
HUs Takoro 3aboneBaHns MOryT NOTPeOOBATLCS AOPOroCTosiLLMe
npenapatbl. OQHako, C Y4ETOM Manon pacnpoCTPaHEHHOCTN pes-
Kux 3abonesaHuii, pa3pabdoTka 1 NPOU3BOACTBO NpenapaToB AJisi
ONarHOCTUKM, NNeYeHnst 1 NpodUnakTUK1 AaHHON rpynnel 3adone-
BaHWIA OyayT yObITOYHBIMMU.

Bo MHoOrmx crtpaHax paspaboTaHbl rocygapCTBEHHblE MPO-
rpamMmbl CTUMYNMPOBAHWS UCCNEA0BAaHNIN Kak Mo N3y4eHWIo naTo-
reHesa peakux 3aboneBaHuii, Tak 1 No pa3paboTke 1 NPOU3BOA-
CTBY NpenapartoB AJis UX ONAarHOCTUKN U neveHns. JIekapCTBeH-
Hble CPeACTBa, KOTOPblEe YTBEPXAEHb! HAUNOHANbHBIMU peryns-
TOPHbIMW OpraHamMu B Ka4ecTBe npenapartos, MPUMEHSAEMbIX 4515
ONArHOCTUKW, NedYeHnss 1 NpodunakTnky peakmx 3abonesaHui,
nony4mMnn Ha3eaHus «opdaHHble npenapaTbl», OT aHMMNCKOro
cnosa «orphan», KOTOPOe MOXET ObITb NEPEBEAEHO, Kak PeaKuii
NN «CUPOTCKUIA». OnpeneneHme «CMPOTCKNIA» OYEHb 4aCTO UC-
NnoNib3yeTcst UCCNnefoBaTeNs MU, YTOObI NOAYEPKHYTh, YTO AaHHOM
npobnemMe yaensieTcst 04eHb Masio BHUMAHKS.

Ewe oanH dakTop, KOTOPbIM YCIIOXHAET pelueHue AaHHOW
npo6semMbl — OTCYTCTBUE EAMHOIO MHEHUS MO BOMpocam obpatue-
HUS opdaHHbIX NPenapaTosB Mexay pasHbiMu cTpaHamu. NosTomy
perynaTopHble OpraHbl PasHblX CTPaH NPEeAbABASIOT Pas/inyHbIe
TpeboBaHWs, KOTOPbIE PErNAaMEHTUPYIOT pasBUTUE U YTBEPXAE-
HWe npenapaToB B KayecTBe OopdaHHOro NIEKapPCTBEHHOIO Cpes-
cTBa.

B HacTosLen paboTe npeAcTaBneH aHann3 MexayHapoaHOro
onbiTa YTBEPXAEeHNs cTaTyca opdaHHOro Ang npenapara, npegHa-
3HAYEHHOr0 A5 IeYeHns1 peakoro 3aboneBaHust, ero NMLEH3NPO-
BaHMS U rocyfapCTBEHHOIO CTUMYIMPOBaHMS pa3paboTkn 1 Npo-
1M3BOACTBA.

Pepkune saboneBaHus

Pepnkune 3aboneBaHns M3BECTHbI C AABHMX BPEMEH, eLle npu
XWN3HW ermneTckoro papaoHa TyTaHXOMOHa ObiN U3BECTHbLI CUM-
NTOMbl CEPNOBUAHOKIETOYHON aHEeMUK, KOTOPOW OH cTpajan. B
LPEBHEEBPENCKNX HACTaBNEHUSAX AN paBBUHOB |l Beka H.9. yka-
3aHO, 4TO «eCNK [iBa Manb4ymka NoApPsa OT OOHOWN XEHLUMHbI yMep-
N1 OT KPOBOTEYEHUS Noce 06pe3aHnst, TO TPETbEMY MasibyUKy OT
3TOW XEHLUMHbI PaBBUH HE AOJKEH AenaTb 06pe3aHne». 3T0 OAHO
13 NePBbIX N3BECTHbLIX ONMUCAHUIN reModunnn.

Okono 80% penkux 3aboneBaHUi COCTaBASAOT reHeTUYecku
00ycnoBneHHble 3a001eBaHUs, OCTaslbHasi 4acTb NpeacTaBieHa
MHOrMMN BUgamMun peakmnx Gopm paka, pak y oeTein, BPOXAEHHbIE
NOPOKM PasBUTUL, peakme GopMbl anneprum, ayTouMMyHHbIe 3a-
6oneBaHus, UHOEKUUN 1 Ap.

B HekoTopbIX clyyasx peakne 60ne3HN BbiBASIOTCS yXe npu
poxaeHun pebeHka, Hanpumep, GEHUNKETOHYpPUS, peTuHabna-
cToma, cuHapombl Lesch—Nyhan, Kearns-Sayre, Bunbamca, Pet-
Ta, MNpagepa-Bunnn v ap. MonoBuHa penkux 3abosieBaHuin xa-
pakTepuadyeTcs TeM, YTO CUMMNTOMbI GONE3HN MPOSIBASIOTCS BO
B3pPOCJIOM BO3pacTe, Hanpumep, 6051e3Hb XaTTUHIToHa, 601e3Hb
Kpentupenboa-koba, 60KOBOM aMUOTPODUYECKNIA CKIIepOo3 U
np. Penkne 60ne3Hn MoryT npoTekaTb B JIEFKOW 1 TSxenon gpop-
Me, MHOrMe 13 Takux 3ab0neBaHU OKa3bIBAIOT CYLLLECTBEHHOE
B/IVSIHME Ha GU3NYECKME N YMCTBEHHbIE CMTOCOOHOCTM BOMbHbIX U
0e3 afleKBaTHOro neyeHnst 60NbHOM O4EeHb YaCcTO CTAHOBUTCS UH-

Banuaom. B nuccneposanum Dionisi-Vici C. ¢ coaBT. nokadaHo, 4To
cpeay poAMBLUMXCS AeTel C PEAKUMN HAPYLLEHNSMN MeTabonns-
Ma [0 COBEpPLUEHHONEeTUSA AoXunBaeT Tonbko 11% peten [1].

MpuyrHon passuTUsa GONbLUMHCTBA peakux 3abonesBaHuii
ABNSIOTCA HACNEACTBEHHbIE TeHeTMYeckne HapyleHus. Cpe-
ON reHeTudecku obOyCnoBneHHbIX 3aboneBaHuii BOMbLUMHCTBO
Bbl3BAHO HapyLLeHNeM O4HOro reHa, Hanpumep, geduumnt anbda-
1-aHTUTPUNCKHA (KOTOPbIA MOXET NPUBECTU K Cepbe3HbIM 3a60-
NeBaHNSIM Nerkmx Uamn neveHn), atakcus Ppuapeixa (HeBponoru-
4yeckoe pacCTPONCTBO, KOTOPOE MOXET MPUBECTU K HAPYLLUEHUIO
paboTbl cepaua) 1 ap. B HEKOTOPbLIX CyyYasx HapyLleHUs B pas-
JINYHBIX FeHax NPUBOAST K 0AHOMY 3a60neBaHuIo (aHeMust PaHKo-
HW), B OPYrMX — HAPYLLUEHMS B PA3fIMYHbIX FreHax NPUBOAAT K pas-
NIMYHBIM POpMaM OfHOro 3aboneBaHns (ONUCaAHO 9 KIIMHNYECKMX
dopM MblLLeYHOM anuctpodum [oweHa).

Cpeau opyrux npuydrH, KOTOpbIE BbI3bIBAIOT Pa3BUTUE PES-
Knx 3aboneBaHunin, cneayet OTMETUTb AEACTBUE TOKCUYECKUX BE-
LEeCTB, HapyLLeHne NuTaHus 1 Tpasmbl. K passutuiO peakoro 3a-
60neBaHVs NPUBOAMT aBUTAMUHO3, Bbl3BaHHbIN AedUUMTOM THa-
MuHa. Tynow yaap B 06n1acTb rpyan B pekux Cryyasix npuBoauT
K pasBuTUio Grbpunnaummn Xenynodkos n cmeptu [2]. MNMosiene-
HWE COBPEMEHHbIX METOOB Tepanuu, 06nagatoLmx BbICOKOM ak-
TMBHOCTbIO, TaKXe CTaslo NPUYMHON PasBUTUS peakmx 3abonesa-
HUI. Hanpumep, nosiBieHne BTOPUYHOM MEHVHIMOMbI B PE3YSib-
TaTe Ny4eBOn Tepanun paka uim passnuTtne NPorpecCuBHON MyJb-
TdOoKanbHOM NENKosHUedanonaTnmn NPy NprUeme npenapara Mo-
HOKJIOHasbHbIX aHTUTEeN Tnlabpu (HaTanmaymab), NnpeaHas3HavYeH-
HOro O/19 NIe4YeHnst paccesiHHOro cknepoda. Havbonee yactbiMu
npUYnHaMy pas3BuUTUS peakux 3aboneBaHuli SBNSETCS BO3AEN-
CTBUE TOKCUYECKMX BeLLecTB (6eH30, xnopamdeHMKON, LMaHn-
Obl, 3MEUHBIN S, TPUObLI 1 AP.) Y BUPYCHbIE MHDEKLNN (BUPYCHbIE
renaTuTbl, repnec n ap.).

Ons MHOrux peakunx 3aboneBaHnii MeEXaHN3Mbl PA3BUTUS U Te-
YeHUs NaToNIOrMYeckoro npoLecca B LesIoM U3BECTHbI, HO 60-
nee feTanbHble MEXaHU3Mbl 1 0COOEHHOCTU 3a001EBAHNS N3yye-
Hbl He[oCTaTO4YHO. O4HOW U3 NPUYNH STOrO SIBAIIETCS OTCYTCTBUE
9KCNePUMEHTaSIbHbIX MOAENEN NaToN0rM4eckoro npoLecca pea-
Koro 3aboneBaHus.

B 10 e Bpemsi MHOrve pefkre 3aboneBaHns SBNSIOTCS CBOE-
06pa3Ho MOZEeNbio AN U3y4eHUs NaToNOrMYeCKNX NPOLLECCOB,
KOTOpble Pa3BMBAOTCSA NPY 00bIYHbIX (HEPeaKMX) 3a60NeBaAHUSIX.
M3yyeHre natoreHesda pepnkux 3aboneBaHuii nossonunu 6onee
MOJIHO NMOHATb MEXaHMU3Mbl Pa3BUTUS MHOTMX 3a00neBaHU, TaKNX
KaK oxupeHue, anabeT, HapyLLeHe 0OMeHa XONecTepuHa 1 ap.

BbisiBNieHMEe peaKkux 3aboneBaHui

OueHb OCTpOW NPOGNEMON SBNSIETCA OMArHOCTMKA OAHHOWN
rpynnsl 3aboneBaHnin. YumTeiBas, 4TO 3abosieBaHME BCTPEYAET-
Cs1 He YyacTo, Npu obcnefoBaHUM naumeHTa 3aboneBaHne MOXET
ObITb HE BbISIBJIEHO MWW MOCTaBAEH OWNOOYHBIA AnarHo3. Kpo-
M€ TOro, Ha POHe HEKOTOPbIX COCTOSIHUI O4EHb TPYAHO ObiBaET
pacno3HaTb CUMMNTOMbI peakoro 3abonesaHvs. Hanpumep, npu
Hannuun aytnama y 601bHOr0 OYEHb CIIOXHO BbISIBUTb MPOsIBIE-
Husa cuHgpoma Pemma, Fragile X, Angelman, deHunkeToHypumn
B3pochbIX 1 Ap. Mpy anunencumv CnoxHO onpenensoTcs KINHU-
yeckue nposineHns cuHapomoB Shokeir nnu Dravet. B 1o xe Bpe-
Ms1 CrieyeT yYnTbIBaTh, YTO Nop, BAUSIHUEM PELKOro 3a6oeBaHns
MOFYT Pa3BUTbCH Takne COCTOSAHUS, Kak ayTU3M 1 YMCTBEHHAs OT-
CTanocCTb.

Mpn nccnegosannm 5980 60MbHbLIX, KOTOPbIE BONENN OQHUM
13 8 penkux 3abonesaHunii 0OMeHa BELLECTB, YCTAHOBUU, YTO Y
25% 60nbHbIX NOATBEPXAEHNE AMarHosa peakoro 3aboneaHus
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Tabnuya 1. KonnyectBo pegknx 3abosieBaHuii, onpenenseMbiX rnpu POXAeHUN, COriacHoO

HaunoHaIbHbIM NPOrpamMmMam BbisiB/IEHUSI peakux 3aboneBanuii [3]

KonuuyecrBo 3a6oneBanuit, onpepens- | Konudectso rectupyembix reHoB, Ko- KonuuecTso TecTupyembix peaKix
CtpaHa eMbIX Ha 3Tane HeoHaTaNbHOro CKpU- TOpble CBA3aHbI C pefKUMU 3a6ose- 4
P TR P P BaHVI';MAM reHeTUYecKux 3abonesaHui
ABcTpus 32 632 609
Benbrus 11 401 478
bonrapus 4 34 85
Yexus 13 223 285
JcToHUA 12 161 82
JIEGIZ] 16 114 224
OuHnaHgmna 6 182 230
fepmaHus H/A 1754 1922
[peums 8 125 204
BeHrpus 26 57 77
WpnaHaus 6 23 47
Wtanus 4 1042 1107
JlatBua 2 10 9
HupepnaHabl 18 1064 1005
MNonbwa 4 199 289
CnoBeHus 2 62 73
Lseyms 5 119 175
BennkobputaHus 5 644 744
Hopserus 23 116 133
LBeiiuapus 7 371 436
Typuns 3 111 164

3aTarmeanocb Ha 3-25 net. Cpeaun nccnenoBaHHbIX O0NbHbIX He-
npaBWbHbIN AMarHo3 nepBoHaYvasibHo Obin noctaeneH B 40% cny-
yaeB. B peaynbrate a10ro 33% 60JbHLIX MOayYann HenpaBuilb-
Hoe neyeHue, B 16% cnyyaeB — HEOOOCHOBaHHOE XMPYPruyeckoe
BMelaTenscTBo U B 10% — He nonyvann ncmMxosiormyeckyio no-
mMoLub [1].

XoTsa penkve 3aboneBaHNs N3BECTHbI O4EHb 1AaBHO, HO Ha ro-
Cy[apCTBEHHOM YPOBHE 3aHUMATbCS NPo6iemMamum, CBS3aHHbIMU
C AMArHOCTUKOW, NeYeHnem 1 NnpopunakTnkon peakmnx 3abonesa-
HWIA, Havanu Tonbko B 80-x rogax XX seka. MHOrMmMun HaumoHasb-
HbIMW MEONUVHCKUMU areHTcTBaMu pa3paboTaHbl 1 peannayioT-
CSl HAUMOHasIbHblE MPOrpamMMbl BbISIBIEHUS PeAKNX 3a00neBaHWiA.
Mpu poxaeHnn pebGeHka NPOBOAUTCS Tak Ha3blBAEMbI HEOHA-
TaNbHbI CKPUHUHI AN BbIABEHUSA peaknx 3aboneBaHuii, Taknx
Kak MyKOBMCLMO03, DEHUSIKETOHYPUS, BPOXOEHHAs runepnnia-
3151 HaANOYe4YHNKOB, BPOXAEHHbIN rMNoTnUpeos 1 ap. B nepeyeHb
3a601eBaHNN ANt HEOHATANbHOIO CKPUHMHIA 0ObIYHO BKIOHYAIOT
3a6051eBaHNS COMNACcHO reorpaduyecknm, KInMmMaTu4yeckmm, co-
LManbHbIM, 3KOHOMUYECKUM U APYrM YCITOBUSIM CTPaHbI. B 4acT-
HOCTW, B CTPaHax Cpean3eMHOMOPbS BCTPeYaeTCs HacneACTBEH-
Hble remornobuHonaTn (CepnoBUOHOKIETOYHAA aHeMuUs U Ta-
naccemusi), B PvHNaHAMM cpeay MeCTHOro HaceneHust He BCTpe-
yaeTtcs GeHUNKETOHYpUS.

C nosiBneHnemM MeTO[OB reHeTM4eckoro TeCTUpoBaHMSA npu
poxaeHun pebeHka NPOBOAMTCS OMNPELENEHNE MEHOB, KOTOpbIE
CBSi3aHbl C Pa3BUTMEM FreHEeTUYECKN 0OYCOBIEHHbIX 3aboneBa-
HWI, KOTOPbIE OTHOCHATCS K rpynne peakunx 6oneaHei. Habop re-
HOB, KOTOPbII HEOOXOAMMO ONPEeENsiTb Y HOBOPOXIAEHHbIX, pe-
rMamMeHTUPOBaH HaUWOHasIbHbIMU MEeOUUVMHCKUMM areHTCTBaMu,
C y4eTOM 0COOEHHOCTM CTPaHbl, TakXe Kak 1 Bblbop 3abosieBaHunin
015 HEOHaTaNbHOro CKpUHMHra (Tabn. 1).

PacnpocTpaHeHHOCTb peaKux 3abosieBaHunii

B HacTosiwee Bpems HacuuTeiBaeTcs okono 6000-8000 pen-
kux 3aboneBaHuin. HeEKOTOPbIE N3 HUX BCTPEYAIOTCS Yalle, a He-
KoTopble HacunTbiBatoT 10 cnyyaes Ha 1000000000 HaceneHus.
Mo paHHbIM eBponelickoro peectpa penkux 3abonesaHuin (Or-
phanet) remodunus (B peectpe Ne 448) BCTpeyaeTcsi ¢ 4acToOTOM

7,7 cnyyaeB Ha 100000 HaceneHus, remodunmsa A (Ne 98878) — 7
Ha 100000, remodpunusa B (Ne 98878) — 2 cnyyas Ha 100000, B TO
Xe BpeMsi onncaHo Bcero 10 cnyvaes runepkepartosa (Ne1336) n
TONbKO B O[LHOW CEMbE OMUCAH Cly4al COCyaAUCTON pPeTUHONATM
(Ne 71291). Tem He MmeHee, B EBpone peakumn 3aboneBaHnsMu
cTpagatot 30 MsH. yenosek, a B CLUA — 25 MnH. yenoBek, Hanbo-
Nlee 4acTo cpeam peakux 6onesHern BCTpeyaloTcs MykoBUCUMA03,
remodunusa u GeHNNKeToOHypuUs.

C nosiBneHnem 60nee COBEPLUEHHbIX METOLOB AMArHOCTUKN
OTMEeYaeTCs HEYKJIOHHbI POCT BbISIBNIEHUS peakunx 3abonieBaHnii,
B HacTOsILLlee BPEMS €XEHELENbHO PErMCTPUMPYETCS A0 5 HOBbIX
penkunx 3aboneBaHnin U NPOrHO3MPYETCSA AasbHelllee yBenmye-
Hue nx konuyectsa (puc. 1) [4].
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Puc. 1. JuHaMuka BbiSIBIeHUS HOBbIX penkux 3aboneBaHuin. 3abone-
BaHus, BCTpeyatowmecs B 1-9 cnyyasx ( *); 0,1-0,9 (* ) na 1000000;
BCTpe OCTb H THa (') [4].




Ta6nuuya 2. PacnpocTpaHeHHOCTb HEKOTOPbIX peAkux 3aboseBaHunii

Ta6nuya 3. Mopor BcTpeyaemMocTv peskux 3abonesaHnii

B cTtpaHax EC pepkve 3aboneBaHusi npefacTaBneHbl B 6ase
naHHbIx Orphanet, B KOTOpoW NpeacTaBneHbl onnucaHne 1 pacnpo-
CTpaHeHHOCTb peakmx 6onesHeit, B CLUA nmeetcs aHanormyHas
6a3za Rarediseases.info.

Mpu yTBEpXAeHUM npenapata B kadectse opdaHHOro Asis
crneundunyeckoi AnarHoCcTukM, NaToreHeTUYecKoro NeYeHns nnm
npodunakTMkn pegkoro 3aboneBaHns 0693aTesIbHO YUUTbIBAIOT-
Cst 0COBEHHOCTM PACMPOCTPAHEHHOCTU U KIIMHUYECKOTO TEYEHUS
3abonesaHus. Mpexae Bcero, opdaHHblil npenapar AOMKeH ObiTh
npefHasHa4yeH 4y1s neveHns peakoro 3abonesaHus, KOTOPOeE yrpo-
XaeT XN3HW BONIbHOIrO MM KOTOPOEe NPOTEKaeT B OYEHb TSAXKESOi
N3HYpUTENbHOW Ans 6onbHoro dopme. B 3akoHopatenscTee Ano-
HUW K 3TMM TpeboBaHWsM 06aBNeHO yka3aHue, 4To 3aboneBaHne
LOJIKHO ObITb HEn3neynmbiM [5].

PacnpocTpaHeHHOCTb  peakux  3aboneBaHWin  pasnnyHas
(Tabn. 2), N0o3aTOMY B KaX[0l CTpaHe YyCTaHOBJMIEH MOPOr BCTpeYa-
€eMOCTU peakunx 3abonesaHuii, Npy KOTOPOM CMOHCOP (3as9BUTENb)
MMeeT NpaBo NoaaTh 3asBKy A5 YTBEePXAEHNS npenapara B kade-
cTBe opdaHHoro (Tabn. 3). Ecnu yactoTa BCTpeyaemMocTn 3abone-
BaHWS BbllLEe 3TOro Nopora, To PeryasTopHbI opraH He paccma-
TpUBaET 3asiBleHVe 4N YTBEPXAeHUs opdaHHOro npenapara ans
neyveHnst aToro 3aboneBaHus.

Cnenyet OTMETUTb, 4TO BbIGOP YPOBHS BCTPEYaeMOCTU pep-
Koro 3aboneBaHusi, NMpu KOTOPOM Mpenapaty npucBanBaeTcs
cTaTyc opdaHHOro Ans nedyeHust aToro 3abonesaHus, BeNNYU-
Ha HENnoCTOSIHHAsA 1 MOXET MeHATbCs. JTo 3HadYeHne ans CLUA B
1984 rony coctaBuno 85 cnyyaes Ha 100000 HaceneHusi CTpaHsbl,
a B 2008 roay ypoBeHb onycTuncsa go 66 cnyvaes Ha 100000 Ha-
ceneHns cTpaHbl. B ABctpanum B 1998 roay aToT nokasartesnb Co-
ctasnsan 11 cnydaes Ha 100000 Hacenenus, B 2008 rogy — yxe
9 Ha 100000 HaceneHusi. AHanorM4yHo B ANOHUK pacnpocTpa-
HeHHocTb cocTasnana B 1993 roay 40 Ha 100000 HaceneHus, a B
2008 roay — 39 cnyyaeB COOTBETCTBEHHO.

Mpu nopaye 3aaBneHns Ha yTBepXAeHne opdaHHOro npena-
pata crnoHcop (3asBuTesb) 0653aH NpeacTaBUTb MaTepuansl O
pacnpocTpaHeHHOCT penkoro 3abonesaHus. Ons aToro Oonx-
Ha ObITb NpeacTaBieHa NonHas MHGOPMaLMs O PacnpPOCTPaHEH-
HOCTW peakoro 3aboneBaHNs B PpErMoHe, B KOTOPOM MiaHMpyeTcst
npuMeHeHne npenapaTta. [laHHaa npoueaypa AOCTaTO4HO MOSHO
nponuncaHa B OCHOBHbIX HaLMOHasbHbIX HOPMaTUBHbIX TpeboBa-
HUAX 0S8 yTBEPXAEeHUst opdaHHbIX NpenapaTos.

B HEKOTOpbIX Clly4yasix O4eHb CJIOXKHO YCTAHOBUTbL MCTUHHYIO
pacnpocTpaHeHHOCTb PeaKoro 3aboneBaHns, MOCKONbKY peakune
3a60/1eBaHNS MEIOT HU3KYIO PACNPOCTPAHEHHOCTb, Manylo U3y-
YEeHHOCTb MaToreHesa npu yClioBMW OTCYTCTBUSI eAMHbIX NOAXO0-
[0B ANs AMarHoCTUKKW Takux 3abonesaHuii. B yactHocTu, B 2007
rogy B 6a3e paHHbix Orphanet 6bIno yka3aHo, YTO pacnpocTpa-
HEHHOCTb 3/10KaYeCTBEHHOIN rmnepTepMumn (peakas peakuusi Ha

BcrpeyaeMocts Ha B pa3HbIX CTPaHax, Npy KOTOPOM 3asiBUTEJIb UMeeT NpaBo
Pepkoe 3abonesanue 10000 yenosek noaarte 3asiBKy AJisl perucTpauum opgaHHOro npenapara
Cunppom lniteHa—bappe 5 KonuuectBo 601bHbIX
MenaHoMa, cemeitHoro Tuna 5 YacroTa BcTpeyae- B CTPaHe He Aok~
AyTHam, FeHETHIECKHE THIb] 45 CrpaHa mocTu (cny4aeB Ha HO NpeBbIWATH ... Ye-
‘ £ 10000 yenoBek) NOBEK HaceneHus
Cknepoaepmus 4 CTpaHbl
®okycHas fucToHus 3 Crpatbl EC 5 215000
CuHgpom MapdaHa 3 CLWA 75 200000
HexomxKnHCKan 3n10kayecTBeHHas numMdpoma 3 AnoHus 4 50000
[TMrMeHTHbIN peTUHUT 2.8 AscTtpanus 1 2000
bonesHb XennHo (Hapkonencus) 2,6 Wcnanauna 2 4000
[ncceMuHnpoBaHHas Muenoma 2,5 Hopserus 1 2000
feduunt anbta-1-aHTUTPUNCUHA 2,5 Typuus 1 2000
[lnachparmanbHas rpbixa, BpOXAeHHas 25 Benuko6puanus 0,18 meHee 1000

aHecTeTUKW 1 apyrue npenapatbl) BCTpedaeTcs y 33 yenosek Ha
100000 HaceneHus, ogHako B uccnenosaHun Rosenberg H. ¢ co-
aBT. NOKA3aHO, 4YTO PACMPOCTPAHEHHOCTb AAHHOro 3aboneBaHus
cocTtaBnseT oT 1 cnyyas Ha 5000 go 1 cnydas Ha 50000-100000
yenosek. AHanormvyHasi cutyaumst ¢ cuHgpom Mpapepa-Bunnu,
COrnacHO OHOMY UCTOYHUKY YacTOTa BCTPEYAEMOCTM COCTaBs-
et 10,7 cnyyaes Ha 100000 yenosek, apyroro — ot 1 Ha 15000 oo
1 Ha 30000 yenosexk [7].

Mpo6nemsbl, CBSI3aHHbIE C YCTAHOBIEHWEM WCTUMHHOM pac-
NPOCTPAHEHHOCTW peakoro 3aboneBaHusi, B KaXA0OM KOHKPET-
HOM cJly4ae pasHble. B yacTHOCTU, Npu pake NoaXenynoqHom xe-
Ne3bl 4acTo B KOPOTKME CPOKW HAcTynaeT cMepTb BOJbHbIX, MO-
9TOMY CJIOXHO ONPeAennTb CKOJSIbKO YeN0BEK B HACTOSALLMIA MO-
MEHT CTpagaeT oT gaHHoro 3abonesaHus. Kpome Toro, ans MHO-
rMx peakmx 3abofieBaHWn OTCYTCTBYIOT MEXAyHapOIHble KOAbl
6onesHeii. Hanpumep, nog ogHum kogom E75.2 MKE peructpu-
pytoT 6one3Hb Pabpu, 6onesHs lowe, 6onesHb Kpabbe, 6onesHb
HumanHa-lMuka, cuHapom dapbepa, MeTaxpoMaTUYeckyto nei-
KopmcTpodua n nedpuumt cynbdartasbl.

JleueHue peakux 3abonesaHui

B HacTosiee BpemMs Afis ledeHns peakux 3aboneBaHnin nuc-
NoJSiIb3yeTCs LUMPOKUIA CNEKTP NeYeBHbIX MEPONPUSATUIA, BKIOYA-
IO NaTOreHeTUYecKyto, CUMMATOMATUYECKYID, 3aMeCTUTeNb-
Hylo dapmakoTepanuio, a Takke NpPodUNAKTUYECKYID KOPPEK-
unio. Ans pana penkux 3aboneBaHnii OCHOBHbIM METO0M Jleye-
HVA SIBISIETCS onepaunoHHoe BMeLlaTenbCTBo (TeTpaga danno,
cuHApom Jeune n ap.), KOTOPOE B HEKOTOPbIX Clly4asix CBA3aHO
C TpaHCnnaHTauuern opraHoB UAn TKaHen (NepBuYHas rmnepok-
canypus, cuHgpom Hurler n ap.). [Ina ne4yeHns remoxpomarosa,
HanpuMep, NPUMEHSETCS KPOBOMyCKaHue. B oTaenbHbIX cryyasix
neyeHve peakoro 3aboneBaHns He TpebyeT MEAMLIMHCKOro BMe-
LwiatenbcTBa. B 4acTHOCTK, NnevyeHne NMUrMEHTHOM CYXOCTU KOXW
BKJIIOYAET 3aLUMTY OT CONIHEYHbIX Jlyden, GeHUNKETOHYPUN — Ha-
3HaYeHne COOTBETCTBYIOLLEN AneTbl. [py 3TOM AN HEKOTOPbIX
penkunx 3aboneBaHuii, faxe Npu XOpoLLIO N3y4eHHOM NnaToreHese
3aboneBaHusi, OTCYTCTBYIOT 9DDEKTUBHBIE METOAbI IEYEHMS, HA-
npumep, KUCTO3HOro Grnbposa nnm cepnoBUOHOKIETOYHON aHe-
mum [8, 9].

MeanvkaMeHTO3HOe fnedvyeHne, ecnim OHO MPUMEHSIETCS CBO-
€BPEMEHHO, ABMSETCA AOCTATO4HO IPPEKTUBHBIM OS5 NeHeHNs
penkux nHbdekumnn (Tropheryma whipplei) nnv npun genctsmm 840-
BUTbIX N TOKCMYHbIX BELLECTB (YKYCbl 3Men unn umaHung). B 1o xe
BpeMs BUTaMuH D, addeKkTUBHbIN Npu 00bIYHOM hopMe paxuTa,
npu X-XxpoOMOCOMHOM runopocdaTeMmyeckoM paxuTte aBAseTcs
TOJIbKO cumnTomaTuiecknm nededmem [10]. Mpu 6onesHun Mowe
ncnonb3oBaHne GEepPMEHTOB AN 3aMeCTUTENbHOM Tepanuu Oy-
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Tabnvua 4. OcHOBHbIe TpeboBaHUsI AJ151 yTBEPXKAEHUS OPGaHHbIX MPEnaparoB v /IbroTbl MPY PErucTpaumnm AaHHbIX Mpenaparos

Kputepun CLlIA AinoHus ABcTpanus Crpanbl EC
- - - o
HopMaTUBHbIE A0KYMEHTHI Orphan Drug Act (1983) Orphan D(rlugggg?gulatmn Orpha?l[;rgugg) Policy Regulatmn((z(iOE())ol\; 141/2000
OpraHbl, OCYyLECTBASAIOLNE YTBEPXK- FODrA}{agopigél?:ﬁtsc:n%f MHLW / OPSR (Orphan Drug TGA (Therapeutic Good EMEA / COMP (Committee for
AeHne opdhaHHbIX Npenaparos pDevelopment) Division) Administration) Orphan Medicinal Products )
PacnpoctpaHeHHOCTb pefkux 3a6o-
neBaHuit (Ha 10000 yenoBek Hace- 7,5 4 11 5
nexus)
Nepuop aKCKNI03UBHOCTM OpthaHHOTO
npenapara (ner) 4 10 9 10
0 -

Hanorosbie nbroTbl Ans opdaHHbIX 50% Ha KnuHU4eckue uc- GBQ’H%T?g,?rﬁb%:ig;g’:;ﬂz Her PerynupytoTcs cTpaHamm yne-
npenaparoB cnefoBaHus ﬂpMﬁbl;b TR Hamm EC

lporpammbl nopfepxKu Mporpamma rpaHToB «FP6» +
[paKTH AnA NoAAEPXKM pa3paGoTHA HaLMOHANbHOTO UHCTUTYTA MpaBuTeNbCTBEHHbBIE OHABI Her HaunoHanbHble nporpammel
opaHHbIX Npenaparos T porp

3[10pOBbs W fipyrue NOAAEPIKKM

loBTOpHOE paccMoTpeHue 3asB-
NEeHUN Ha yTBEpXKAeHNe opdaHHO- Het la Kaxpble 12 mecsues Kaxpple 6 net
ro npenapara
Momouwb perynaTopHOro opraHa npu
paspaboTKe Nporpammbl pa3suUTus fa Na Her fa
opdaHHoro npenapara
YcKkopeHHas npoleaypa pernctpauuu JiE} la lla Yepes HEHTPL?QE;SyBaHHyIO npo-

net apdEeKTMBHBIM TONbKO B C/ly4ae BOBJIEYEHWSI B NATONOMNYe-
CKUI NpOoLEeCC NeYeHn 1 NoYeK, HO HE HEPBHOM cucTembl [11].

Cnenyet OTMETUTb, 4TO AJ15 Ie4EHUs1 TONbKO peakunx 3abone-
BaHWiN MOryT GbITb BOCTPEOOBaHbI Npenapatbl, KOTOpble MPU LWK-
POKOM MPUMEHEHUN MNPOAEMOHCTPMPOBAIN BbICOKYIO TOKCUY-
HOCTb M OblNM 0TO3BaHbl 3 obopoTa. B yacTHoCTM, camblil 13-
BECTHbI CJly4al TOKCMYECKOro BO3AENCTBUSA HA OPraHM3M CBS-
3aH C NMPUMMEHEHWEM MpenapaTta TanugoMmaa, kotopbln B 1954
rogy noctynua B NpoAaxy Ans KynupoBaHWUS YTPEHHEN TOLUHO-
Tbl 6EPEMEHHbIX XEHLWMH. [pn 3TOM AEeTU, KOTOPbIE POXAANUCH
Y XEHLWH, NPUHUMAIOWNX TannaoMmna, UMeNn TaXenble BPOX-
neHHble nedektbl. B koHue 1950-x rogoB npenapat 6bin 3anpe-
LeH, oOHaKo, B nocneaHue roabl oH Obin ogobpeH FDA B kaye-
cTBe opdaHHOro npenapara ans NevyeHns AByx peakux 3abone-
BaHUI (MHOXECTBEHHAs MMenioMa 1 Nenpo3Has yanoBaTas apu-
Tema) [12].

OpdaHHbie npenapaTtsbl B CLUA

BnepBble B Mype 3akoH 0 npenaparax, KOTopble UCMOJb3YIoT-
csl oNa neyeHnst peakmx 3abonesaHuii, nossuncsa B CLLUA B 1983
roay (Orphan Drug Act (ODA) 21 CFR Part 316). OCHOBHOW LieJbto
[AHHOro 3aKoHa SIBNSIeTCS CTUMYMpoBaHme paspaboTky 1 Npo-
n3BoacTBa opdaHHbIX MpenapaToB Ajs IeYeHns peaknx 3abosne-
BaHuWI. [onpaekoi Kk gaHHOMY 3akoHy oT 1984 roga 6bino ycTta-
HOBJIEHO, 4TO peakM 3aboneBaHvem sBnseTcs 3abonesaHme, Ko-
Topoe BcTpeyvaeTcs y 200000 xutenen CLLUA nnm y 6onbLuero Ko-
nmyecTBa HaceneHus. Kpome Toro, npenapart MOXeT ObiTb Npu-
3HaH opdaHHbIM, ECNN OH NPeAHa3HauYeH ans nevyeHns 3abonesa-
HUS, KOTopoe BcTpevaeTcs 6onee yem y 200000 xuteneir CLLA,
HO NPOW3BOACTBO NPEenapaToB, A4S NeYeHns 3Toro 3abosieBaHns
ABNAETCH YObITOYHBIM.

MonpaBkoii kK 3akoHy oT 1988 roga Obina nponucaHa npoue-
aypa nogayv AokyMeHTaumu (3asBku) ofis yTBepxaeHus opdaH-
HOro npenapata 1 3akpensieH Nepuof 3KCKIO3MBHOCTM opdaH-
Horo npenapara. [ns ctumynnpoBaHus pa3paboTky U NPOU3BOA-
cTBa opdaHHbIX NpenapaToB AaHHbIE 3aKOHOAATENbHbIE aKTbl NPU-
3HAIOT 3a NPON3BOANTENIEM CEMUNETHWIN Nepuoa, SKCKIIO3UBHOCTA
opdaHHoro npenaparta. 3To 03HAYAET, YTO PEryNATOPHLIE OPraHbI
He MOryT B Te4eHue 7 NeT BblAaBaTh PaspeLleHns Ha Npoaaxy aHa-
JIOMMYHBIX NPEenapaToB Nno AaHHOMY NOoKa3aHUIo K MPUMEHEHWIO, 3a
NCKJTIOYEHEM HEKOTOPbIX CUTYyaLUMiA, KOTOPbIE MPONMCaHbl B AOKY-

MeHTax. Kpome Toro, cnoHcop ocBO60XAaeTcs OT OnsiaThl Pacxo-
[OB MpuY nogaye 3asiBKM U PacCMOTPEHUU NOKYMEHTOB B peryns-
TOPHOM OpraHe 1 emy Moryt onnatuTb 4o 50% pacxoaoB Ha KIIMHU-
yeckue uccnenoBaHus (tTabn. 4).

B ctpyktype FDA CLLUA co3paHo oTaenbHOe noapasfeneHne
Office of Orphan Products Development (OOPD), koTopoe 3aH1ma-
eTcsl yTBepXAeHEM OpdaHHbIX MPenapaTos.

OpdaHHbIi NpenapaTt MOXET OblTb YTBEPXAEH B CIEAYIOLNX
crnyyasx:

- CMOHCOP NoAaeT 3asiBKy Ha perncrpaumio opdaHHOro npe-
napata npuv ycnoBuu, 4To A5 Ne4eHns peakoro 3aboneBaHns oT-
CYTCTBYET npenapar (U Opyroii METOA IeHeHNS);

- CMOHCOpP NoJaeT 3aaBKy ANs YTBEPXAEHUS npenapaTa B ka-
4yecTBe OpdaHHOro No HOBOMY MOKa3aHMIO, HECMOTPS Ha TO, 4TO
npenapar yxe yTBepXAeH B ka4yecTBe opdaHHOro no ApyromMy no-
KasaHuio;

- CMOHCOP NOoJaeT 3asBKY Ha PErncTpaLLmMio HOBOro oppaHHOro
npenapara (npy HanM4Mm nmetoLLerocst opdaHHOro npenapara)
no TOMY Xe CamMOMy NOKa3aHUIO MPU 3TOM OH [O/IXEH NpeacTa-
BUTb [0Ka3aTenbCTBa «TepaneBTUYECKOro NpPeBOCXOACTBA» HO-
BOro npenapara, B CPaBHEHUM C paHEE YTBEPXOEHHbIM.

[Ons neyeHns ogHom peakoi 601e3HN MOXET ObITb YTBEPXAE-
HO HECKOJIbKO OpdaHHbIX NpenapaToB, NPeACTaBNEHHbIX Pa3HbI-
MU CMOHCOpamu.

BmecTe ¢ 3asBneHnemM Ha yTBepxaeHre oppaHHOro npenapa-
Ta CMOHCOpP NPEeACTaBASET CeAyOLIME MaTepUabl:

- BCE OCHOBHbIE flaHHbIE O MpenapaTe 1 ero NPon3BOACTBE;

- onucaHue penkoro 3aboneBaHvs, NS NEYEHUs KOTOPOro
paspaboTaH npenapar;

- 0,OKa3aTeNbCTBa «KIMHMYECKOro nperocxoacTtear» («clinically
superior») HOBOro Npenapara, B ciy4yae, eCNv yXe NMeeTCs 3ape-
rMCTPMPOBaHHbIN opdaHHbIN Npenapar;

- mMaTtepuarnbl, CBUAETENLCTBYIOLWME O TOM, 4TO Npenapar sB-
nsietcs 9bdEKTUBHBIM )19 NIe4eHnst peakoro 3aboneBaHns (KOTo-
poe BcTpeyvaeTcst MeHee Yyem y 200000 601bHbIX B CLUA nnu 60-
nee 4yacTo, cornacHo «orphan subset»), a npu apyrmx 3abonesa-
HUsAX Npenapat HeaphEKTMBEH;

- MONHY MHDOPMALMIO O PerncTpaumm npenapata 1 Mmapke-
TUHrosow nctopum B CLLIA n opyrux ctpaHax;

- NOATBEPXIEHNE TOro, YTO NpenapaT NpefHasHayeH ons ne-
yeHus 3abonieBaHUsl, KOTOpPoe BCTpeyaeTcs meHee Yyem y 200000
6onbHbIX B CLUA, 1 B cnyyae, ecnu npenapaTt sIBNSETCS Bakuy-



HOW, TO A@HHbIE O TOM, YTO BaKLMHa OyoeT BBOAUTLCS MEHEE YEM
200000 pa3 B rog;

- pacyeTbl TOro, 4TO Mpojaxa npenapara, pas3paboTaHHOro
Ons nevyeHus pegkoro 3abonesaHus, He OyAeT NPUHOCUTL Mpu-
OblJlb.

MpenctaBnsemble B OOPD mMaTepuansl AOMXKHbI COAEPXaTb
onvcaHve OENCTBYIOLLEr0 BeLLEecTBa Mpernaparta, XapakTepu-
CTUKY OCHOBHbIX (PU3NKO-XMMUYECKMX CBOWCTB npenapaTta u
MaTepuanbl, NOATBEPXAAIOLME BO3MOXHOCTb MCMNOJIb30BaAHUS
npenapaTta Ans nevyeHns peakoro 3aboneBaHnst UM COCTOSIHUS.
MocnepHne BkNOYAOT pedynbTaThl U3ydeHUs addekTUBHOCTU
npenapaTta MeTogamu in vitro n Npu aKCnepuMeHTanbHOM MOe-
nMpoBaHun 3aboneBaHs, a Takke Pe3dynbTaTbl KIMHUYECKUX UC-
cnepoBaHuin. Matepuanbsl N3y4eHnUst TOKCUYHOCTU Ha OOKJUHU-
4eCckoM 3Tane 1 faHHble OLEeHKN GapMakoKMHETUKN 1 dapmako-
OVHaMUKU NPU KIIMHUYECKMX UCCNeaoBaHUsX He TpebyoTcs ans
yTBEPXAEHUS opdaHHOro npenapaTa, O4HaKo 3TW MaTepuanbl
MOryT ObITb MCMNONIb30BaHbI NPU [0KA3aTENbCTBE «KIIMHUYECKO-
ro NPeBOCX0CTBA>.

Cpeon [OOKYMEHTOB, KOTOpble CMOHCOP MNpeacTaBnseT B
OOPD, 04eHb BaxHbIMU SBNSIOTCS MaTepuanbl, 060CHOBbIBalO-
lme (ookasbiBaloLLMe) NOKasaHUs K NpUMeEHEeHUIo opdaHHOro
npenapata. B HeKOTOpbIX Cryvyasx CMOHCOP AOJMKEH npeacrta-
BUTb [lOKa3aTeNnbCcTBa 9GDEKTMBHOCTY NpenapaTa npu neveHmnm
penkoro 3aboneBaHUs Mpu OMpPefeneHHbIX ycnoBusx. Hanpu-
Mep, npenapaTt MOXET ObiTb 3PDEKTUBHBIM TONLKO MpU Neyve-
HUM paka MOJIOYHOM xenesbl IV ctagun. B apyrom cnyyae Heob-
XOOMMO NpencTaBuUTb MaTepuanbl 3bdEKTMBHOCTU Npenaparta
B OnpeaeneHHou noarpynne. Hanpumep, npenapartbl Ha2 OCHO-
BE MOHOKJ/IOHAJIbHbIX aHTUTEN MOTYT ObITb HaNpaB/ieHbl NPOTUB
KOHKPETHOro NOBEPXHOCTHOIO @aHTUIreHa NOATUMNA OMyX0/u, a He
015 BCEX TUMOB aHTUIMEHOB, KOTOPbIE XapaKTePHbI A1 AAHHOTO
0nyxoneBoro npotecca.

Kpome Toro, opdaHHbIii npenapat MOXET ObITb YTBEPXAEH HE
TONbKO AJ191 Ie4eHnst peakoro 3aboneBaHns, HO 1 AJ18 ONpeaeneH-
HOro COCTOSIHMS MpY AaHHOM 3aboneBaHun. Hanpumep, passu-
TVE NMHEBMOHUN Y BOMNbHBIX MYKOBUCLMA030M SIBASETCS «PEeOKUM
COCTOSIHMEM», Tak Kak MMEET HEKOTOPble 0COOEHHOCTU NaToreHe-
3a, B CpPaBHEHMUM C NATOreHe30M 06bI4HON MHEBMOHUN (OOMNOJHE-
Hus K 3akoHy 21 CFR Part 316 ot 2013 roga) [15].

locypapcTBeHHble CTpykTypbl CLLUA akTMBHO noppepxuBatoT
pa3paboTKy 1 NPON3BOACTBO OPdaHHbIX MPenapaToB C MOMOLLbIO
cuctembl rpaHToB. HaumHas ¢ 1983 roaa, B CLLIA Ha ocHoBe ro-
CydapCTBEHHOW noaaepXku Obina nposeaeHa paspabdoTka 400
npenapatos. Npun onobpeHnn CDER B CLUA B roag npoBoautcst
oT 60 0o 85 nccnepgoBaHuii opdaHHbIX NpenapaTos. Viccnenosa-
HWE MO rpaHTy OJHOro Npenaparta NPoOBOAUTCS B TedeHne 3—4 neT.
MpasutenscTeom CLLA Ha noonepxky nccnefoBaHnin opdaHHbIX
npenapaToB 3a CYET rPaHTOB BbIAENSETCSH 0KOM0 14 MAH gonna-
pOB B rofl, OCHOBHAs 4aCTb 3TUX AEHEr UAET Ha NpoaosaloLme-
csl uccnenoBaHus. B rog ogo6peHne OOPD nonyyatoT 10-15 Ho-
BbIX MPOEKTOB UCCNefoBaHUs opdaHHbIX NpenapaTtos. Ha ceroa-
HSALIHWIM AeHb 3aperncTprupoBaHo 45 opdaHHbIX NpenaparTos, KO-
TOpble ObIV N3yYeHbl Npy Noaaepxke rpaHTos ot OOPD [17].

B HacTosiee Bpems Ha caiite OOPD npeactaeneHo 3 cnvcka
npenapaToB, KOTOPbIE NPeACTaBEHbI A/ YTBEPXAEHUS B Kaye-
cTBe opdaHHbIX Npenaparos.

MepB.bIi cnncok cooepxut 167 npenapaTtoB, KOTOPbIE UCMOSb-
3yl0TCS 151 NNeYeHNst OObIYHbIX (HEPELKMX) 3a00NEBAHNI 1 KOTOPbIE
NPOXOASAT NPoLeaypy YTBEPXAEHMS B kadecTBe opdaHHOro npena-
pata. Hanpumep, paccmatpuBaeTtcs npenapart lepuenTuH (TpacTy-
3ymab), KOTOPbI MPUMEHSIETCS B KQ4ECTBE MOHOTEPANMN N B KOM-
MNIEKCHOM JIEYEHMIN paka MOJIOYHOW Xesesbl, KNETKN KOTOPOro SKC-

npeccupyioT HER2. [MpenctaBneHbl maTtepuansl s perucrpa-
U1K npenapata B ka4ecTBe opdaHHOro ANia NeYeHns paka nomxe-
NYAOYHONM Xenesbl, OMyxoJfieBble KIeTKU KOTOPOro 3KCrhpeccupy-
ot p185HER2. Mpenapat lMNeracuc (nerennpoBaHHbIi MHTEP(EPOH
anbda-2a), KOTopbI NPUMEHSIETCS N1 NeveHns renatuta C, npen-
CTaB/IeH A1 YTBEPXAEHMS B KayecTBe opdaHHOro npenapara ais
NeYEHNsT XPOHMYECKOro Mrenonerikosa. Apyron aHanornyHblv npe-
napat MOr-UHTpoH (nerennpoBaHHbIi MHTEPdEPOH anbda-2a),
NPeLCTaBEH A1 YTBEPXAEHNS B KayecTBe OpdaHHOMo AJ18 neYeHnst
3/10Ka4eCTBEHHOW MenaHoMbl ctaguii [IB-IV. MNpenapatkbl Betaseron
n Extavia (pekombrHaHTHbI HTEPdEepOoH BeTa-1b), npumeHsiemble
[LJ191 NeHeHnst PaCCEeAHHOr O CKepo3a, NpeacTaBeHbl Ans yTBepxXae-
HYS B Ka4yecTBe OpdaHHbIX NPEnapaToB AJ1 IeYeHns NPUobpPeTEHHO-
ro uMmmyHogeduumTa. AHanornyHble npenapatsl Avonex n Rebif (pe-
KOMOWHaHTHbIN MHTEpdepoH OeTa-1a) NpeacTaBneHbl A8 YyTBEPX-
neHvs B KayecTBe opdaHHbIX npenapaToB Mo 4 nokasaHusMm Ans
nedveHnst T-kNeTo4Hor nuM@ombl, capkombl Kanolwuu, Bbi3BaHHOW
CrinOom, 3noka4yecTBEHHOM MenaHOMbl KOXWN 1 I0BEHWUIbHOTO peB-
MaTOMAHOro apTpuTa.

Bo BTOpo#t cnucok (182 HanmeHoBaHWs) BKIIOYEHbI Npenapa-
Tbl, KOTOPbIE YX€ 3apPerncTpupoBaHbl kak opdaHHbIe, XOTs Obl N0
OAHOMY MOKa3aHM1Io, HO NPEeACTaBEeHbl 415 YTBEPXAEHMS B Kave-
cTBe opdaHHOro npenaparta no Apyrum nokasaHusm. Hanpumep,
HerinoreH (dunrpactnum), 3aperMcTprupoBaHHbIN B Ka4eCTBE Op-
daHHOro npenapara Ass Ne4eHns HENTPONeHnn, KoTopas pas-
BMBaeTCA Ha GOHE MMENOCYNPECCUBHON Tepanum HEMUENOOHbIX
3/10Ka4eCTBEHHbIX MPOLECCOB, NPeACTaBNEeH AN YTBEPXOEHNS B
KavecTBe opdaHHOro npenapara rno AByM NokasaHusm — oas ne-
YEeHUss MUENOAMCINACTMYECKOrO CUHAPOMA U NedYeHust 60MbHbIX
CMndom, c uMToMeranoBUpyCHbIM PETUHUTOM, KOTOPbIE NOyYa-
0T Ie4eHne raHUMKII0BUPOM.

Tpetuin cnncok (104 HaMMeHOBaHWS) COCTaBNAOT Npenaparthl,
KOTOpblEe YTBEPXAEHbI NS NIeYeHNs 0OblYHbIX U peakux (opdaH-
HbIX) 3ab60oneBaHUn, N NPeACTaBNEHbl A1 YTBEPXAEHUS MO Apy-
rMM nokasaHusM B kadecTse opdaHHOro npenapara. Hanpumep,
PuTykcaH (putykcrmab) 3apermcTpnpoBaH A1si eYeHNs peBMaTo-
NOHOr0 apTpUTa, KOTOPbI HE OTHOCUTCS K PeKUM 3a60NEBAHUSM,
TaKke 3aperncTpMpoBaH B kayecTBe opdaHHOro npenapara 4is
NEYEHNS HEXOLKKMHCKON NMMM@MOMbI 1 XPOHUYECKOro Nnmdonen-
Ko3a. B HacTosLwwee Bpems npenapar npeacrasneH 4ns yTBepX-
LeHnst B kayecTBe opdaHHOro npenapara ass nevyeHns UMMYHHON
TPOMOBOLMTONEHNYECKON MYPMypbI.

Cnenyet OTMETUTb, 4TO BonbLuoe BHMMaHue B CLLIA ynensietca
paspaboTke npenapaToB O/ TApreTHoW (HanpaBfeHHO) Tepa-
nuun, B TOM YNCe 1 ANs neveHns peakux 3abonesaHuin (tabn. 5).

CnenyeTt OTMETUTb, YTO HE BCE Npenapatbl, KOTOPble NUCMOJIb-
3yl0TCS N1 nedveHus peakux 3aboneBaHuii, MMEOT CTaTyc op-
daHHbIX NpenapaTtoB. Kak ykasdaHO B AOMOJIHEHMAX K 3aKOHY (21
CFR Part 316 ot 2013 n 2011 rogoB), Ha Npumepe npenapaTos
NOJIy4EHHbIX U3 Ma3Mbl KPOBK, Npenaparbl, NPUMeHseMble afs
neyeHns peakunx 3abonesaHunii, MOryT Noay4uTb npedepeHumn Ha
OCHOBaHUW Apyrux TpeboBaHuii SKCKIIO3MBHOCTU. B yacTHoOCTH,
MHOIrve npenaparbl, NOJly4eHHble 13 NadMbl KPOBU U NPUMEHSIe-

Tabnuuya 5. Konnyectso yTBepxaeHHbix FDA npenapartos
ANs1 TapreTHow (HanpassieHHo) Tepanuun [19]

KonuuyectBo npenapatoB pgna
TapreTHo# (HanpasneHHoit) Tepanuu (%)
Nepuop 061ee KONMYECTBO
npenaparoB TapreTHou ggg:laa’:,"a';': ‘;%i';:::;ﬁ:’
Tepanuu

1990-1992 8 30 2
2000-2002 10 45 5
2010-2012 24 50 10

2013- 45 80 30
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Mble OJ151 NIe4eHns pefkux 3aboneBaHuii, MMLEH3MPOBAHbI U UMe-
0T 3KCKJIO3UBHbIE MpaBa He Kak opdaHHble, a o ApyrnMm KaTtero-
puaM SKCKo3mBHoCTY [14, 15].

HaumoHanbHbI OpraH KOHTPONS NekapCTBEHHbIX cpeacTs FDA
KOHTpPONMPYeT cobnofeHne TpeboBaHmii, NPeayCMOTPEHHbIX ANS
0f06peHns 1 NNLLEH3MPOBaHNS opdaHHbIX NpenapaTtos. Hanpu-
Mep, 0o 2007 roga ctatyc opdaHHoro npenaparta B CLUA nme-
1 depMeHTHbIE NpenapaThl, KOTOPblE UCMOIb30BANUCh AN fie-
YEHUs1 HEJOCTATOYHOCTU NMOOXKENyA04HOM Xenedbl. B 2007 roay
ObIJI0 YCTAHOBNIEHO, Y4TO KONMNYECTBO OOJbHBIX C HEAOCTATOYHO-
CTblO noaxenyao4Hoi xenesbl npesbicuno 200000 yenoBek B
CLUA n cTatyc opdaHHOro 6bin 0TO3BaH y 3TUx npenapatos [18].

OpdaHHbie npenapaTtbl B AnoHun

Bcnep 3a CLUA B 1993 roay B AANOHWMM Gbln NPUHAT 3aKOH, B
KOTOPOM ObIn 3akpensieHbl TpeboBaHUS ANs YTBEPXKAEHUS Op-
daHHbIX NpenapaToB. HopmaTnBHble TpeboBaHUs Ans opdaHHbIX
npenapaToB B ANOHMM 3HAYNTENBHO Bosiee XeCcTkMe, YEM B ApY-
rmx ctpaHax. Ons npmaHaHmsa MUHUCTEPCTBOM 300P0Bbs, Tpyaa
1 coumanbHoro obecnevyeHma AnoHnn (MHLW) npenapata B ka-
yecTBe opdaHHOro OH 0JKEH YOOBAETBOPSTL CleAyoWnM Tpe-
6oBaHNSAM:

- UCNOJMIb30BAaTLCH AJ151 IeHEHUS HEU3NIEYMMOTrO PeKoro 3abo-
NieBaHus;

- JOJ/XHbl OTCYTCTBOBATb Opyrne Metodbl Jie4YeHusa OaHHOro
3aboneBaHus;

- KOJIMYECTBO BOJNIbHbIX PeAKMM 3ab0NeBaHMEM He [OMKHO
npesbiwaTtb 50000 xuTenen AnoHun.

Cpok oencTema nnueH3um ans obblyHbIX NpenapaToB B Ano-
HUKM cocTaBnseT 4-6 net, Npu yTBEPXAeHUM opdaHHOro npena-
paTta 3asBuTeNb NOy4aeT IKCKI03MBHOE nNpaBo Ha 10 neT. B Toxe
Bpemsa MHLW nmeeT npaBo 0TO3BaTb Npenapat, eciv Npou3Bo-
AMTeNneM He BbINOSHAIOTCSA YCNOBUS INLLEH3NPOoBaHMs (Tabn. 4).

YT1BEpXAeHMe opdaHHOro npenapara gaeT npaso Npon3Boan-
Tenio Ha Bo3MmelleHne 50% 3aTpat Ha pa3paboTky npenapara, CHU-
XeHue Hanoros Ha 6% 1 apyrue puHaHCoBbIE NbroThl. OaHaKo ecnuv
nponasoauTenb opdaHHOro npenapara B AnoHMM Noyymn npubbiib
OT peanu3auumn opdaHHOro npenapara, oH 00s3aH BEPHYTb YacTb
neHer Npubbinn B GOHAbI, N3 KOTOPbIX OblM BblAENeHbl AeHbIN Ha
pa3paboTky 1 NPOn3BOACTBO AaHHOro npenaparta [19, 20].

KonnyecTBo yTBEPXAEHHbIX M OTO3BaHHbLIX Npenapatos MHLW
ANoHUN NPeACTaBNEHO Ha PUCYHKE 2.

OpdaHHbie npenapaTtbl B ABCTpanuum

focymapcTeeHHast nporpaMma CTUMY/IMPOBaHUs paspaboTky 1
npon3eoacTea opdaHHbIX npenapartos B ABCTpainM Gblia NpuHs-
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Puc. 2. KonuyecTBO yTBEpPXAEHHbIX U 0TO3BaHHbIX NpenapaTtoB MHLW
fAinoHum B nepuop, c 2000 no 2012 roabli: npeanonaraemsbie (M), NMLEH-
3upoBaHHble ( M), pa3pabaTbiBaembie (1 )M 0OTO3BaHHbIE ( W ) Npena-
patbi [20].

Ta B 1997 rony. Ocob6oe BHUMaHNE MeANLIMHCKOE areHCTBO ABCTpa-
nun (TGA) yoensieT opdaHHbIM npenapartam st IeHeHUst Npokasbl
1N TPaxoMbl Yy MECTHOrO HaceneHust KOHTMHeHTa. [penapat MoxeTt
ObITb 3aPErMCTPUPOBAH Kak OpdaHHbIN, ecnm OH paspaboTaH ans
neyeHns peakoro 3abonesaHus, koTopoe BcTpevaeTcs y 2000 nnum
MEHEee HaceNeHusi CTPaHbl U OTCYTCTBYIOT ApYrne MeToabl eYeHust
naHHoro 3aboneBaHus (Tabn. 3).

Mpenapartbl, yTBEPXAEHHbIE B Ka4eCcTBE OpdaHHbIX Npenapa-
ToB FDA CLUA, MoryT 6bITb aBTOMaTU4YECKM YTBEPXKAEHbI B Kaye-
cTBe opdanHbix TGA AscTpanuun. Mpu perncTpaumm opdaHHOro
npenapata B TGA gonyckaeTcs UCNoJb30BaHME MaTeEpPUasnoB A0-
kasaTtenbcTBa 6e30nacHOCTU 1 9GDEKTUBHOCTU NPenapaTos, KO-
TOpble YTBEPXAEHbI MEAMLIMHCKMMW areHcTBamu ctpaH EC, Be-
nukobputanum, CLUA, Kanagpl, LLiBeuy n HnoepnaHaoos.

OpdaHHbie npenapaTtbl B cTpaHax EC

Mpu paspaboTke naketa HOpPMaTUBHbLIX TpeboBaHwuii [ns
yTBEpXaeHus opdaHHbIX npenapatos B EMA ocHOBHOM 3apayen
ObINO COo3aaHMe TakMX AOKYMEHTOB, KOTOpblE NMO3BONSAT cAenaTb
npenaparbl 4aHHOW rpynnbl AOCTYNHLIMU ANS KIMHWUYECKOro 1C-
nosib30BaHMs B KOPOTKME CPOKW. MoHATME «OpdaHHbIA npena-
pat» B EC 6bin0 BBeaeHo NocTaHoBneHnem EBponeiickoro nap-
nameHTta Ne 141/2000 ot 16.12.1999 r., kOTOpPOE 3aKkpenuno npa-
BO WX MCMOJNIb30BaHUSA 4S9 AMArHOCTUKU, NIeYeHns n npodunak-
TVKM Yy 1L, CTpagaowmx peakumm 3abonesaHnsamm. B nokymeH-
Te yKa3daHbl OCHOBHble TPeO0OBaHUS N9 yTBEpPXAeHNs opdaHHOro
npenapara, MexaHn3mbl GUHAHCOBOro CTUMYNMPOBaHUS pa3pa-
60Tk 1 Npon3BoAcTBa opdaHHbIX NpenapaTtoB. JaHHbIM nocTa-
HoBeHVeM B pamkax EMA 6bin yTBepxaeH Committee for Orphan
Medicinal Products (COMP) (komuteT no opdaHHbIM MeanLNH-
CKMM npenapartam), B COCTaB KOTOPOro BXOAST NpeacTaBUTeNn
OT Kaxaow cTpaHbl-4neHa EC [22].

B 6a30Bble 3akoHOpaTeNbHble akThl EMA NOCTOSIHHO BHOCHT-
Cs1 NoONpaBKy 1 AoNonHeHUst. OCHOBHbIE JOKYMEHTbI, PErNaMeHTU-
pytoLLme yTBepxaeHne opdaHHbix npenapatos B EMA cTtpaH EC,
npeacTaBneHbl B Tabnuue 6.

[o Havana pa3paboTkn opdaHHOro npenapara CroHcop (3a-
ABUTENb) MOXeT HanpaButb B COMP 3anpoc 06 o6beme 1 npo-
rpaMmmMme HeobXxoaAMMbIX UCCNeAOBaHUI Npu pa3paboTke npenapa-
Ta, npn aTom COMP 0693aH npeacTaBuTb NPorpaMMy pasBuUTus
opdaHHOoro npenapara.

Ons Toro 4tobbl Npenapat noay4un cratyc opdaHHOro, OH
[OJIXKEH Y0BNETBOPSATL CleyoWmnM TPeboBaHNSAM:

- npenapar AOKEH NPUMEHSTLCS AJ19 ANArHOCTUKM, NIeYeHNs!
N NPOMUNAKTUKM YIPOXKAKOLLMX XXN3HN COCTOSHUIA U NEeYEHNS]
XPOHNYECKMX TSXENO NPOTEKAILIMX N3HYPSIOLLMX 3a001eBaHNN,
KOTOpble BCTpevatoTes B 5 nnmn meHee cnydasx Ha 10000 yenosex;

- opyrue 6onee adpdekTnBHbIE Mpenapartbl 4S9 ANarHocTu-
KW, NeYeHNs Ui NpoPunakTUkn (Uan MeToapl Ie4YeHns) JaHHO-
ro peakoro 3a6oneBaHns AOMKHbI OTCYTCTBOBaThL. Ecnu yxe nme-
eTcs yTBepXAEeHHbIV opdaHHbI Npenapar, To pa3pabaTbiBaeMblit
npenapar LomkeH ObiTb 60nee apdEKTUBHLIM U 6E30MACHBLIM UK
MMETb ApYyrne NpenMyLlecTsa Nnepes NMeLMmcs npenaparta-
MU, NpeaHa3HaYeHHbIMY 415 IeYEHNST JaHHOIO peakoro 3abone-
BaHWUS;

- NPOV3BOACTBO OpdaHHOro NpenaparTa A5 Ne4eHns peakoro
3a601eBaHNS AOSIKHO ObITb HEPEHTAOENbHbBIM.

Cnenyet OTMETUTb, YTO EBPOMNEenckoe 3aKOHOAATENbCTBO MO-
3BOJIIET B HEKOTOPbIX CUTYaLMSIX pacCMaTpuBaTh Npenaparbl 41
neyeHns peaknx 3abonesaHnii, KOTOpble BCTpeYatoTes 6onee yem
B 5 cnyyasix Ha 10000 HaceneHus.



Ta6nuya 6. OCHOBHbIe HOPMAaTUBHbIE AOKYMEHTbI, peraaMeHTUpYyioLue yTeepxxaeHue v 1nyeH3upoBanme opgaHHbix npenaparos B EMA

JlOKyMeHT

Tpe6oBaHus

Pernament (EC) Ne 141 /2000
o7 16 gekabps 1999 roaa

- Onpegenser 0CHOBHbIE BUAbI U POPMbI CTUMYMPOBAHUS Pa3BUTUA U NPOU3BOACTBA OphaH-

- YcTaHaBNMBAET OCHOBHbIE TPe6OBaHUSA AN OpdaHHbIX Npenaparos

HbIX Npenaparos
- PernameHTupyeT npasa u 0653aHHOCTH
Komuteta no OpcaHHbiM npenapatam (COMP)

MocraHosnenue (EC) N2 847/2000
o1 27 anpensa 2000 roga

- MpeacrasneHbl 0CHOBHblE TPE6OBAHUA A5 MAPKETUHIA OP(haHHBIX Npenaparos

- YTOYHEHbl OCHOBHbIE onpefeneHuns

[okymeHT — Communication 2003 / C 178/ 02, npuHaTbIi EBponeit-
CKOWM KoMmuccuen

KommioHuKe EBponerickoit KOMUCCUN, B KOTOPOM U3/10XKEHbI:
- NpoLeAypa yTBepKAeH!s opthaHHbIX Npenaparos
- NONIOXEHUSA O PLIHOYHOI IKCKAO3UBHOCTU OPdaHHbIX NPEnapaTos

PernamenT (EC) Ne 726 /2004
ot 31 mapra 2004 roga

- OTpaxceHbl BONPOCHI LEHTPann3aLum npoueaypbl yTBepxaeH!s opthaHHbx npenaparos 8 EC

MoctaHosnenue (EC) Ne 507/2006
oT 29 mapTa 2006 roga

- Onucatsl Tp€6OBaHMH ANA NpefocTaB/ieHna YCI0OBHOMO paspelleHna Ha NpoAaxy ieKapcTs,

KoTopble nonaaatot B chepy Pemnamenta (EC) Ne 726/2004 ropa.

MoctaHosnenue (EC) Ne 1901/2006
o1 12 pekabps 2006 roaa

- Perynupyet Bonpockl 3KCKNI03MBHOCTY OpthaHHbIX Npenapatos (eciu paspaboTka npena-
para byneT NpoOBOAUTLCA 4715 IeYEHUs B NeANaTPUYECKON NOMyNsLUM, CPOK IKCKIIO3UBHOCTH

MOXKET 6bITb NpoaseH go 12 ner)

MoctaHonewue (EC) N2 2049/2005
ot 15 nekabps 2005 roga

- Perynupyet npegocrasnexue npedepeHLmit ManbiM NpeanpuUaTUAM — NPOU3BOSUTENAM Op-

aHHbIX NpenapaTos

COMMUNICATION FROM THE COMMISSION: Assessing similarity of
medicinal products (2008/C 4077)

- lpepcTaBneHbl 0OCHOBHbIE NPUHLMMbLI feMOHCTpaumm «similarity of medicinal products» u

pa3bsACHEHWA N0 BONPOCAM 3KCKNI03UBHOCTU OpdaHHbIX NpenapaTos

Review of orphan designation at the time of granting (varying) a
marketing authorization
Document no.: SOP/H/3190

- COM, B KoTOpOIt NOAPOGHO NpoNMCaHa NpoLeaypa ULEH3UPOBaHNs opdaHHoro npenapara

(MW BHeCeHME U3MEHEHWIA)

Orphan medicinal product designation
Document no.: SOP/H/3049

- COMN, B KoTOpO# NOAPOGHO pacnucaHa npoleaypa yTBepxaeHus ophaHHoro npenapara

Checking-in and electronic filing of documentation for orphan
medicinal product designation. SOP/H/3047 25-NOV-11

- CON, B KoTOpO# NOAPO6HO MpoNUCaHa NpoLeAypa NEKTPOHHOI MOAAYN 3aABKM HA YTBEPK-

ZeHne opdhaHHoro npenapara.

Recommendation on elements required to support the medi-
cal plausibility and the assumption of significant benefit for an
orphan designation (EMA/COMP/15893/2009 Final)

- Pekomenpaunmn ans AEeMOHCTpauMn OTCYyTCTBMA METOA0B 1IeYeHUsA peaKoro 3aboneBaHus

(nemoHcTpaumnmn «medical plausibility»)

Procedure for orphan medicinal product designation. Guidance for
sponsors (EMA/710915/2009 Rev. 11 o1 20 cdeBpans 2014 r.)

- PekomeHgaUmMu ansi CNOHCOPOB, B KOTOPbIX MOAPOGHO NPONMCaHbl NPOLEAYPbI NoAayy 3asB-

KU1 1 ee paccmotpenus B EMA

[Onsa npnaHaHmns npenaparta opdaHHbIM CNOHCOP (3asBUTENb),
Ha nobo ctaamm pa3paboTky npenaparta Ao ero JMLEH3NPOBa-
HUSI, MOXET HanpaBuTb 3asBneHne B COMP, B KOTOPOM yka3biBa-
€T NacrnopTHbIE AaHHbIE HA NpenapaT 1 CBEeAEeHUs O NPOn3BOA-
CTBE, ONMcaHne OeNCTBYIOLLEro BELLLECTBA U MOKa3aHus K npume-
HeHuIo npenaparta. Kpome Toro, crnoHcop 06s3aH NpeacTaBUTb
MaTepuvasbl, fokasbiBaloLlme n 060CHOBbIBAIOLLME, YTO NMokasa-
HMEM K MPVYMEHEHMIO Npenapara SBNseTcs peakoe 3abonesaHne
1 YTO He CyLLeCTBYeT APYrux npenapaToB 4S9 ero AMarHOCTUKM,
neyeHns nnn NpodunakTnkn (Mnu [okKasaTenbcTsBa ero nNpenmy-
LecTBa B CPaBHEHUN C 3apPEerncTpvpoBaHHbIMKU NpenapaTamu)
[23-25, 30-32, 34].

Ecnu cBenmeHuin ons NpUHATUS peLLeHns B NPeACTaBNEHHbIX
MaTepuanax HegoctatoyHo, COMP MOXeT 3anpocuTb AOMOSHU-
TenbHY0 MHdopmaumio. Npr NoAroTOBKE 3aKNOYEHUS, €CNN KOH-
CEHCYC He[JOCTUIHYT, pPeLleHne NPUHNMaeTCs Ha OCHOBaHUN MHE-
HUSt 6ONbLUMHCTBA (He MeHee 2/3 OT 0bLLEero KOIMYEeCcTBa YEHOB
COMP).

CpoK paccMOTpeHus 3asiBneHus crioHcopa coctasnseT 90
nHen. Ecnv NpuHATO oTpuuartenbHoe pelleHne, 3asBuTeslb Mo-
XeT B TeveHune 90 aHeln noaatb anennsLuMoHHY0 Xanoby, Ha KOTo-
pyto EMA nonxHo otBeTuTb B TedeHne 30 aHein.

Mpn NpuHATUM NONOXUTENBbHOrO peweHus EMA npenapart
Oy[eT yTBEPXIEH B KayecTBe opdaHHOro Asis IeYeHUs PeaKoro
3aboneBaHns No TOMy NokasaHuio, KOTOPoe ObIN0 yka3aHo B 3a-
ABNEHUN Ha Npu3HaHne opdaHHoro npenaparta. Ana gpyrmux no-
Ka3aHu K NPYMEHEHUIO CNOHCOP A0JIKEH NoAaTh Apyroe 3asB-
NeHne Ha yTBEpPXAEeHMe npenapaTa B kayecTBe opdaHHOro no
«HOBOMY» MnokasaHuio. OpdaHHble npenapaTbl MOryT WUCMOJib-
30BaTbCs AJ15 IeYeHns 1 NPOPUNaKTUKN PeaKoro 3abonesaHus.
Mpn yTBEPXAEHMM OpdaHHOro npenapara fevyeHne n npodu-
nakTuka 6yayT paccMaTpuBaTbCs Kak pasHble NoKa3aHus K npu-
MeHeHuio [32].

Mpouenypa yTBEPXAEHNS 1 NONTYYEHNE NINLLEH3UMN HA NPOAAXY
npoBoauTcst Ha ocHoBaHuK Tpex COIM (2011-2013 roabl), B KO-
TOPbIX NOAPOGHO MPOMNKMCaHbl BCE NPOLEeaypbl, HA4MHas ¢ nogaqn

3asBKW1, 3TO MO3BOJIAET COKPATUTL CPOKWN YTBEPXOEHMSA OpdaH-
HbIX NpenapaToB (Tabn. 6) [30-32].

Aoka3aTtenbcTBO 3P PEKTUBHOCTUN UM «KIIMHUYECKOro
npesBocxoacTBa» opdaHHbIX npenapaTtos B EMA

[nsa yTBepxaeHns npenapara B kayectse opdaHHOro CrnoHCop
065a3aH npoaemoHcTpupoBaTk «medical plausibility» T.e., 06ocHo-
BaTb, 4YTO HE CYLLECTBYET Apyroro apdeKTMBHOrO npenapara unmn
MeToAa, NpusHaHHOro B ctpaHax EC ons neyeHus pepkoro 3a-
6oneBaHus. Ecnu nmeeTcs yTBEpPXAEHHbIN Npenapart nin MeTon,
NIeYeHNs aHHOrO Peakoro 3abonieBaHUsl, CrOHCOP (3asBUTENb)
006513aH NPOLEMOHCTPMPOBATh, YTO paspabaTbiBaeMblli NpenapaT
o6nanaet 60nee BbICOKOM 3PPEKTUBHOCTBIO NN UMEET Apyrie
npeumyLiecTsa («clinical superior» — KIMHUYECKOE MPEBOCXOL-
CTBO) B CPaBHEHUU C YTBEPXAEHHBbIM npenapatom [33].

MpeumylectBoM paspabaTbiBaeMoro opdaHHoOro npenapara
(«clinical superior») MmoxeT aBNaTbCSA 605ee Bbicokast apPeKTmB-
HOCTb UM 6e30MaCHOCTb, NyHLWi NPOodUIb GapMaKOKUHETUKM,
MeHee TpaBMaTWYHbI/ NyTb BBEAEHUS, LLAAALLAA CXEMA NIeYEHNS
n ap. YTBEepXxaeHue, 4To pa3paboTaHHbIi npenapaT MMeeT Apy-
rov MexaHu3M OeNCTBUS, B OT/INYME OT YTBEPXAEHHOr0 opdaH-
HOro Npenaparta, He IBASeTCA OCHOBAHWEM A5 NPUSHAHUS «KJN-
HNYECKOro NPEBOCXOACTBA» AAHHOrO Npenaparta. AHaNorn4Ho, He
OyneT cumTaTbCsl 0OOCHOBAHHBIM YTBEPXAEHME O TOM, YTO MNpe-
napat, MOMyY4eHHbI C UCMONb30BAHNEM TEXHOJSIOTUM PEKOMOU-
HaHTHOI [HK, nmeeTt 6onee BbICOKYIO CTEMNEeHb BUPYCHOWN 6e30-
NacHOCTW, B CPaBHEHUM C OpdaHHbIM NpenapaToM, NOyYeHHbIM
13 nNna3mbl KPOBU. ITO 0OYCNOBNEHO TEM, YTO B MNOCNIEAHEE BpE-
Ms1 He BblI0 3aperncTpMpoBaHO ClyYaeB nepenayv BUPYCHOM NH-
dekunn Yyepes npenapaTtbl, NOJy4eHHble 13 Nna3mbl Kposu. Ons
LEeMOHCTpauumn «kKJIMHNYECKOro NPeBOCXOACTBa» B JAHHOM CIly-
Yyae, BO3MOXHO, 6bonee ybeautensHol 6yaet nHdopmaums 06 aH-
TUIEHHbIX CBOMNCTBaxX PeKOMOMHAHTHOro npenapara.

Joka3aTenb,CTBO KJMHMYECKOrO MNPEBOCXOACTBA OasvpyeT-
CSl Ha CPaBHUTENbHbIX AOKINHUYECKUX U KITMHUYECKUX UCCNeno-

11



BH(L}DEHAPATI)I

12

BaHUAX. JOKNNHMYECKME NCCNeoBaHns BKIIOYAOT CPaBHUTENb-
HYIO OLLEHKY nokasartenen dapmMakoanHaAMUKN, NOSTYYEHHbIX B UC-
cnepgoBaHusx in vitro v in vivo, ANns 4ero xenartenbHO UCNONb30-
BaTb PENEBAHTHYIO 3KCMEPUMEHTANIbHYIO MOAENb naTonormye-
CKOro npovecca.

Mpenapat He 06a3aTenbHO A0/MKEH ObiTb 3hdEKTUBHLIM A1
nievyeHnst Bcex 60JbHbIX C onpeaeneHHbIM 3aboneBaHnemM, OH Mo-
XeT ObITb 3PPEKTUBHLIM A1 ONPeAeNeHHOM NoaArpynmbl NauneH-
ToB. Hanpumep, npenapat 6yaneTt ap@ekTUBHbIM A5 IeYeHns Me-
TacTaTMYecKkoro paka B noarpynne 60bHbIX, KOTOPbIE HEe OTBeYa-
10T Ha TPaAMUMOHHOE NeyeHne. [ng gokasarenbCTsa 3TOro CroH-
cop (3aaBUTENb) A0KEH NPeaCcTaBUTb MaTepuanbl 4OKINHNYECKO-
ro n3y4yeHuns dapmMakognHaMukm n (Mnm) pesynbsratbl KIMHUYECKO-
ro U3y4eHuns npenapara.

TpeGoBaHuA ANg NoJy4YeHUs JINLLEH3MU Ha NPoAaXxy n
3KCKJII03UBHOE nNpaBo opdaHHoro npenaparta 8 EMA

YTBEpXaeHe npenaparta B kadyectBe opdaHHOro ans neye-
Hust pegkoro 3abonesaHns B COMP EMA elle He o3HayaeT, 4To
CMOHCOP (3asBUTENb) UMEET NMPaBo Ha NPOAAXY AAHHOrO nNpena-
pata B kKayecTBe opdaHHOro 1 nMeet npedepeHLnn Npon3Boa-
CTBa JaHHOro npenapaTta (nepnog SKCKM03MBHOCTU OPGhaHHOro
npenapata n ap.). lNpaeo Ha npogaxy 1 GUHaHCOBbIE NpUBUIIE-
rv ons Npon3BoACTBa opdaHHOro npenapara crnoHcop obpeTa-
€T Npu NosyYeHNM IMLLEH3UN Ha NPoaaxy opdaHHOro npenapa-
Ta. JlnueHsunsa Ha npogaxy opdaHHOro npenapara obecneynsaeT
cnoHcopy 10-neTHUIM Nepuoa, SKCKII3MBHOM Npoaaxu npenapa-
Ta. MNpu aToM cnoHcop 06a3aH NpPeacTaBUTb MaTepuasbl, Kacato-
Lmecs peHTabenbHOCTU pa3paboTky 1 NPON3BOACTBA OPPaHHO-
ro npenapara:

- AaHHble 060 BCex pacxonax, KoTopble Oblnn caenaHbl CroH-
COpOM (3asiBUTENEM) Npu pa3paboTke opdaHHOro npenapaTta;

- noagpobHyto MHpopmauuio 060 BCeX rpaHTax, HanoroBbIX
NbroTax u Opyrvx NPUBAEYEHHbIX CPELACTBAax, MOTPAYEeHHbIX Ha
pa3paboTky npenapara;

- pacyeTbl CPEACTB, KOTOPblE HEOOXOAMMBI AJ1 NPOBEAEHUS
nccnefoBaHnia, ecnu npenapar niaHMpyeTcs yTBEPXXAaTh B kaye-
CcTBE 0PdaHHOro Mo APYromy rnokasaHuio;

- pacyeT 1 060CHOBaHME BCEX CPeAcTB, KOTOpble Obliv Mo-
TpayeHbl Ha pa3paboTky 1 NPOM3BOACTBO NpenapaTta u KoTopble
CMOHCOP eLLe NoHeceT B npotecce 10-neTHero nepmoaa akckIo-
3MBHOCTWN OpdaHHOro npenapara;

- pacyeTbl 1 060CHOBaHME BCEX J,OXO0B, KOTOPbIE MOXET MO-
Jly4nTb CMOHCOP B TeyeHue nepsbix 10 NeT nocne nonyy4eHns nu-
LLeH3U1W.

Ecnv cnoHcop nonyymn nuueH3uio Ha opdaHHbIA npenapart
no OJHOMY NMOKa3aHWo K NMPUMEHEHUIO U Nofan 3asiBNeHne ans
YTBEPXAEHUS B KayecTBe OpdaHHOro no ApyroMy nokasaHuio
3TOro Xe npenapara, To npenapart MOXeT OblTb YTBEPX/EH B Ka-
yecTtBe opdaHHOro 1 No BTOPOMY MOKa3aHUIO, HO 3KCKIIIO3UBHOE
npaBo AaHHOro npenaparta OyaeT pacnpoCTPaHSATLCS TOJbKO Ha
nepBoe nokasaHue. B 1o e Bpems oouH CNOHCOP MMEET npa-
BO MOJYYUTb JINLLEH3UIO U SKCKJIIO3MBHOE MPaBO Ha BTOPOM Op-
daHHbI npenapart. BodamMoxHa cuTyaums, npy KOTOpor npenapar
paHee 3aperncTpmpoBaH kak OOblYHbIA (HE OpdaHHbI), oaoHa-
KO CMOHCOP UMEET NPaBO MONY4UTb JIMLEH3NIO N SKCKITKO3VBHbIE
npasa Ans 3TOro npenapara kak opdaHHOro No COOTBETCTBYIO-
LLLeMY NMOKa3aHWIo 151 MTPUMEHEHUS.

B cTtpaHax EC akckmo3MBHbIE MpaBa PacrnpOCTPaHSIOTCS He
TONbKO Ha opdaHHble Npenaparbl, HO eLLe MMEETCS SKCKIIO3UB-
HOCTb OPUIrMHANBHOr O NpenapaTa, 3KCKI3MBHOCTb KIIMHUYECKO-
ro NPUMEHEHUS N 3KCKII03UBHOCTb Npenapara, NPUMEHSEMOro B

neguaTpuyeckon npaxktuke. Ecnv opdanHbln npenapat npeaHa-
3HAYeH 7151 NIeveHns AeTel 1 NpeacTaB/eHbl MaTepuanbl ero Kim-
Hn4eckon addEeKTUBHOCTN B AETCKON NONynsumm, TO CPOK 3KC-
KJIIO3MBHOCTM Takoro npenapara ysennynsaetcs no 12 net [27].
Cpenu Bcex opdaHHbIx npenapatos B cTpaHax EC okono 11% un3
HUX NpeaHa3HayeHbl A8 neveHns aetei. B To xe Bpemsi, npena-
patbl, NpeaHa3Ha4YeHHbIe 415 Ie4eHns peakux 3aboneBaHunin (Ha-
npumep, npenaparbl U3 nnasmbl KPOBU), MONYHUIUN IKCKTO3UB-
HOe MpaBo He kak opdaHHble, a Ha OCHOBaHUM Apyrux Tpebosa-
HWIA SKCKJTIIO3UBHOCTH.

HopmaTuBHble TpeboBaHUS 0N rocygapCTBEHHOrO CTUMY-
NMPOBaHNS pa3paboTkn U NPOM3BOACTBA OpdaHHbIX npenapa-
TOB ObINM NEPECMOTPEHbLI 1 AonosiHeHbl MapnameHTom EC B 2009
rogy. YtBepxaeHune opdaHHoro npenapata EMA paeT akcknio-
31MBHOE NMPaBo NPOV3BOAMTENIO HA NPOAAXy AAaHHOrO Npenaparta
B TeyeHne 10 net. OgHaKO OaHHbIA Nepuog, MOXeT OblTb YMEHb-
LWeH 0o 6 NeT B TOM Cly4yae, eCin Mo UCTEYEHMIO NATUNIETHErO
CpOKa 3KCKJIIO3MBHOCTW OyAeT YCTaHOBJIEHO, YTO Npoaaxa op-
daHHOro npenapara NPUMHOCUT NPUOLITb NMPON3BOAUTENIO UK,
€C1 Npenapar ye He COOTBETCTBYET KpUTEPUSIM, NpeabsiBnse-
MbIM K OpdaHHbIM Npenapartam.

OKCKJIIO3MBHOE MpaBo MpoAaxu opdaHHOro npenapara ans
O[LHOrO M3 CMOHCOPOB (3asBUTENE) MOXET OblTb HapPYLLUEHO B
cnenyloLmx cny4vasx:

- Aepxarenb NMueH3uu (oepxaTefb 3KCK/03MBHOMO npasa)
[an paspeLleHre Ha Npoaaxy npenapara ApyromMy npou3Boau-
Teno;

- Aepartenb IMLEH3UN (Oep>KaTesb 3KCKII03VMBHOMO npasa) He
MOXET B MOSIHOM 06bemMe 06ecneynTb NOTPEBHOCTb B OpPaHHOM
npenapare;

- Apyron 3asButesnb (CNOHCOP) NpeacTaBun 40oKa3aTeNbCTBO
«KJIMHMYecKoro npesocxoacTBa» («clinical superior») paspabo-
TaHHOro UM npenapara.

JaHHble TpeboBaHUS [0MyCcKaloT, YTO NUUEH3US HA opdaH-
HbI NpenapaTt Ans NPUMEHEHUS NO OHOMY U TOMY e nokasa-
HUIO MOXET BbITb BblJaHa HECKONbKIM CroHcopam. [Mpu aTom ans
NONTyYEHUS IMLEH3MM HA «HOBbIN» OpdaHHbIA NpenapaTt CroHCopP
006s13aH NPOAEMOHCTPUPOBATb, 4TO ero «second product» nme-
€T CX0ACTBO (Nopobue) ¢ yTBepXaeHHbIM npenapaTomMm, a npena-
pat «second product» B gaHHOW cuTyaummn HasbiBaeTcs «Similar
medicinal product» («nogobHbIN MEOUUMHCKNIA NpenapaT»), ero
cnepyet otnmyaThk oT «Biology Similar medicinal product» (6uono-
rmyeckoro noaobHoro npenapata — «biosimilars»).

K «Similar medicinal product» 0THOCUTCS «HOBBIN» OP@aHHbIN
npenapar, AeACTBYIOLLEE BELLECTBO KOTOPOro sIBASIETCS NOA00-
HbIM (CXOOHbIM) OENCTBYIOLLEMY BELLECTBY YTBEPXAEHHOIO Op-
daHHoro npenaparta («Similar active substance»), n KOTOpbIit
npegHa3HavyeH s NpYMEHEHUS MO TOMY X€e MOoKa3aHuo, 4To U
YTBEPXAEHHbIN OpdaHHbIM Npenapar.

Mpwn atom «Similar active substance» («nopobHoe AeCTBYIO-
llee BELLECTBO») SBNSAETCSH WUAEHTUYHBIM YTBEPXAEHHOMY Mpe-
napaty Unu OencTBylOLLEE BELLECTBO, KOTOPOE UMeeT nogobue
(Cx0QcCTBO) HA MONEKYSIAPHOM YPOBHE (NPW 3TOM AOMyCKaloT-
CSl HEKOTOPbIE Pa3NNYKMs) N TakoW Xe MexaHn3M OENCTBUIS, Kak 1
YTBEPXAEHHbIN Npenapar. [MoHsaTue «4encTByloLLee BELLLECTBO», B
KOHTEKCTE yKa3aHHbIX HOPMATMBHbIX TPEOOBaHWN, 03HAYAET, H4TO
[aHHOe BellecTBo ob6nagaeTt GpuU3nonormieckoi nnm dapmakono-
rMYECKOM aKTUBHOCTbIO.

OemoHcTpauusa nogobust (cxoacTBa) npenaparta  «Similar
medicinal product> npPoBOOUTCA NPW €ro COrMoCTaBAEHUN C
YTBEPXAEHHBIM OpdaHHbIM NPenapaToM v BKIIKOYAET CPaBHUTENb-
HYIO OLLEHKY:

- GU3NKO-XNMUNYECKMX CBOMCTB AENCTBYIOLLNX BELLECTB;



- BONOrNYEeCKNX CBOMCTB (cneumduryeckas akTMBHOCTb, dap-
MaKkOKMHeTMYeckme n papmakognHaMmmyeckmne CBOMCTBA);

- cnocoba NPUMEHEHMS 1 NOKa3aHWU K MPUMEHEHMUIO.

[ns nokasatenbcTBa Noaodus (cxoacTea) npenapata «second
product» 1 yTBEPXAEHHOrO npenapaTta O4eHb BaXHbIM SBMASIETCS
npoBefeHne 060CHOBaHHbIX CPaBHUTESBbHbIX papMakoarHaMmmnye-
CKMX UCcnenoBaHuii, Tak Kak ABa AeNCTBYIOLMX BELLECTBA, 4151 KO-
TOPbIX MMEETCS OOMH N TOT Xe PeLenTop-MULLEHb, MOTYT Bbl3bl-
BaTb pasnuyHble addeKTbl B 3aBUCUMOCTN OT COCTOSIHUSI aKTUB-
HOCTW peLenTopa, ero PacrofioXXeHUs, «OTKPbITOCTU», T.e. OCTYN-
HOCTW O/19 B3aUMOLENCTBUS C COOTBETCTBYIOLLMM NNFraHOOM U T.4.
CnepyeT yunTbiBaTb, 4TO AEMCTBYIOLLLEE BELLLECTBO MOXET B3aNMO-
[EeNCTBOBATb C HECKOMBbKMMW PELENTOpaMU-MULLEHSIMA, B CBSA3U
C 3TMM HeobX0AMMO ONpPeaeNvTb OCHOBHOW dapmakoauHammye-
cknin 9ddEKT, Ha OCHOBaHMM KOTOPOro YCTAHOBIEHO NOKa3aHune K
npuvMeHeHuio npenapara [28].

Hanpumep, aKkTMBHOCTb B3aMMOLENCTBUSA aTeHosona u npo-
npaHosnona c peuentopamu 1 1 2 pasnuyHa, 04HAKO OHU UMEIOT
O[IH MEXaHV3M OeNCTBUS MPU NIEYEHUN TUNEePTOHUKN. B apyrom
ciny4ae, KapBeaunon n MeTonposiosn UMEK CXOOHYIO aKTUBHOCTb
B OTHOLLEHUN B-peuentopa, 0OHAKO MX MEXaHU3M OeNCTBUSA nNpu
neyeHn cepaeyHon HefoCTaTOYHOCTM pasfnmnyaeTcs, Tak Kak
KapBeaunon eLle 1 61oKMpyeT a-peLenTopsbl.

Ocob6as dpopma nuueH3npoBaHus
opdaHHbIX npenapaToB B EMA

Kak ykaszaHo Bbiwe, B EMA yTBepxaeHve 1 nvueH3npoBaHue
opdaHHbIX NpenapaToB NPOBOANUTCS B 3HAYNTENILHO H0ee KOpPoT-
Kne Cpoku, 4em 0bbl4HbIX NpenapaTtos. Kpome Toro, CnoHcop Mo-
XET NOJIYyYNTb JINLLEH3MIO HA NPoAaKy opdaHHOro npenapara B KO-
POTKME CPOKM Ha OCHOBaHWUWN 0COOLIX TpeboBaHUiA, KOTOpble pa3-
paboTaHHbIX 451 cTpaH EC ¢ uenbio nuLeH3npoBaHns opdaHHbIX
npenaparoB 1 NpenapaToB, MPUMEHSIEMbIX B YPE3BbIHAMHbIX CUTY-
aumsx (Regulation (EC) No 726/2004 of the European Parliament
of 31 March 2004; Commission Regulation (EC) No 507/2006 of 29
March 2006). JaHHble JOKYMEHTbI NpefHa3HayYeHbl AN1s Tex ciy-
YyaeB, Korga OTCYTCTBYIOT MpenapaThl U METOAb! JIEYEHUS TSXKENO-

0 (YyrpoxatoLLero Xm3Hu) 3aboneBaHns UK COCTOSHUS, a Takxke
npw OTCYTCTBMM NpenapaToB, NpeAHa3HaYeHHbIX 419 MPUMEHEHUS
B Ype3BblyaliHbIX cUTyaumsx. Mpy AaHHbIX YCIOBUSX OOMYCKaeT-
Cs1 Bblgaya NMMLUEH3UN B KOPOTKME CPOKM U HA OCHOBE MaTepuasos,
NPeLCTaB/IEHHbIX HE B MOJIHOM 0ObEME.

Takas ¢dopmMa NMUEH3MPOBAHUS  MOJy4una  Ha3BaHue
«conditional marketing authorisations» («ycnosHoe paspeLue-
HUe (NMLEeH3Ms) Ha Npoaaxy»). «YCNOBHOE paspeLueHune» Bblaa-
eTcsa cpokoM Ha 1 roa, ogHako npyv 060CHOBAHHOCTN OHO MOXET
ObITb NpoAJSiIeHO Yyepead rog ewe Ha 1 rog n panee. OgHako, He-
CMOTPS Ha TO, 4TO MaTepuasnbl MOryT ObITb MPeACTaB/IEHbI B MEHb-
LemM o6beMe, NpenMyLLECTBA NPU JIEHEHUM YKa3aHHbIM Npenapa-
TOM [OJIXHbI NMPEBbILLIATL PUCK OT ero NpuMeHeHus. B panbHein-
LLIeM CMoHcop (3asBuTesb) 00s3aH NPeACcTaBUTb BCE HEAOCTAlO-
lwme paHHble. MNMocne npeacraBneHns BCeX HEOOXOOUMbIX MaTe-
pu1anoB «yClI0OBHOE paspeLleHmne (JIMLEH3MS) Ha MPOAAXKY» MOXET
ObITb 3aMEHeHO0 Ha 00bIYHYIO NnLEH3KIo [25, 26].

Y1BepxaeHHbie B EC opdaHHbie npenaparbl

B EC B kayecTBe opdaHHbIX 3apernctpuposaHo 6onee 1000
npenapartoB, NMLUEH3UN Ha npodaxy Obiiv BblaaHbl Ha 81 op-
daHHbIA Npenapat, cornacHo oduumanbHOMY PEECTPY Jiekap-
CTBEHHbIX cpeactB EMA. Mo nctevyeHmn cpoka 3KCKO3MBHOCTU
WKW NpU OoKasaTesibCTBE «K/IMHMYECKOro MpeBOCXOACTBa» HO-

>

28888238

o8 s
— -

Koauuwecmso

I' odm
5g 20 1

° 15

B 15 > ) 1

Iy 12 12 i0 11 11

S 10 , g T

5 B 2

<o m MR _ll o m i m

2000 2001 2002 2003 2004 2005 2006 2007 2008 2009 2010*

I'oowsm

Puc. 3. KonuyecTBo opdaHHbIX NpenapaToB, Ha KOTOpbie Obi NoAaHbI
3asBKU A9 NPU3HaHUS UX B KayecTBe opdaHHbIx (A), KONM4ecTBO: Npep.-
CTaBJ/IEHHbIX 3a8BOK (™), NONOXUTENbHbLIX peLleHniA (B), oTpuuaTenb-
HbIX peLlueHuin (), OTO3BaHHbIX 3a8BOK (") U pelwieHuii kKomuccum (®).
KonuuyectBo opdaHHbix npenaparoB, Ha KOTOpble GbiNM noAaHbl 3a-
SIBKM Ha nuueH3upoBaHue (B), konnyectBo: 3asBok (), BoiaaHbl (H) n

oTo3BaHbl () nuueH3um [35].
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Puc. 4. KonunyectBo opdaHHbIX npenapaToB, YTBEPXAEHHbIX HaLMO-

HaJIbHbIMM PEryNaTOPHbIMU OpraHamMu cTpaH uneHos EC.

BOro npenapara ctatyc opgpaHHOro y npexHero npenapara Mo-
XeT ObITb 0TO3BaH. CornacHo otyeTy o aestenbHoct COMP 3a
2010 ropg npouecc yTBepXaeHus 1 0T3biBa opdaHHbIX npenapa-
TOB NPOMCXOAMN O4eHb akTUBHO (puc. 3) [35]. Kpome yTBepxae-
HUs cTaTyca opdaHHOro npenapara, CoHCOP MOXET HanpaBUTb
3aaBKy Ha MosyYyeHne NNLEH3MM Ha Npoaaxy opdaHHOro npena-
para.

B cTpaHax EC cyLecTBYOT 3aKOHOAATENbHbLIE aKThbl, MPUHS-
Tble napnameHToM EC, 1 akTbl, pa3paboTaHHble HaLuyoHaIbHbIMIN
perynaTopHbIMN OpraHamMu cTpaH, KoTopble BxoaaT B EC. MoaTo-
My yTBEPXOEeHMe opdaHHOro npenapata B EMA elle He o3Hava-
€T, 4TO OH aBTOMaTM4eckn OyaeT NpuUaHaH HauMOHaNbHbIMN Me-
OVNUMHCKMMUK areHTcTBamu cTpaH EC. Kaxpaas ctpaHa, Bxoasiuas
B cocTaB EC, nmeeT cBOU HaunoHasbHble HOPMaTVBHbIE TPebo-
BaHWA ON1s yTBEpPXOeHUs opdaHHbIX NpenapaTos, KoTopble 6a3n-
PYIOTCS HA 3KOHOMUWYECKMX, COLMASIbHBIX 1 APYrMX OCOOEHHOCTSAX
cTpaHbl. [T03TOMY KOJIMYECTBO YTBEPXAEHHbLIX OpdaHHbIX Npena-
paToB B CTpaHax-uneHax EC, kak nokaszaHo Ha PUCYHKe 4, 3Hauu-
TebHO pasnMyaeTcs.

Mpo6Gnemsbl, cBA3aHHbIE C pa3paboTKo n
NPOu3BOACTBOM OpdaHHbIX NpenapaToB

Kak yka3aHo BebllLe, BCE CTaamu pa3paboTky, KIMHUYECKME UC-
CnenoBaHva 1 yTBepPXZAeHWe opdaHHbIX npenapaToB SBASIOTCH
CNIOXHbIM NPOLLecCcoM. B nepsyto ovepenb crnenyetr OTMETUTb, HTO
pas3paboTynkm U UCCnenoBaTeny MMEKT O4YeHb Masiblid OMbIT B pas-
paboTke 1 U3y4eHUW NpenapaToB, NpeaHa3Ha4YeHHbIX 419 eYeHUs!
penkux 3abonesaHuin. OaHaKo OCHOBHOM NPOGeEMON SABAISIETCA Ma-
JI0€ KOMMYECTBO GOJNbHBIX, KOTOPbIE MPU 3TOM MOIYT MPOXMBATb B
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Ta6nuya 7. KonnyecTBo 60/1bHbIX NPY MPOBEAEHNU KIINHNYECKNX
unccnenoBaHni HEKOTOPbIX opgaHHbIX npenapaTos [37, 38]

Konuuecteo 6osb-
Mpenapar floKasanKe nnaNpUMeHeHMA HbIX B KNIMHUYECKUX
opchaHHoro npenapara CCNETOE ST
Dalfampridine | VYnyuyweHue noxoaku Npu paccesH- 540
HOM CKnepo3e
Collagenase KoHTpakTypa [liontoutpeHa 378
Velaglucerase BonesHb lowe 25
Alglucosidase | bone3Hb Pompe ¢ no3gHUM Hauanom 90
alfa
Carglumic acid NAGS deficiency 23
Glycopyrrolate | lunepcanuBauus npu HEpPBHbIX pac- 38
CTpOWCTBAx y Aeteit
Pegloticase XpoHuyeckas nogarpa — hopma no-
Jarpbl B3pOC/bIX, KOTOpas pe3u- 216
CTEHTHA K TPaAMLMOHHON Tepanuu

pasHbIx pervoHax. Eue 6onee ocTpo cTout BONpoc o Habope naum-
€HTOB 151 MPOBEAEHUS KIMHUYECKMX NCCNEAOBAHNIA, €CNN BHOCUT-
CS UBMEHEHME B NMPON3BOACTBEHHBIA NPOLECC Noy4yeHus opdaH-
HOro Npenapara 1 Ans Aokas3aTefibCTBa CONoCTaBMMOCTY nNpenapa-
TOB TpebyeTcs NpoBefeHVEe KIMHUYECKMX NCCneaoBaHuii. MNpobne-
Mbl, BO3HMKAIOLLME B JAHHOM Clly4ae, CBSi3aHbl C TEM, YTO 4J18 MPo-
BEeOEHNS KNMHUYECKMX UCCNEeN0BaHNIA MOryT noTpeboBaTtbes 60s1b-
Hble, KOTOPble paHee He NoJyvanun nedYeHne.

lMpn nNpoBefeHUU KIAMHWUYECKUX WCCNefoBaHUA OOHOW U3
OCHOBHbIX NP061eM IBNSETCS BONPOC 06 3TUYHOCTM MCMNOJIb30Ba-
HUs nnauebo B Ka4eCTBE KOHTPOJILHOrO npenapara. Kpome toro,
OTCYTCTBUE OMbITa HE BCeraa no3eosseT 060CHOBaTb BbIGOP Kpu-
TEpUEeB ON1s OLEHKN 3PPeKTUBHOCTU (BbIGOP BLUOMapKeEPOB U
cypporaTtHbix Todek). B yactHocTn, B pabote Mitsumoto J. ¢ co-
aBT. NpOaHanM3npoBaHo 33 KNNHMYecknx nccnenosaHus 19 op-
daHHbIX NpenapaTtoB. B 33% cnyyaeB knvHu4eckue nccnenosa-
Hus 6GbTM NpoBefeHbl 6e3 Npenaparta cpaBHeHUs unu nnauebo,
B 27% cny4aeB UCCNeNoBaHNS HE HOCUIIN XapakTep OBOWHbIX U
cnenbix U B 12% cnyyaes nccnenoBaHus 6biim HepaHLOMU3NPO-
BaHHbIMU [36].

YuunTbiBas nogobHble cnydaun, R. Joppi ¢ coaBT. cTaBsaT nofa, co-
MHEHME Ka4eCTBO MHOIMMX NPOBEAEHHbIX KIIMHNYECKUX NCCNeno-
BaHWN opdaHHbIX NpenapaToB, Tak kak noaobHble uccnenosa-
HWS 4YaCTO HOCHAT NUJIOTHBIN XapakTep, YNCNEHHOCTb UCTbITYEMbIX
6bina meHee 100 yenoBek, a kputepum aPpPeKTUBHOCTA 1 Npena-
paTbl cpaBHeHMs Obln cnabo obocHoBaHbI (Tabn. 7) [37, 38].

B pab6ote de Vrueh R.L.A. 0TMe4eHO, 4TO yXe cama npoLeay-
pa KIMHMYECKUX NCCNeOBaHUI U perncTpaumm opdaHHbIX npe-
napaToB Ha OCHOBE [@HHbIX UCCNEeA0BaHUI HECET B cebe BbICO-
KU PUCK Pas3BUTUS OCIIOKHEHW. Tak KaKk COrfacHO HOpMaTuB-
HblM TpeboBaHUsaM, opdaHHble npenapaTbl NPOXOAAT YCKOPEH-
HbI KYpPC perncrpaumn, KInHN4eckne nccnefoBaHvsa npoBoasaT
Ha HeboNbLUOW rpynne 60sbHbIX, YTO ABNSETCH GaKTOPOM, KOTO-
pbIli CHUXKAET KOHTPOJb 32 6€30MacHOCTLIO NpenapaTos. [aHHble
OTKJIOHEHUSI OT OObIYHON CXEMbI UCCNefoBaHNs 0O0CHOBbLIBAOT-
CSl NOTeHUManbHbIM TepaneBTn4eckuMm 3ddeKkToM OT ObICTPOro
BHEAPEHUS B MPAKTUKy 34paBooXpaHeHns opdaHHOro npenapa-
Ta. OgHako n3yyeHne 6e30nacHOCTY Ha HeBObLLON BEIGOPKE Na-
LLMUEHTOB NPU YCNOBUWN BHEAPEHMSI NpenapaTa B KOPOTKME CPOKU
ABNSETCSA NOTEHUMANbHBIM PUCKOM 6E30MacHOCTM ero AanbHemn-
LIEero KJIMHMYECKOro npuMeHeHus [4].

HekoTopble aBTOPbI CYUTAIOT, YTO YC/IOBUSI SKCKIIO3UBHOCTY Op-
daHHOro npenaparta NPMBOAAT K MOHOMONNU Y CHUXKEHMIO KOHTPO-
N 3a 6€30MacHOCTbIO NPUMEHEHUsT opdaHHbIX npenapaTos. M3-
BECTEH TONbKO OAMH Cciyvain, korga opdaHHbln npenapart (Thelin,
npondsoacTtea dupmbl Pfizer ong neyeHns nero4Hom rmnepteH-
31m) ObiN1 0TO3BAH B CBSA3M C BbICOKUM PUCKOM Pa3BUTUS TSKENbIX
OCJIOXKHEHUN (Pa3BUTME OBYX CMEPTENbHbIX Cly4yaeB nNpu npume-
HeHun npenaparta) [39].

Kpome Toro, Roos J.C. C COaBT. CYATAIOT, YTO SKCKJIIO3UBHbIE
npaea Ha MapkeTUHr opdaHHOro npenapara He TOSIbKO COo34al0T
MOHOMOJIbHbIE YCI0BUS AN NPON3BOAUTENS, HO U NO3BONSIOT EMY
HeoOOCHOBaHHO MOBbILLATL LeHy opdaHHOro npenaparta. B pabo-
Te Kim S. npeactasneHsl npumMepsl, koraa B EC 1 CLLA ueHbl Ha ne-
KapCTBEHHbIE NMpenapaTbl, KOTopble OblN 3aPErNCTPUPOBaHbI Kak
npenaparbl 4is fie4eHnst 06bIMHOro 3ab01eBaHMS, NOCNE X Perv-
cTpaumm B kavyecTBe opdaHHOro npenapara, Obinn CyLecTBEHHO
noBblILLeHbl [41].

OpHako He BCe NoaaepXmBatoT aHHOE YTBEPXAEHNE O MOHO-
NOJSIbHOM MpPenMyLLEeCcTBe Npon3soamTenein opdaHHbIX npenapa-
TOB. B wactHocTin, Tambuyzer E. cuntaert, 4TO €Cnv Ha pblHKE Cy-
LLeCTBYET TOJIbKO OAMH opdaHHbIV Npenapar, TO 3TO BbI3BaHO TEM,
YTO KOHKYPEHTbI AJiI9 KOMMaHuu, KoTopas nepBor paspaboTana
3TOT Npenapar, eLle He NosSIBUANCL Ha PbiHKE. BO3MOXHO Takxe,
YTO PbIHOK CAINLLKOM MaJl, 4TOObI MOSIBUIMCb KOHKYPEHTbI 4151 Nnep-
BOro npounssoautens [42].

B nutepatype aMckytTupyetcs BONpPOC O BKIIIOYEHUWN B rpynny
opdaHHbIX NpenapaToB /IeKapCTBEHHbIX CPEACTB, NMPUMEHSIEMbIX
ON5 neveHns N NPodUNaKTUKN TPOMUYECKNX MHDEKLMIA NV Tak Ha-
3bIBaeMbIX «3a0bITbIX MHPEKLMIA» (NerliMaHno3, nnxopaaka JdeH-
re, LUMCTOMATO3), B TOM YMC/e 1 BaKLMH (Hanpumep, BakumHa ons
NPOMUNAKTUKN BPOXAEHHON KpacHyxu). HeCcMOTps Ha TO, 4TO 9T
3aboneBaHns Pefiko BCTPEYATCS B Pa3BUTbIX CTPaHax, B CTpaHax
TPETLEro MUpa MM MOTYT CTPaaaTb MUINIMOHBI IOAEN, HO NPaBu-
TENbCTBO OTCTasIbIX CTPAH CaMOCTOATENbHO HE CMOXET HanaguTb
BbIMYCK NpenapaToB Ans neYeHns 1 npodunakTmku atmux 3abone-
BaHWI, a XUTENV Pa3BUTbIX CTPAH MOMYT KOHTaKTUMpPOBaTb C HOCK-
TENAMN YKa3aHHON MHMeKunn.

3akniovyeHue

MpencTaBneHHble MaTepuasbl CBUAETENBCTBYIOT O TOM, YTO KO-
JIMYECTBO penkmx 3abonieBaHuii NMOCTOSIHHO yBenuyuBaeTcs. Ha-
ynHas ¢ 1983 roga, Npu rocyaapcTBEHHOM Noaaep>Kke BO MHOIMMX
cTpaHax 6bIM 3anyLLeHbI TPOrpaMmbl U3y4EHUS MEXAHN3MOB pPas-
BUTUSI N TEYEHNS peakux 3aboneBaHnin 1 HavaTta paspaboTka npe-
napartoB NSl AUArHOCTMKW, NIeYEHUST 1 NPODUNAKTUKA PEAKUX 3a-
boneBaHuiA. YumTblBasi, 4TO BCTPEYAEMOCTb peakux 3abonesa-
HUIA HM3Kas, a ux obLLee KOMYECTBO OYEHb BONbLLIOE, MPOU3BOA-
CTBO NpenapartoB AJ1s X ANarHOCTUKN U IeYeHns He Bceraa bynet
peHTabenbHbIM. B cBA3M ¢ 3T1M padpaboTka 1 Npon3BoacTBO Op-
daHHbIX NPenapaToB MOXET OCYLUECTBASTLCS TOSIbKO MPWU rocy-
LApPCTBEHHOW (MW MHOWM) NOAAEPXKE Npom3BoauTenen. B kaxaon
CTpaHe CaMOCTOSITENIbHO MbITAIOTCS PELUMTL AaHHYI0 Npobremy ¢
YY4ETOM 3KOHOMMWYECKUX, COLMAsIbHBIX U OPYrnX BO3MOXHOCTEN
cTpaHbl. Jaxe B cTpaHax EC, npu Hannynm obwwmx gns EC tpebo-
BaHWIA, B KaX0l CTpaHe pa3paboTaHbl HaLMOHAbHbIE NMPOrpam-
Mbl BbISIBIEHWS peKux 3aboneBaHunii, nopsaka yTBepXaeHus op-
daHHbIX NpenapaToB 1 NOAAEPXKM MPON3BOOUTENEN.

OCHOBHbIE BOMPOCHI, MO KOTOPbIM HAaLMOHa/IbHbIE MEAMULIMHCKNE
areHCTBa PasHbIX CTPaH He MPULLIN K ANHOMY MHEHUIO — KpUTEPUN
0011 NPU3HAHUS peaKoro 3aboneBaHNsi, BCTPEYAEMOCTb PeaKoro 3a-
BoneBaHst, NPy KOTOPOW Npenapat MOXET ObITb NPU3HaH B KAYECTBE
opdaHHoro, npoueaypa perncrpaumm opdaHHoro npenapara, eu-
HaHCOBOE CTUMYNMPOBaHVEe Pa3paboTku 1 NMPOM3BOACTBA OPdAHHbIX
npenapaTos 1 ap.

[pn 3TOM aKTUBHOCTb, C KOTOPOW HauMOHANbHbIE MEAULIH-
CKMe areHTCTBa 3aHMMAlOTCS PELUEHNEM [AHHbIX NPOONeM, BHy-
LWaeT ONTUMU3M, YTO Pa3NNYUn MeXAy HOPMAaTUBHbIMU Tpe-
O0BaHUSIMWN pPadHbIX CTPaH, HA OCHOBAHUW KOTOPbIX MPOBOAUT-
Csl yTBEPXAEHNE opdaHHbIX NpenapaToB, OyAeT BCE MEHbLUE U
MEHbILLIE.
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06 aBTOpPax

depnepanbHoe rocyaapcTBeHHOE BI04XETHOE yupexaeHne «<HayyHbIi LeHTp
9KCMNEepPTM3bl CPEeACTB MEANLIMHCKOrO NpUMEHeHNs» MuHMcTepcTea 34paBooX-
paHeHus Poccuiickon depepaummn. Poccuiickas ®epepaums, 127051, Mocksa,
MeTposckuit Gynbeap, 8.

Conparos Anekcanap Anekceesud. MMaBHbI aKCnepT YnpasieHns akcnep-
TU3bl aNNEPreHoB, LMTOKMHOB U APYrMX UMMYHOMOAYNSTOpoB LieHTpa akcnep-
Tn3bl U KOHTponsa MWBI, a-p men. Hayk.

Asneesa XaHHa VinbaaposHa. MaBHbLIN aKcnepT YnpasBieHns aKcnepTuasbl
annepreHoB, LMTOKUHOB 1 APYrMX UMMYHOMOZYNSTOPOB LieHTpa akcnepTuabl 1
koHTpona MUBI, a-p men. Hayk, npodeccop.

AnnaroBa Hatasnbsi AnekcaHapoBHa. [naBHbIi akcnepT nabopaTopumn MMy -
Honorumn McneitatenbHOro LeHTpa akcneptusbl kavectsa MUBII, kana. 6uon.
Hayk.

MenyHuubiH Hukonavi Bacunbesuy. PykoBOAWTENb HAY4YHOIO HanpaBieHns,
O-p MeA. Hayk, npodeccop, akagemuk PAH.

JlbicukoBa CsetnaHa JleoHygoBHa. dkcnepT 1 kateropun nadopatopum
VIMMYHONIOrMN MICMbITaTENbHOrO LIeHTpa akcnepTusbl kadectsa MUBI, kaHg,.
Mef,. Hayk.

Appec pna nepenucku: CongatoB AnekcaHap Anekceesud; Soldatov@
expmed.ru

Moctynuna 23.12.2014 1.
MpuHata 18.08.2015 .




