Penkmne 6one3Hu BHe
nepevyHen n CNUCKOB

3axapoea E. 0.



Penkue 60n1e3HM

M3BeCTHO pas3/IMYHBIX He uMerT U3BECTHOTO
peaKUX 3ab00eBaHUM [IATOTeHETUYECKOr0
oxoJ10 8 000 JledeHud
95%
E>xerogHo
OIMMIUCBIBAIOT HOBBIX ABJAOTCS reHeTUYEeCKHU
3260I€BaHUM 00YCJIOBJIEHHBIMHU

250 80%



Ha nanHep B3H nonanu ganeko He Bce peakue

6onesHu:
* [emodpunna
* bonesHb lowe IL1aByumit MuLIHAPT;:
* MMnodun3apHbIA HAHU3M cambli 60IbIION B MUpe
« MAC LILVI KPYU3HbDII JaitHeD
* Pegkne popmbl aHeMmU
* AI'YC

* Pegkne popmbl HapyLLEHUN
CBEpPTbIBAEMOCTUN KPOBU

* PeBMaTonAaHbIN apTpPUT




Ha nopake 24 (17) octanuce:

* [THI * AHTMOHEBPOTHUYE
* Opranunueckne ~ CRUMOTEK
auuaypuun * JIAT
* [omoumnctuHypma* hamonatnyeckan
« DKY TpombounToneH
nyeckaa nypnypa
* TuposnHemmna nnp

* bonesHb Pabpu | HapyweHus

* bonesHb HIC OKMCNeHnA
e 5o/1e3Hb KUPHbIX KUCIOT
BunbcoHa- * HecoBepLUeHHbIN

KoHOBanoBa ocTeoreHes



OcTtanbHble — Ha naoTy 890 [NocTaHOBNEHUA

* bone3Hb NMomne
* CMA

* HapyuweHua umkna
MOYEBUHbI

* AyTOoBOCNa/sIUTENbHbIE
CUHAOPOMbI

* Odedununt ansocomHom
KMCNOW nnnasbl

* TnnodocdaTasms
* LnctnHos

* HelMpOHaNbHbIN
LeponaHbin AMnodyCcumMHO3




nn Ha cnacaTtenbHbIX LWAKOMKaX
6narotBopuUTENBHOCTU (OT PapMKOMNAHUN U
$doHO0B)
* CMA
* [lomne

* lMnodocdaTasua

* [MNnepammoHmnemma

* HapyweHuAa cnHTesa
eNYHbIX KNCcNoT

e Nepnunt GUOTUHNAA3DI



Kakue 60/1€3HM OKa3aincb «BHE NepeyHemn»

Y KoTOpbiX HeT cobctBeHHoro kKoaa no MKB-10 (Hanpumep
NMMMYHOAEePNLUTBI —KOAbI ANA LLENOW FPYyNnbl COCTOAHUN)

» [1nA KOTOPbIX NpenapaTbl 3aperncTPUpPoBaHbl, HO OHM He Nonanu B
nepeyHn, TaK KaK NepeyHn [aBHO He nepecmaTpuBaInCh
(Hanpumep 60ne3Hb Momne)

* [ina KoTopbix Nnpenapatbl B PO He 3apernctpupoBaHbl (Hanpumep
HEeMPOHa/IbHbIN LEPOUAHbIN ANNOPYCLUHO3)

e lnA KOTOpbIX JeweBble npenapatbl U B HUX HUKTO He
3aMHTEepPecoBaH MAM CAULLIKOM [0POTrMe U UX C/IOXKHO KynuTb
(Hanpumep CMA, aepnunt GUOTMHNAA3bI)



MKB-10

* MexayHapoaHaa cTaTucTuyeckaa Knaccmdoukauma bonesHen wu
npobnem, cBA3aHHbIX CO 3,0POBbEM — [OKYMEHT, UCMO/1b3YyEMbIN
Kak Beayllas CcTaTUCTMYecKasa U KhaccMdUKauMOHHAA OCHOBa B
3/1paBOOXPaHEHUN.

* llenbto MKbB - co3gaHune cuctembl 4na  perncrpaunm, aHanamsa,
MHTepnpeTaumm wn CpPaBHEHMA AaHHbIX O CMEepPTHOCTU U
3a601€BaemMoCTH, NOJIYYEHHbIX B Pa3HbIX CTPaHax MAN PErMOHaX U
B pa3HOe Bpems.

* B HacToAWEee Bpema aenctesyeT MexxayHapoaHaa Knaccmbukauma
6onesHen lecatoro nepecmotpa (MKB-10, ICD-10).



[Mpobnema Koaa

* 1na MmHOrux peakmnx bonesHen HeT cobctBeHHOro koga no MKB-10!
* C 2012 roga aKkcnepTbl BO3 BeayT paboTy no nepecmoTpy KnaccudukaTopa.

[Ona Ka)kgon Hososormyeckor ¢opmbl  6yayT  yKasaHbl  3TMOJIOTUS,
CUMNTOMbI, ANArTHOCTUYECKMNE KPUTEPUU, BIMAAHME HA MOBCEAHEBHYIO U3Hb
N bepeMeHHOCTb, a TaKXKe MPUHUMMbI NeyeHnsa. Hayano mMcnosnb3oBaHUA

MKB-11 B npaKTuke nnaHupyetca Ha 2021 roa.

* 3a pybexom, noka He npuHATa MKB-11 pgna opdaHHbix 6GonesHen
MCNoNb3yeTcs KnaccnduKkauma, nNpeanorKeHHas Orphanet
(http://www.orpha.net)

* HeT KOga — HeT WaHCOB NonacTb B NepeyveHb 24 peagkmx bonesHen!

* Myt peweHna: co3pgaBatb He nepeyHUn 6OonesHen, a nepevHu
NIeKApPCTBEHHbIX NpPenapaTtos U NPOAYKTOB neyebHOro nutaHua, Kotopble
ONJ1IAYMBAIOTCA 3a CYET CPeACTB rocyaapcrea



http://www.orpha.net/

[Mpobnema Kputepues

* [lepeyeHb bonesHen, nonaswmx B B3H n «24 pegknx»
dopmumpyetcs 6e3 WMPOKOro obLLLEeCTBEHHOIO U SKCMEPTHOro
obcyKaeHuns

* Kputepumes no opMmnpoBaHUIO NepeyHa 3aboneBaHnim He
CO034aHo

* [Ipeg1oXeHnA No co3aaHunio Kputepumes 3ByYaT ¢ 2012 roaa



Mpumep : JIAT n XTI/ B YUem oTAn4mne?

KpuTepun REN

1. PacnpocTtpaHéHHOCTb He 6onee 10 cnyyaes

3ab6oneBaHuA Ha 100 Tbic. HaceneHmA [a Ha
2. 3aboneBaHue BXOAUT B K LUUPOKUIA» NepeyeHb

peakunx 6onesHei, ony6MKoBaHHbIX Ha cante M3 [a [a
PO

3. 3aboneBaHue B OTCYTCTBUM /1IeHEHUA NPUBOAUT K

COKpaLLEHUIO NPOAONKUTENbHOCTU XXU3HU UU [a [a
MHBanAMpusayuum 60abHOro

4. Anroputmbl Tepanmu NponucaHbl B POCCUUCKUX U

3apy6eXKHbIX KIMHUYECKUX PEeKOMEHAALUNAX Aa Aa

5. Hannume nekapcTBeHHbIX NpenapaTos,

3aperncTpmpoBaHHbIX Ha Tepputopun PP [a [a

6. BKAtoueHMe nNeKapCcTBEeHHbIX NPenapaTos B

nepeyeHb XXH/M [a Oa
JNlekapcTBeHHOe obecneyeHne NaLMEHTOB Bxogut B HE BxoguT B
«[MepeyveHb 17» «[MepeyveHb 17»



Выступающий
Заметки для презентации
иЛАГ и ХТЭЛГ уникальные патологии. Обе формы (иЛАГ и ХТЭЛГ) являются орфанными и входят в «широкий перечень» редких заболеваний на сайте МЗ РФ. 
Без лечения ведут к инвалидизации и сокращению продолжительности жизни пациента. 
Самое важное, что на сегодняшний день существуют алгоритмы лечения данных заболеваний, что есть далеко  не для всех редких болезней. Все эти алгоритмы представлены как в российских, так и зарубежных клинических рекомендациях. 
Кроме того существует патогенетическая терапия. Препараты зарегистрированы на территории РФ, с 2019 года почти все они будут включены в перечень ЖНВЛП
Однако по-прежнему ХТЭЛГ остается в более сложной ситуации с точки зрения лекарственного обеспечения, т.к. не входит в «Перечень 17» 
Очень важно утвердить и законодательно закрепить критерии для включения того или иного заболевания в перечень орфанных, чтобы лек.обеспечение не зависело от наличия или отсутствия инвалидности у пациента  


Mpumep : 6onesHb NMomne n 6onesHb Pabpu B yem
oTAn4mne?

Kputepum

1. PacnpocTtpaHéHHOCTb He 6onee 10 cnyyaes

3ab6oneBaHuA Ha 100 Tbic. HaceneHmA [a [a
2. 3aboneBaHue BXOAUT B K LUUPOKUIA» NepeyeHb

peakunx 6onesHei, ony61IMKoBaHHbIX Ha cate M3 [a [a
PO

3. 3aboneBaHue B OTCYTCTBUM Ie4EHUA NPUBOZMUT K

COKpaLLEHUIO NPOAONKUTENbHOCTU XXU3HU UN [a [a
MHBanAMpusayuum 60abHOro

4. Anroputmbl Tepanmuu NponucaHbl B POCCUUCKUX U

3apy6eXKHbIX KIMHUUYECKUX PEeKOMEHAALUNAX Aa Aa

5. Hannume nekapcTBeHHbIX NpenapaTos,

3aperncTpmpoBaHHbIX Ha Tepputopun PP [a [a

6. BKAtoueHuMe nNeKapCcTBEeHHbIX NPenapaTos B

nepeyeHb XXH/M [a [a
JNlekapcTBeHHOe obecneyeHne NaLMEHTOB Bxogut B HE BxoguT B
«[MepeyveHb 17» «[MepeyveHb 17»




[Mpobnema Kputepues

Myt peweHna: cospaHMe MNOHATHLIX U
NPO3payYHbIX KpuTepues nonagaHus B
nporpammy B3H u «24 (17) peaKknx»



Pernctpauma npenapaTa

* [ocne TOoro Kak B xoae nccnenoBaHuii noarsepxaeHa 3PpdeKTUBHOCTb U
6e3onacHoCTb HOBOro npenapaTta, ¢opmupyeTcs perncTpauuoHHoe
AOCbe npenapaTta, B KOTOPOM OMUCLIBAIOTCA Pe3y/ibTaTbl AOKAUHUYECKNX
N KAMHUYECKNX UCCNAea0oBaHUM npenapara.

* PernctpayMoHHoe [OCbe HanpaBaAlT B YNOAHOMOYEHHbIN opraH
3/1paBOOXPaHEHUA, OCYLLECTBNAAIOLWMN PerMcTpaLmio HOBbIX NpenapaTos.

* B CLLUA 3TO YnpaBneHUM MO KOHTPOJIKO KayecTBa MMLLEBbLIX MPOAYKTOB
N nekapctBeHHbIx Nnpenapatos CLUA - (Food and Drug Administration ; FDA),

* B ctpaHax EBponbl - EBponenckoe areHTCTBO J1IEKAPCTBEHHbIX CPeacTs
(European Medicines Agency; EMEA/EMA).

* B PO -MuHuctepctso 3apaBooxpaHeHnsa PO, a npon3BoacCTBEHHbIE NAOWAAKN
npoBepAlT NnpeacTasmTenin MmHnpomTopra.



[Mpobnema perucrpaumm

* Pernctpaumsa npenapata B PP He rapaHTMpyeT ero AoCTYNHOCTb
(npumep — CMA, MINC IVA)

e OueHKa nsowanoK (npoxoAuT MeasNeHHO, He BCe COrNacCHbI
y4acTBOBaTb €C/IN MPOU3BOACTBO MasieHbKOE WM Ha HECKOJbKUX
naowagKax)

Myt peweHna: OagHOBpPEMEHHO C perucTpauueii peweHue Bonpoca
0 NyTAX AOCTYNa K npenapary



Mpobnema He3aperncTpupBaHHbIX NpenapaTos

1. He3apeructpmpoBaHHble BO BCeX CTPaHax (HaxoaATcAa Ha
OlHOM M3 CTaANN KNNHUYECKUX UCMbITAaHUM)

2. He3apeructpmpoBaHHble B PO (npownun Bce ctagnm
KIMHUYECKUX UCMbITAHUM N PETNCTPALUIO B APYTUX CTPAHAX,
opobpenbl FDA, EMA, ana peakmux 6onesHen npenapaty
NPUCBOEH CTaTyC OPPaHHbIX)



[Mporpammbl paclMPEeHHOro AO0CTYNa K JIEKapCTBaMm,
Haxo4ALMMCA Ha 3Tane KAMHUYECKOW pa3paboTKku
(compassionate use)

B 83 PernamenTta (EC) Ne 726/2004 Esponeinckoro coksa NpUBOAUTCA caeaylollee
onpeaeneHne COYYBCTBEHHOrO MPUMEHEHUA: «.. TMPeaoCTaB/NIEHNE JIEKAPCTBEHHOrO
npenaparta.. — M3 coobpaxKeHU Co4yBCTBMA — Trpynmne NauMeHTOB C XPOHWUYECKMM WIN
cepbe3HbIM MHBaNnMAu3npyrowmnm 3abonesaHmem nmbo 3aboneBaHMe KOTOPbLIX ABAAETCA
KU3HEYrpoXKaloLWMM N KOTOpPble He NOAAA0TCA YAOBNETBOPUTENBHOMY IEYEHUIO C MOMOLLbLO
3apPEerucTpMpPOBAHHONO JIEKAPCTBEHHOrO npenapaTta. PaccmaTpuBaemblit €KAPCTBEHHDIN
npenapaT Ao/KeH O6biTb IM60 06BEKTOM 3aABNEHMS O PErncTpauunm ..., IMbo nccneaoBaTbes
B KIMHUYECKUX UCC/IeA0BaAHUAXY.

https://www.ema.europa.eu/en/human-regulatory/research-development/compassionate-
use



[MpaBo Ha nonbITKY (Right-to-try laws)

[MpaBo Ha nonbITKY (Right-to-try laws ) — 3aKOH NPUHATBLIN B
CLLUA paeT BO3MOXHOCTb NaLUMEHTAM C HEU3NEYUMbIM
3aboneBaHMeM NPUHATbL y4acTUe B MPUMEHEHUM
3KCNepUMEHTaIbHbIX MEeTOA0B S1e4eHUA, KOTopblie NPoLWAn
yxe 1 a3y KINHNYECKNX nccneaoBaHMm m ogobpeHbl yepes
FDA. Ho He npownu eue 3aknouunTenbHble gpasbl 2-3,
Heobxoanmble ansa odULMANbHON PErnCTPaLMM NPenapaTos.



TAaxenble peakue 6onesHu A1A KOTOPbIX YXKE

CO3/aHbl NpenapaTbl, HO HE 3aperMcTPUpPOBaHbI B
PO :

* CNiMHanbHasa MmbllevyHas atpodua (reHotepanms)
* MuonaTtua [ioweHa

* Anbda-maHHO3MA03

* HapyLweHus unKkna MoOYeBUHDbI

* HempoHanbHbIN LEepPoOUaAHbIN AMNOPYCLUMUHO3 TUN 2
* LluctnHos

* [OMOLUCTUHYPUA

* Peakmne dopmbl amaBpo3a (reHoTepanms)

N apyrmne



Mpobnema He3aperMcTpUpoBaHHbIX NpenapaTos

* OI'IpE,EI,EI'IEHbI BO3MOXHOCTU Ha3Ha4YeHWnA n BBO3a HE3aAPETMCTPUPBOAHHbIX
npenapaTos

* Het NOHUMAA MCTOYHUKOB dbUHaAHCUpOBaHUA ANns 3aKYMNKK
He3aperncTpupBOaHHbIX NpenapaTos

* HeT BO3MOKHOCTU BKAOYATb B KAMHUYECKNE peKoMeHAaunmn nHPopmaLmio
0 He3apPernMcTpupPBaHHbIX NIEKAPCTBEHHbIX npenapaTtax "
HEe3apPerncTpPUpPoOBaHHbIX CMEeLUaNn3MPOoOBaHHbIX MPOAYKTAX JsieyebHoro

NMTAHUA
MyTy peweHua: YTBepauTb KPUTEPUM ANA Ha3HAUEHUA U 3aKYMKU 3a CYET rocyaapcTBeHHbIX
CpeacTB He3aperncTpupoBaHHbIX NpenapaTos (bbicTpblii gocTyn)
Onpegenuntb MCTOYHUKM (UHAHCUPOBAHUA A8 3aKYNKU  HE3aperucTpupoBaHHbIX
NNeKapCTBEHHbIX NPEenapaToB Mo }KM3HEHHbIM NMOKa3aHMUAM, B KOTOPbIX HYXXAAlOTCA UHBAAUADI.



[TpopblBHAA NamATKa — npeueaeHT co3aaH!

*B Hayane ceHTAbpSA 2019 roga npembep-MmmMHUCTP Poccum Amutpun
MepnBeaeB pacnopaanica Bblaenmtb 26,128 maH pyb. Ha 3aKynKy He3aperncTpmpoBaHHbIX
B P® nekapcte Ana geten, CTpafatolmx XxpoHnudyeckmumm 3abonesaHnamm. Cpeactea bbiam
BblaenieHbl M3 Pe3epBHOro ¢poHAa NpaBUTENbCTBA M AO/MKHbI OblIM NMOKPbITL 3aTpaTbl
«MOCKOBCKOro 3HAOKPWUHHOrO 3aBOAa» Ha 3aKymnKy, BBO3 M pacnpegeneHue 11,27 Tbic.
YNAKOBOK NCUXOTPONMHbIX NpenapaTos.

* JenapTameHT 34paBOOXPaHEHMUA BbIMYCTUNA  UHCTPYKUMIO NO  MNOAYYEHUIO
HEe3aperuMcTpMpoBaHHbIX B POCCMM NCUXOTPOMHbLIX NpPenapaTtoB Ans AeTel, B TOM 4ucie
«®pusnyma». Caenatb UX AOCTYNHbIMM AN5 NALMEHTOB NOPYYMA paHee npembep AMUTpUi
MeaBeaes, o4HAaKO MNOC/E TOro, Kak MeAMKamMeHTbl ObliM 3aKyn/jeHbl, NpeacTaBUTeNu
MaLUMEHTCKMX OPraHM3aUniA }anoBaaucb, YTO UX BCE PAaBHO HEBO3MOMXKHO MOJIyYUTb: HET
COOTBETCTBYIOLLEro MexaHusma. Poautenam npeactaBunau agpeca Hay4yHO-MPaKTUYECKUX
LLlEHTPOB, B KOTOPbIE HY*KHO 06PaTUTLCA, U HOMEP FropsYen TNHUN.


http://publication.pravo.gov.ru/Document/View/0001201909060007

[peanoXeHma No Kputepuam BbiCTporo AocTyna
(AOCTYN NO HEOTNOXKHBIM NOKA3aHMAM) K
He3aperMcTpupoBaHHbIM NpenapaTam:

3ABOJIEBAHUE U NMPENAPAT
3aboneBaHMsA C OCTPbIM Havanom, 6bICTpbIM NporpeccMpoBaHnem (060CHOBAHME XKMU3HEHHbIX MOKAa3aHUN)
MpumeHeHMe NpenapaTa ABNAETCA *KU3Hecnacarwmm- (060CHOBaHME XKMU3HEHHbIX NOKA3aHWI), B TOM Yncie
Ha AOK/IMHNYECKOM CTaaumn
MpenapaT HanpaB/aeH Ha 3TUOAOMMIO (reHoTepanma) AN OCHOBHOE 3BEHO natoreHesa (dbepmeHT, npenapat
CHMXXAEeT HaKoM/JeHMe TOKCUYHbIX BellecTB) - (obocHoBaHME Ha3HayeHMA npenapata Anaa Bpaya ,
opraHusaTopa 34paBoOXpaHeHUn)
AHanoros gaHHoMy npenapaTy B PO HeT
MPENAPAT -KA4YECTBO
MpenapaT npolen Bce ctagum uccneposaHuin u ogobpeH B FDA u EMA (2apaHmusa 6e3onacHocmu 0ns
epaya u nayueHma)
Mpynnon 3KcnepToB CO34aHbl U MPUHATbI KAMHUYECKME PEKOMEHAAUMM WU B HUX BKAKOYEHbl AaHHble 06
3$pEKTUBHOCTM HE3aperncTpMpoBaHHOro npenapaTa (3awjuma epavya u nayueHma, obocHoeaHue 0ns
op2aHu3amopa 30pasooXpaHeHus)
NMPOU3BOAUTE/Ib
B PO cywectByeT npeacTaBuTenbctBo GMpPMbl NPOU3BOANTENA, KOTOPOE FOTOBO B3ATb Ha ceba 0653aTeNbCTBa
Mo opraHM3auuMm BBO3a NpenapaTa, 06y4eHUto Bpayen, OTCAEeXKMBAHUM NpoLEecca Tepanmm , KOTopoe noaaet
A0Cbe ANA perucTpaumm (2apaHmus 014 epaya, nayueHma, op2aHu3amopa 30pasooxpaHeHusi)



CneumanmsanpoBaHHble NPoAyKTbl neyebHoro
NUTaHMA

* 1na paga 6onesHen, BXoaAwWMX B nepevyeHb opPpaHHbIX 3aboneBaHnm
(nepeyeHb 17) npoayKTbl Ne4ebHOro NUTaHUA He 3aPEerncTpPUPOBaHbI

° I'Ipanma Ha3HA4Y€HUNA U BBO3a 3TUX NPOAYKTOB HE OnpeaeneHobl

* 3aKynatTCA UCKAOUYUTENBHO U3 INYHbIX CPEeACTB rPa*KAaaH M 3a cyeT
doHa0B

* [pn 0bcyKAeHMM BONPOCA O PACLUIMPEHNN MACCOBOIO CKPMHUHTA
npeXxae BCEero Hy»HO pPeLnTb Bonpoc ob obecneyeHmnmn BbIAB/IEHHbIX
NaUMEeHTOB NPOAYKTaMM Ne4yebHOoro NUTaHus



[pennoxeHuna ana obcyKaeHua

MwuHuctepctsy 3apaBooxpaHeHna PP coBmectHoO ¢ PocnopebHaa3zopom
pa3paboTaTb MOPAAOK BBO3a HE3aPErncTPUpPOBAHHbLIX  CNeuuaNnu3npPoBaHHbIX
npoAyKToB sne4vyebHOro nutaHma ( NoO aHanorMnm C He3aperncTpupoBaHHbIMU
JIeKapCTBEHHbIMK NpenapaTamu)

MuHUCTEPCTBY 34paBooxpaHeHns PP paspabotaTb namAaTKy Ana poautener o
cnocobax nonyyeHMAa He3aperncTpupoBaHHbIX B Poccum npenapatos, nNo
¥KM3HEHHbIM NOKa3aHUAM, B KOTOPbIX HY}KAal0TCA AeTU-MHBaNUbI.

Onpenennttb WUCTOYHUKN GUHAHCUPOBAHUA ANS 3aKYMKU HE3apPerncTpupoBaHHbIX
NEKapCTBEHHbIX NPENapaToB MO XM3HEHHbIM NMOKa3aHMUAM, B KOTOPbIX HYXAaloTcA
MHBaNMAbL.(NO aHaNorMm co cxemok npeanoxeHHon M3 PO gna 3akynku
MCUXOTPOMHbIX HE3APErNCTPUPOBAHHbIX NPenapaTos)

MuHuctepcTsy 3apaBooxpaHeHusa PP BHecTn nonpaBKu B npuKas MwuH3gpasa
Poccum ot 28 peBpana 2019 r. Ne103H, aatowime MUHUCTEPCTBY 3PaBOOXPAHEHUSA
P® coBmecTHO ¢ Poc3apaBHaa30pomM pa3paboTaTb KPUTEPUM ANA  3aKYMKU
He3aperncTpmMpoBaHHbIX IEKAPCTBEHHbIX NpenapaTos



Cnacubo 33 BHMMaHUE!
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