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Cb3O0ABAHE HA HALUMOHAIHA NOJIUTUKA

3A PEOKWUTE 3ABOJIABAHUA

U NEKAPCTBA-CUPALIX B BBITTAPUSA

P. CteoAHOB*

ESTABLISHMENT OF A NATIONAL POLICY
ON RARE DISEASES AND ORPHAN DRUGS IN BULGARIA

R. STEFANOV

Pestome: Besiko omdenHo psdko 3abonseaHe 3acsza cpagHUMesHo mMarka Yacm om Ha-
ceneHuemo, HO kamo ysno pedkume 3abonsaeaHus npedcmagnseam cepuoseH npobnem 3a
obwecmeeHomo 30paseonassaHe MoHexe cmaea 6brpoc 3a 39pagHO OCU2YPeHU nayueHmu,
Koumo ca nuweHu om wakca da rnosyyam CbePeMeHHO neveHue. ®apmauesmuyHama UH-
dycmpus Hama uHmepec da uHeecmupa e paspabomkama Ha nekapcmea 3a mesu nayueHmu
(m.Hap. nekapcmea-cupayu) nopadu eucokume pa3xodu U HUCkama eb3epawaemocm. M3ebp-
wea ce npeeaned Ha ceemosHama npakmuka rno omHoweHue Ha pedkume 3abonsgaHus.. Omri-
paesm ce KOHKpemHu npedsioxeHuUs U HaCoKU KbM CbOmeemHume UHCMaHyuU 3a cbadasaHe
Ha HayuoHan+a nonumuka 3a pedkume 3abonasaHusi U nexkapcmea-cupayu e Ebrzapusi.

Summary: Each rare disease affects comparatively small part of the population, but as
a whole, rare diseases emerge as a serious public health problem because health insured
patients are not offered the chance to receive a contemporary medical treatment. The
pharmaceutical industry is not interested in investments in R&D of orphan drugs because of
the high expenses and low returns. A review of the world practice on rare diseases is done.
Specific suggestions and terms of reference to the respective authorities are tendered towards

the establishment of a national policy on rare diseases and orphan drugs in Bulgaria.

BbBEOEHUE

Penkute 3abonsianua (P3) HabposiBat
noseye ot 5000 u npegcrtasnaeat okono 10%
OT BCUYKM YoBewku Gonectn u Heawau ['].
Besiko otgenHo 3abonsisaHe 3acsira cpaBHU-
TEeNHO Masika 4YacT OT HaceneHWeTo, HO KaTo
usano pegkute sabonsiBaHus npepgcrasnsiBaT
cepuoseH npobrnem 3a obLiecTBEHOTO 3apa-
BeonassaHe, NoHexe cTasa BbMNpoc 3a 3apas-
HO OCUrypeHW MnauuveHTW, KOUTO ca NULLEeHu
OT LaHca Aa nony4ar CbBPEMEHHO feYeHue.
Tesu nauueHTu, 3aegHo, CbC CBOUTE CEMENCT-
Ba, ce YyBCTBAT WU30CTaBEHU W OTXBBLPIIEHU OT
3gpasHaTa cuctema.

i

* Karegpa ,CouvanHa MeauumnHa v 3gpaBeH MeHu-

DKMBHT", MeguunHckn YHusepcurert, MNnosgus;

KnuHn4yHo-n3cnenoeaTencky LUEHTLP MO peaku
3abonsagaHus, MHcTUTYT 3a hapmMakonoruyHu

npoyyeanus ,Mapuo Herpu®“, Utanus
e-mail: rumen.stefanov@email.it

CbBpeMeHHaTta MeavumnHa u 6uoTexHono-
M1 ca Ha HUBO, N03BOMsABALLO Aa 6bae OTKpU-
TO W OCUTYPEHO JleYeHne Ha ronama yacT oT
peakute 3abonasaHus. Brunpeku ToBa, HEob-
XOAUMWUTE NnekapcTea NUMCBAT rasHoO nopaam
thakTa, Ye TAxHaTa pazpaboTka U BHeapSABaHe
HAMa NONOXUTENEeH MKOHOMUYECKU edekT u
He Hocu neyanba 3a hapmauesTUYHaTa WH-
AycTpusa. Pasxogute no uacnegosarencka pa-
6oTa 1 BHeapsaBaHe (R&D) Ha HOBYM NekapcTea
HenpekbCcHaTo pacTtaT, nopaau uanonssaHe-
TO Ha BCe MO-CKbMU METOAUKM Ha reHeTU4HO
M MOMEKYNApHO HUMBO U yBenuyasalluTte ce
pasxoau 3a KNUHWYHKM npoyysaHus. Cnopea
MPOrHO3UTE Ha HAKOW aHanUMTUUK, pasxoguTte
3a R&D Ha egHO nekapcTBo MOXe Aa AoCTUr-
HaT 300 mMunuoHa eBpo B 6nuskuTe roamHn [2].
MNMopaau ToBa, hapmaueBTUYHATA UHAYCTPUSA
dhokycupa cBosTa npoaykuusi KbM 3abonssa-
HWS, 3acaraliy ronsma yacTt oT HaceneHueTo
(UBC, anabert, si3seHa Gonect u Ap.) [*]. Bba-
HMKBa HeobxoaMMocCTTa oOT NpeanpuemMaHe Ha
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06LeCcTBEHO-30PaBHN U UKOHOMUYECKU WUHU-
UMaTUBKM Ha HaUMOHANHO W MeXOyHapO[HO
HWBO, KOMTO Aa HacbpyaT thapMaueBTUYHNTE
1 BUOTEXHONOMMUHK hupmy aa paspabortear
nekapcTtsa 3a peaku 3abonssaHus (T.Hap. ne-
KapcTBa-cupaum).

3AKOHOBA YPE[EA NO CBETA

3a nbpBM MbT, onpeaeneHue 3a ,panko 3a-
BonsasaHe" e AaneHo oT KoHrpeca Ha CAL B
3akoHa 3a nekapcreara-cupaum (Orphan Drug
Act) npea 1983 r. [*]. Cnopen To3K 3aKoH, 3a
psiako ce npuema 3abonseaHe, KOETO 3acsara
no-manko ot 200 000 amepukaHuu (6onect-
HocT 0.75 Ha 1000 YoBeka). Npe3 1993 r., Ano-
HUS NpUeMa cneuuwanya Hapeada 3a nekaper-
saTa-cupauum (Orphan Drug Regulation), onpe-
[ensilia KaTo pefku CbCTOAHUA C BonecTHoCT
no 0.4 na 1000 voseka [°]. Har-korncepsaTueHa
e 3apasHaTa rnonutuka Ha ABcTpanus, perna-
MeHTUpaHa cbC 3akoH npe3 1997 r. (Orphan
Drug Policy), cnopen koaTo peakute sabons-
BaHus Tpsibea Aa umat 6onectHocT Ao 0.1 Ha
1000 yoseka [?]. Ensa npes3 1999 r., EBponeic-
KWUSAT NapnameHT rnacysa Hapeaba 3a pegkurte
3abonsaBaHusa M nekapcTea-cupauu 1 npuema
AeduHULUS, onpedensawa kaTo ,pagko” BCs-
KO CbCTOSHWE, 3acsArawo He noseve OT 5 Ha
10 000 yoseka ot Esporeitckata 0OLWHOCT
(6onecTtHocT 0.5 Ha 1000) ['].

BcuukuM Te3u 3akoHu npeaswxaaTt peanua
npaBa u obnekvyeHus 3a papMaleBTU4HUTE
c1pmMu, peructpupanu nekapcreo-cupak. B
CALL, nonyyunute peructpauua npoAayKTH-
cupaum umar npaso Ha deneparsneH gaHbyeH
KpeouT B pasmep Ha 50% OT pasxogute 3a
KNUHKUYHO NpoyyBaHe, BesnnartHa npoueaypa
no pervcrpaums u 7 roauiHO U3KIIOYNTENTHO
npaBo 3a MPOU3BOACTBO W npopaxba, npes
KOeTo BpeMe He ce u3fasa paspelleHue Ha
apyra chupma ga peructpupa npoaykT cbe Cb-
wuTte uHaukauuu. MogobeH pexum 1 obnek-
YeHUs C M3BECTHW Bapuauun B pasMmepa Ha
AaHbyHUTE 0BNeKYeHusa 1 nepuoada Ha Uskro-
YUTENHO NpPaBsO 3a NPOM3BOACTBO U Npoaax-
6a ca BbBegeHu olle B AnoHus, CuHranyp u
ABcTpanusa. B pesynraT Ha Te3u Mepku, A0
cpegaTa Ha 2003 r. B cBeTa ca peructpupa-
HU noseye ot 1000 MeAUUMHCKW MPOAYKTU C
VHOVKAUMW 32 NPUNOXEHWe Npv peakn 3abo-
nsaBaHus.
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3AKOHOBA YPEQIBA
HA EBPOTNEWCKUS CBHO3 (EC)

Mpensua nepcnektveute npes bBwvrrapusa
3a NbAHOMNPABHO NpUckheanHasaHe KbM EBpO-
neckus cbro3d npes 2007 r., nHTepec npegc-
TaBnsBaT MHUUMATMBUTE WU ONUTa Ha apyrute
EBponeickn abpxasu. OCHOBEH 3aKoHOAATEe-
neH pokymeHT 3a EC e Hapepba Ne141/2000
r. Ha EBponenckua napnameHT OTHOCHO Me-
OVLMHCKUTE NPOAYyKTU-cupaum (npueta Ha 16
Oexkempu 1999, nybnukysaHa Ha 22 HAHyapwu
2000 r.) [®]. Cnopeg Tasu Hapegba, MeanuuH-
CKU NPOaYyKT-cupak Moxe Aaa 6vae perucrpu-
paH, ako 6bae JoKasaHo, Ye €:

« lNpegHasHadyeH 3a AMarHocTuka, npodu-
nakTuka Unuv nevedwe Ha xuvsoTo3acTtpa-
WaBallo UMM XPoHW4YHO BONEecTHo CbCTO-
AaHue, 3acaralo He nosede ot 5 Ha 10 000
Aywmn oT OBLHOCTTa KbM AadeHUs MOMEHT
- Unm —

« [MpegHasHadyeH 3a AuarHocTuka, npodu-
nakTuKa Unu nevYeHue Ha xusoto3acrpalla-
BALLIO MM CEPMO3HO XPOHWYHO BonecTHo
CbCTOSIHME, HO MapKETUHIbT Ha MEOULNH-
CKMA NPOoAYKT HAMa Aa MoXe Aa reHepupa
JocTtartbyHa Bb3BpalllaemocT, KoATo Ada
onpaBpae pasxoauTe No HeroBOTO paspa-
BoTBaHe, NPOM3BOACTBO U perncrTpauus.
HeobxoaMMo M 3aabimKUTErNHO ycnosue e

[a He CbllecTByBa 3a40BONUTENEH MeETon 3a
AnarHocTuka, NnpogunakTuka unu nedYeHme Ha
AafeHOTO CbCTosIHMEe, UM ako TakbB MeToa
ChilecTByBa, NPEANOXKeHUAT NPOAYKT Aa Obae
OT 3Ha4MTenHa nonaa 3a nauneHTure.

MoolupeHusaTa KbM apmaueBTUHHUTE
hupmu, Kenaelwy aa pericTpupar MeguULUHCKA
npoaykT-cupak 8 EC, ce CbCToAT Han-06L0 B!

+ [apaHtTupaHe Ha 10-roguWHO U3KNHOYK-
TENnHO NpPaso 3a NPOU3BOACTBO U NPOAAXK-
Ba Ha pernctpupaHunsa npoayKT-CUPaK;

» Hay4yHa koHcynTauusa v nNomMoLy, Ha KaHgw-
faTa B npoieca Ha peructpauus;

+ [vpekTeH gocTbn A0 ueHTpanuavpaHata
npouenypa Ha EBponenckaTta areHuns no
nekapctBara (European Agency for the
Evaluation of Medicinal Products — EMEA)
3a UCKaHe Ha MapkeTuHroBo ofobpenrue;

« PuHaHcoBU 0Brek4eHMA Mo OTHOLWEHWE Ha
TakcuTe 3a peructpauus, Hay4yHa nomMmoL u
MapKeTUHroBo ogobperve (Hamanexue Ha
oTaenHuTe Takcu mexay 50 u 100%);













