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PE3IOME

BoBegenne: Peoxume 3a60na6anus npedcmaesns-
6am HAPACMeauy, 3Ha4um npoosem Ha 00uLecmeeHo-
mo 30paee u NpeouU3BUKAMENCINBO 3a 30pABeonas-
Hume cucmemu. 3a noseuemo 3a601T6aHUS 6ce OU4e
HAMA paspabomero neverue. Ilopaou nunca Ha uxo-
HoMUYecka PeHmabunHocm 4ecmo dapmayesmuy-
Hama uHOYCMpus ce 6v30vpia 0a UHeecmupa epe-
Me U puHancosu cpedcmaa 3a paspabomkama Ha se-
kapcmea cupavu. CneyuanHomo 3aKoHo0amesncmeo
UMA 30 OCHOBHA el 04 CIUMYNIUPA NPOBeHIaHemo
HA U3CNIe08aAHUS, NPOU3BOOCNBOMO U NpednazaHermo
Ha me3u nekapcmea Ha nasapa. Hati-uecmo yumu-
paHume pezynauuu ca mesu Ha AzeHyuAma no xpa-
Hume u nekapcmeama (FDA) u na Esponeiickama
azenyust no nekapcmeama (EMA).

Ien na Hacmoswama nyonukauus e u3zomes-
Hemo Ha CpAGHUMeseH AHANU3 HA pezynamopHU-
me nooxo0u npu paspewiasave 3a ynompeba Ha se-
kapcmea cupauu mexcoy Eeponetickus cvio3 (EC) u
CAIll u ycmanoseseare HA 00ujume meHOEHUUU U
npeoumcmea 3a no-6vp3 00cmMovh HA nayueHmume 00
mepanuu.

Marepuan n meropu: Hanpasen e numepamypen
npeened u e nposeden SWOT-ananu3 Ha Hacmosuiu-
me pezynamopHu NPaKmukuy, Haauvuemo, 0ocmoh-
Hocmma u peumbypcuparemo 6 CAIIl u EC. Oco-
ujecmeero e mopcere 6 Medline, PubMed u EMBASE
¢ xkmouosume Oymu “rare diseases, orphan drugs,
orphan drug regulation, orphan drug designation,
orphan drug legislation, orphan drug indication,
Orphan Drug Act, EU orphan drug statistics”.
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ABSTRACT

Introduction: Rare diseases represent a growing
significant public health problem and a challenge for
health systems. For most diseases no treatment has
been developed yet. Due to the lack of economic prof-
itability, the pharmaceutical industry often refrains
from investing time and money in the development
of orphan drugs. There is a special legislation, which
main purpose is to stimulate the research, production
and marketing of these drugs. The most frequently cit-
ed regulations are those of the Food and Drug Admin-
istration (FDA) and the European Medicines Agency
(EMA).

The aim of this publication is to produce a compar-
ative analysis of regulatory approaches to the authori-
zation of orphan drugs between the European Union
(EU) and the USA and to identify common trends and
benefits for faster access of patients to therapies.

Materials and Methods: A literature review and
a SWOT analysis were conducted of current regulato-
ry practices, availability, accessibility and reimburse-
ment in the USA and the EU. The databases Medline,
PubMed and EMBASE were searched with the key-
words “rare diseases, orphan drugs, orphan drug reg-
ulation, orphan drug designation, orphan drug legis-
lation, orphan drug indication, Orphan Drug Act, EU
orphan drug statistics”.

Results: The detailed comparative analysis by the
EMA and the FDA highlights a number of similari-
ties and differences between the incentives provided
to pharmaceutical companies. Both regulatory agen-
cies provide: shortened authorization periods; excep-
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Pesynraru: [100pobHusm cpasHumenex aHanus
om cmpana va EMA u FDA noouepmasa onpedenen
6poti cxo0cmea u pasnudus mexoy Crmumynume, Kou-
mo ce npedocmasam Ha HapmayesmutHume Kom-
nanuu, npoussexcoauu nexapcmea cupauu. J ose-
me pe2ynamopHu azeHyu 0CUYPABAM: CoKPameHu
cpoKose Ha paspeuiasare 3a ynompeoa; U3Km0UeHUs
Npu 3anaauaHemo Ha onpedesieHu MaxKcu; NoMous, 1o
NpomoKosna u npoveca Ha paspabomeare u puHaHco-
86U 0071eKUeHUST; yleCHEHUS NPU CILyHAU HA Napanesn-
HO 0006peHue Ha ekapcmea cupayu. Pasnuuus ce yc-
Manoes6am npu cay4au Ha Na3apHa U3KIovumen-
HOCM, OAHBUHU CIUMYIU U OMNYCHAMU CYOCUOUU.

3axmouenne: [Ipe3 nocneonume 2o00unu EC u
CAIIl nonazam ycunus 3a 83aumHoO CompyoHU1ecmeo
8 pe2ynauusma Ha 1ekapcmeama cupauu, KaKkmo u e
obnacmu Kamo oomeH Ha UHPOPMAUUS U crmaHoap-
MU3AUUS Ha paspeuleHusma 3a ynompeba 3a 6naeo-
Mo HA MUTUOHUME NAYUeHMU 0 08eme CIMPAaHu HA
okeaxa, cmpaoauiy om peoku 3a60/116aHUSL.

KmrowoBu gymm: peoxu 3a60n16anus, nekapcmea
cupayu, pezynamopru nooxoou, EC, CAII[

BBbBEIJEHME

Penxnre 3abonABaHMA IIpefcTaBAABAT  BCe
HO-3HaYMM Ipo6reM Ha OOILIeCTBEHOTO 3[ipaBe I
HPENU3BUKATENCTBO 33 CHCTEMIUTE Ha 3[lpaBeoIas-
BaHe. XapaKTepUCTUKNTE Ha PeIKNTe 3a00/IABaHNA,
OrpaHMYEHNUTE IO3HAHNA U €KCIIEPTH3A 32 HAKOM OT
TAX U YBeIMYABAIUAT ce 6pOii Ha HOBOUIEHTNDN-
LVIpaHNUTe PefKN 3a00IABaHNA I'M IPABAT IPUOPU-
TeT B 00/1aCTTa Ha 3[paBHATA IIONINTHKA, CPef] U3CIIe-
ToBaTeNNTe, 3aKOHOATE/INTE ¥ MEIULIVHCKNATE CIIe-
IVIACTU. 3a MOBEYeTO OT Te3n 3a060/ABaHMA BCe
ollle HAMA pa3pabOTeHO JiedeHNe, a MOpafN JINIICA
Ha MKOHOMIYECKa PeHTaOVTHOCT YecTo Qapmalie-
BTMYHATa MHYCTPUA Ce Bb3JbpKa Jla MHBECTHpa
BpeMe ¥ (GMHAHCOBY CPEfICTBA 3a pa3paboTKaTa Ha
JIeKapCTBa 3a JIEYEHMETO MM — T.Hap. IO Tasy IpHU-
4Ha lekapcTBa cupani (1,5,9,10). Visnpasenn npen
TO3M IPOOJIEM ITPABUTE/ICTBATA HA MHOTO JI'bpXKaBU
YCTaHOBABAT HEOOXOMMMOCTTA OT IbpXKaBHA pery-
JIAIVIA V/MIN TTa3aPHY CTUMY/IN 38 QUPMUTE IPON3-
BopuTeny. PYHAHCOBUTE aHA/IM3Y HA CPEJCTBATA 3a
HAy4YHU U3CTIefiBaHMA, pa3paboTKa 1 IIPOU3BOJICTBO
Ha JIEKapCTBa 3a Pa3/MMYHNTE BUJOBE PeK O60/1ecTn
YCTAHOBABAT, Ye JIEKapCTBaTa CUPALIM Ca Hall-KaIu-
TaJIOEMKUTE Y Hall-CKBINTE Ma3apHU IPOJYKTU Ha
¢dapmanesTryHaTa MHAyCTpUA (10,14,16).

tions to the payment of certain fees; assistance under
the protocol and the development process and finan-
cial relief; facilitation in cases of concurrent approval
of orphan drugs. Differences are found in cases of mar-
ket exclusivity, tax incentives and subsidies granted.

Conclusion: In recent years, the EU and the USA
have worked together to regulate orphan drugs, as well
as in areas such as information exchange and stan-
dardization of marketing authorizations for the bene-
fit of millions of patients on both sides of the ocean suf-
fering from rare diseases.

Keywords: rare diseases, orphan drugs, regulatory
approaches, EU, USA

PaspemaBaHeTo 3a ynorpe6a Ha Ta3u rpyma Jie-
KapCTBa Ce M3BBPIIBA B CHOTBETCTBIE ChC CHIEIMaI-
HO 3aKOHOJIaTe/ICTBO, YMATO OCHOBHA LIeJI € Jja CTU-
Mynupa ¢apMaleBTUYHATE KOMIIAHUY B IPOBEX-
[aHEeTO Ha M3C/Ie[BaHI, IIPOU3BOACTBO U MpefiIa-
raHe Ha Te3) IPYIM JleKapcTBa Ha Masapa. B rioba-
JIeH IUIaH Hall-4eCTO IMUTYPAHNUTe PeryIaluy 3a je-
KapCTBa CHMpaLM ca Te3u Ha ATEHUIMSTa [0 XPaHU-
te 1 nekapcrata (Food and Drug Administration
(FDA)) B CAIIl u na EBporeiickaTa areHIys 10 Jie-
kapcrBara (European Medicines Agency (EMA)) B
Espomnerickns cpio3 (EC). CAIL] e nuoHep BBB Bb-
BeXX/IaHETO Ha 3aKOHOJIATEICTBO B 00/1aCTTa Ha pefi-
KnTe OO/eCTV U JIeKapCcTBaTa CUPALU M JIOTMYHO
I'BPKM II'BPBEHCTBO KATO ST HA paspelleHy U Ha-
MYHY HA Ta3apa U JOCTBIIHY 3a MAIVIeHTHTe JIe-
KapcTBa cupanu (1,15,26,27). OT MHCTUTYILMOHAT-
Ha IJIe[[HA TOYKA [eVICTBUATA, MpENNpPUEMaHN OT
I'bPXKaBHU MHCTUTYLMU U CIIOHCOPH, 3a J1a OCUTY-
PAT HaJIM4YMETO Ha JIeKapCTBa CUpALM Ha Iasapa U
fa CTUMY/IMpAT IPOU3BOJUTEINTE UM, Ce K/IACU-
paT B IBe OCHOBHU Tpymyu cTUMynn. IIppBara rpy-
Ia BK/TIOYBA Te3M, KOUTO MPELOCTABSIT IPABOTO Ha
Ia3apHa M3KIIYNTeNHOCT (market exclusivity), Bb-
BeJICHO OT peryIaTopHuTte opranm. Bropara rpymna
BKJ/IIOYBA IIPeJOCTaBsAHe Ha CYyOCHIMY U I'PaHTOBE,
OTKa3 OT HSKOM a[[MUHUCTPATUBHU WIN KPENUT-
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HY TaKCU U pa3nuyHyu GopMM Ha af[MUHVCTPATHB-
Ha [IOfIKperIa 3a pMHAHCUPaHe Ha KIMHUYHNTE IIPO-
yuBaHNA 3a TapaHTMpaHe Ha 6e30macHocTTa 1 epu-
KaCHOCTTa Ha pa3paboTBaHMTeE /leKapcTBa. Bbmpe-
K1 4e B 00/1aCTTa Ha 3[paBHATa I JIEKAPCTBEHATA I10-
NUTHKA, OT ejHa CTPaHa, i perylanunre, oT pyra,
€ IIOCTUTHAT CBIeCTBEH HAIIPeAbK 110 OTHOLICHNE
Ha CTUMY/INTE, NOy4YaBaHM OT apMalieBTUYHUTE
KOMITaHNUM 32 pa3paboTBaHe 1 Ofl0OpsABaHe Ha Jle-
KapCTBa CUpaLy, Pa3IMKuTe B iepMHNULIUNTE U TIOf-
XOZIUTe IO OIleHKA M paspellaBaHe 3a yrmorpeba B
pasIMyHNTE IbpP>KaBY MOPAXKAAT PA3NINKA U B KOC-
TbIIa HA HAIVIEHTUTE [JO Te3) Tepanui. Pors B To3u
Ka3yc MMart ¥ MTHAVIBYUYa/THUTe PeuMOYpPCHY CUCTe-
MU, OT eflHa CTpaHa, Ha JbpxKaBuTe 4ieHKy Ha EC
U, OT gpyra crpaHa, Ha CAIll, kouTo B HAKOM CITy-
Yay JOI'B/THUTE/THO Y/ 'b/IKaBaT CPOKOBETE 3a JI0C-
T'BII Ha HAIVIEHTA [0 [jafieHM s JIeKapCTBEH IIPOYKT
(1,2,13,25).

IE

Hacrosmata my6nmkamnys e omuT 3a CpaBHNUTe-
JIeH aHa/IN3 Ha Pery/aTOpHUTe IO X0V IIPY paspe-
IIaBaHe 3a yIoTpeba Ha JeKapCTBa CUPAIU MEXIY
ECu CAIll, c men ycraHOBsIBaHe Ha OOILINTE TEH/EH-
MM U IPefMMCTBa OT MepCHeKTHBaTa 3a Mo-0bp3
OOCTBII HAa MAlIMEHTNTE 1O MHOBATVIBHU Teparn/m Ha
penku 6omectn.

MATEPUAI M METOIN

B paspaboTkara e IpUIOXKeH IUTepaTypeH Ipe-
I7Ie]l Ha Bb3IIpueTaTa TePMUHOJIOTYA 32 pefiKITe 60-
JIECTV M JIEKapCTBaTa CUpaLy, pa3bupaHeTo U 13-
UCKBAaHUATA KbM TAX U HMONUTUKUTE 32 Perynupa-

Heto M B CAIIl u EC. HanpaseH e nureparypen
Iperyie]l Ha MCTOPUYECKOTO pa3BuUTHe B cdepara
Ha pery/lanuuTe 3a jekapcTBa cupauy B EBpormeii-
ckus cpio3 u CAIll, KakTo 1 CpaBHUTEJIEH aHAIN3
MeX[ly perynatopHute npouenypu Ha FDA nu EMA,
MBVUCKBaHMATAa KbM JTOKYMEHTALMATA U HOLXOMM-
Te IpPYU OL|eHKAaTa MM, KaKTO M CTUMY/INTE, KOUTO
ce npuarat. [Iposenen e SWOT-ananus Ha HacTo-
ALINTEe PEryIaTOPHM IPAKTUKY, HATUYMETO, HOC-
TBIIHOCTTa U PeUMOypCUpPaHETO Ha JIeKapcTBaTa
CHUpaly B iBaTa pervoHa. Vsmonssauu ca my6mmy-
HO JIoCTBIIHYU 6asy jaHHKM Ha EMA; perncrspspr Ha
EBpomerickaTa KOMUCKS 32 JIEKAPCTBEHU IPOJY-
KTY, paspelleHy 110 LieHTpaIM3MpaHaTa IpoLefy-
pa u 6asara manuu Ha FDA (30-34). 3a nenure Ha
aHa/mM3a Ha PeryJlaTOpHNUTE MPAKTUKN TIPYU PeKi-
Te 60/IeCTV CMe M3IOI3BaIN KIacudukanmsaTa Ha V.
Giannuzzi et al. (10) nsrpasena Ha 6a3a TepamneBTIY-
Ha rpyrma u MouuUKanuy Ha ChIIeCTBYBALIV TAKN-
Ba kato MedDRA, ICD - 10 u Orphanet. [Tposeno-
XMe TbpceHe 1o Kmo4oBy gymu B Medline, PubMed
1 EMBASE, xaTo cMe 13M0/I3BaHM CIEMHIUTE KITI0YO-
Bu gymu “rare diseases, orphan drugs, orphan drug
regulation, orphan drug designation, orphan drug
legislation, orphan drug indication, Orphan Drug
Act, EU orphan drug statistics”.

PE3YJIITATU

1. CpaBHNTeNeH aHA/IN3 HAa PeryIaTOPHUTE IOJ-
XOAM 3a JaBaHe Ha CTaTyT, OlleHKAa HAa JaHHMN-
Te M YCKOPEHO pasINeXJaHe Ha 3asABIeHNA-
Ta 32 paspelllaBaHe 3a ynoTpeba Ha IeKapcTBa
cupanu
ConmmxaBaHeTO Ha M3MCKBAHNUSATA M XAPMOHU3N-
paHeTo Ha nponecute Mexxny EMA n FDA ca ten-

Ta6n. 1. [Ipunuxu u pasnuxu npu npoveca Ha npezned Ha Hosu nekapcmea 8 CAIIl u EC - adanmuparo om
Sifuentes et al. (24)

FDA

EMA

IIpunuxn

O6wu nenn

IIpupwp>xane kbM HacokuTe Ha ICH

Topcu ce cOnmxaBaHe Ha MEX/JyHAPOLHUTE PBbKOBOJCTBA

V3uckBar ce pe3ynTatu OT IPefKINHUYHA M KIMHUYIHY faHHU (3 pasn)

H’bTI/IIlIa 34 YCKOPEHO pa3riaeXxpaaHe

Moske fja ce mpernopbya IpeKpaTABaHe Ha paspelleHNeTo 3a yrorpeda

Pasnukn

Lentpanusupan opran

HpeI[CTaBI/ITeTICTBO OT O'bp>XKaBUTE YJII€EHKU

Hapsop Haj npoBeXXJaHeTO Ha KJIMHUYHUI
U3MUTBAHU S

He ce ocpuecTBABa HAf30p HAJl KIMHUYHUTE
U3MUTBAHU A

dunHanmHO of06peHNMe Ha pa3pelIeHIeTO 3a YIoTpeba

[TpaBu npemopbka 3a ogobpenne koM EK

Orenka, crienudnuna 3a CUMITOMUTE

I'mo6anHu KokIafy 3a pe3yaTaTUTe IPYU MaLUeHTUTe
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IeHILMM OT BCe MO-TO/IAIMO 3HaYeHMe 3a OCUTYpsIBa-
He Ha HaBpeMeHeH NOCTBII Ha MAllIeHTUTE C PefKU
6onectn mo agexBaTHa Tepanus. OCHOBHUTe IpU-
VKU U Pa3/IMKU MeXAY IBaTa pervoHa ca IpefcTa-
BeHM Ha Taom. 1:

1.1. IlomyyaBaHe Ha CTaTyT Ha JIeKapCTBO
Ccupak

Kakro B EC, Taka n B CAIll nony4yaBaHeTO Ha
CTaTyT Ha JIEKapCTBO CUPAK € II'bpBa CTBIIKa IIpe-
IJ IoflaBaHe Ha 3asBJIeHMe 3a paspellaBaHe 3a yIo-
Tpeba (7,18,20,21). Cam 10 cebe cu CTATyTBT He 03-
HayaBa paspellaBaHe 3a ynorpeba, HO AaBa IpaBoO
Ha CTUMY/IUTE U 00/IEKYEHNUATA, KOUTO Jja HAIIPABAT
peHTabWIHa MHBeCTULMATA Ha (papMalieBTIYHATA
KOMIIaHMS B [IB/ITVISA U CK'BII ITPOLieC Ha pa3paboTBa-
He Ha jleKapcTBara cupany. OCHOBHUTE pa3iuKI B
IpoLleypUTe 3a JaBaHe Ha CTaTyT Ha JIEKAPCTBO CU-
pax B EC u CAIl] ca sajienu B Tabnmuiiara mo-fomy:

OcHOBHa I 3HaUMMa pa3juKa B IPOIIeCUTE 3a T10-
Jy4aBaHe Ha CTaTyT Ha 1eKapcTBO cupak Mexxay EC
n CAIIl e GokychT BbpXy HayuHaTa OOOCHOBKA 1
YecToTaTa Ha PasmpoCTpaHeHMe Ha 3a00/sIBaHeTO,
xapakTtepeH 3a CAIl] 1 HanM4MeTo Ha IBe JOI'BIIHU-
TenHy nsuckBanus B EC, a uMeHHO:

o 3a00/IABAHETO/CHCTOSHMETO A €  KU-
BOTO3acTpalIaBallo 179)071 Cepuo3HO
VMHBaJINIV3NPAIIO;

o HsMa pa3paboTeH MeTOJ Ha [MATHOCTHUKA,
MpeBeHIUsA MU JIeYeHue, VI HOBaTa Tepa-
MU TPeOCTaBs 3HaYMMa KIMHUYHA 107132
HaJl HAIMYHNATE KBM MOMEHTA TePaTINIL.

CoplIiecTBEHO IpeIM3BUKATENICTBO TIpe]] 3asiBU-
TeJIUTe e fa ce IOoMydaT HOCTOBEPHM NAHHM 3a 3a-
6oneBaemoct. B EC, mopagn equHHata 06IIHOCTHA
IpolLefiypa, KpUTepuuTe BKIOYBAT IIA7I0TO HaceIe-
Hue Ha EC, kaTo He e JOCTaTbYHO IIpeJOCTaBIHETO
Ha JaHHU 3a OTAenHy cTpanu. Heobxomum e mperu-

Tab6n. 2. OcHosHuU pasnuku 6 npouedypume 3a 0asave Ha cmamym Ha nekapcmeo cupak 6 EC u CAII

EC

CAII

TepmuuONTOTUA

Orphan medicinal product designation

Orphan drug designation

OpobpsiBary opran Products

Committee for Orphan Medicinal

Office of Orphan Products Development

I'padmk 3a omeHKa

I'paduxbT 3a MofaBaHe 1 OLIEHKA Ce
ompepens u mybnukysa or EMA.

He ce ny6nuxyBa onpepeneH rpapux.

YecroTa Ha 3abonaBane/cbCTOAHNE, 3aCATAILO 3abonaBaHe/cbCTOSHIIE, 3aCATALLO
pasnpocTpaHeHNe < 5Ha 10 000 gymnu B EC. <200 000 gymmn B CAIII.
Hocue Pasgenu A-E, cprmacuo ENTR/6283/00. 9 vactu, cerinacuo 21 CFR 316.20

Mepunuacka 060CHOBKA

YecroTa
OCHOBHM acIIeKTH Ha

3aABIICHUETO

Y/IOBJIETBOPUTETHMA.

O60CHOBKaA Ha ChllleCTBEHA [10/13a
VTN 3aI10 APYTUTE METORM He ca

Hayuna o60cHOBKa
Yecrora

VsuckBaHe 3a
perucTpannus Ha
CIOHCOpa

CroHcopsT Tpsi6Ba fa e yctanoseH B EC.

He e He06X01MO CIIOHCOPBT fia €
peructpupan B CAII. JoctaTbuHO
ycnosue e ga uMa areHT B CAIIL, xoiiTo e
YII'bIHOMOIIEH Jja IeJICTBa OT HETOBO MMe.

ITpeBopn

Ha EMII.

HpeBon Ha MUMETO 1 IIpefIaranoTo
IIOKa3aHNE HAa BCUYKU O(bI/II_U/IaTIHI/I e3nnan He ca HCO6XOIII/IMI/I.

[IppBaTa OCHOBHA pas3/MKa € PasINuueTo B fia-
HHITE ¥ M3MCKBAHMATA KbM HayYHUTE HOKa3aTes-
crBa (8,29). PaspaborBaHeTo Ha JIEKApCTBO CUPAK
IpefIoara, 4e MOMy/TalysaTa OT MAILEeHTH, KOs-
TO OM MOITIa a HOCTYXM 3a HOJTyYaBaHe Ha Ha-
[eXKAHU KIMHWYHY JaHHM, € USKTIOYNTETHO Majl-
Ka. [Tory4aBaHeTO Ha JOCTATbYHO KONIMYECTBO JaH-
HY 32 KAMHUYHUTE M3IUTBAHUS € U3KITIOUUTEN-
HO TIPeAN3BUKATEICTBO, KATO TO Bapupa B LIMPOKK
TPaHULIY CHIOpe] TIOKAa3aHUATA.

3€H M COJIMIHO NOKYMEHTATHO MOJKpeIeH aHasu3,
3a f1a ce 060cHOBe McKaHeTo mpex Komurera mo ne-
KapcTBeHuTe npopyktu cupauy Ha EMA (COMP).
[IponecsT oTHEMa 10 6 Mecella, KaTo 3asBUTENAT
rofiaBa MICMO 32 HaMepeHue IToHe 2 Mecela Ipeau
MPOrHO3MpaHaTa JlaTa 3a IToJjaBaHe Ha CaMOTO 3asIB-
nenue. ToBa BpeMe I103BO/ABA Ha pery/spHATa Me-
ceuna cpeira Ha COMP na 6paT onpeseneHn Koop-
nunatopu. Cref ToBa 0OMvaitHaTa IPaKTHUKA € [1a Ce
opraHusupa ollle efHa cpelja npeay caMoTo Mofa-
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BaHe, Ha KOATO HepOpPMaJIHO Jja ce AUCKYTHpa Ipo-
eKTO3asIB/IeHJeTO U Jla ce MOIy4y oOpaTHa Bpb3Ka
OT KOOPAMHATOPNTE 32 BB3MOXXHM JUCKYTaOVIIHU
TIOJIOKEHM S, KaTo I10 TO3Y HauMH Te 61Xa MOIIN Ja
O'bfIaT paspeleHy Ipefyl CaMOTO II0fjaBaHe Ha 3a5IB-
JIEHMETO 32 CTAaTyT Ha JIEKaPCTBO CHUPAK.

CrepBa mpoljec Ha BajyujupaHe, II0 BpeMe Ha
KOJTO ce YHOCTOBepsiBa II'b/IHOTATa Ha 3asIB/IeHMe-
TO ¥ CHOTBETCTBMETO C IPUIOKUMUTE PeryIalyiL.
Crep, ycnenrHo BanyupiypaHe CPOKBT II0 IpoLefypa-
Ta 3aI04YBa Aa Tede. 60 THM C/lef cTapTa € IIbPBOTO
pasrexjaHe Ha 3assrernero or COMP, karo no-
3UTUBHO CTQHOBMUILE MOXe Jla O'bJie TIONYYeHO U Ha
TO3M paHeH eTall, HO OOMKHOBEHO Ce HaJlara JIO'b/I-
HUTETHO U3SICHABaHe Ha HAKOM BbIpocu. ToBa cra-
Ba B paMKuTe Ha 90 IHM, KaTO 3asABUTE/IAT MIMA Bb3-
MOYKHOCT JIa OTTOBOPM IIVICMEHO U Jia Ce sIBU Ha yCT-
Ho uacnymsaHe. Ha tosu etan COMP e 3agbmken
a M3/1e3e CbC CTAHOBMILE M AKO TO € IO3UTHUBHO, Ce
usnpamia 3a patuduuupane go EK, karo To ce cryy-
Ba B pamKuTe Ha 30 [HK. B cnyyvaii, ye cTaHOBUILIETO
€ OTPUIATe/IHO, Ha 3asBUTENS Ce IPeNOCTaBs Bb3-
MO>KHOCT Jla M3TET/I 3asIBJICHVETO CIf, 3a Jja n30erHe
NyO/IMKyBaHeTO HAa OTPULIATE/THO CTAHOBMIIIIE.

B CAIIl npouechT e MO-ONpOCTeH. 3asiBleHNe-
To ce nofgasa o FDA OOPD. Crioncop®sT Moke fa
KaHIWJJaTCTBA 3a CTATYT Ha JIEKAPCTBO CUpPaK Kak-
TO 32 HepaspellleH JIeKapCTBEeH IIPOAYKT, TaKa I 3a
HOBO IIPUJIO’KEHIE Ha Bede pa3pellieH TaKbB. 3asB-
JICHVeTO CBhI'bP>Ka TaHHY 3a 3200/1eBaeMOCT 11 Hayy-
Ha 000CHOBKa, KOATO Jja IPeOCTaB/ MeJUIIVTHCKA
000CHOBAaHO IpeAIONOXKeHNe 3a edeKTa OT jede-
HJIETO IIpY KOHKPETHOTO psfiko 3abonsaBaHe. [Ipen-
HOYNTAT Ce JAHHY OT KAMHUYHY M3NUTBAHNA, HO
IIpY JIMIICA HA TaKMBA JJAHHY IIPY XOpa € NOIYCTU-
MO IpefCTaBAHETO Ha YOe[UTeNTHU HpefKINHIY-
HU IaHHU PV TOAXOIAIIV >KVBOTUHCKM MOZEIN.
CaMO TOKCMKOJIOTMYHY JJaHHY TP )KUBOTHM, KOU-
TO JIa OIICBAT 6€30IIaCHOCTTA Ha JIEKAPCTBOTO, He ca
JOCTaTbuHa ¥ IONYCTMMA HayYHA 00OCHOBKA 32 OII-
Pefie/IAHeTO Ha CTAaTYT Ha JIeKapcTBO cupak (11).

TonsaMa cTpIKa Hampey e paspaboTeHaTa CHUCTe-
Ma 3a ChbBMeCTHa paboTa ¥ XapMOHM3MpaHe Ha W3-
VICKBAaHMATA, Le/sAla Ia ce pefynupa gyonmpaHe-
TO Ha IETHOCTUTE U T0-0bP3 JOCTBII HA JIeKapCTBa-
Ta JI0 11a3apa, T.Hap. KIbCTBPU 32 JIEKApCTBa CUpaLy
u penxu 6omecty. Tasy MHUIVATUBA JlaBa BB3MOXK-
HOCT 32 IIapasie/IHY HayYHM CHBETH 3a CIIOHCOPUTE
oT ctpaHa Ha EMA un FDA, B cinyuail Ha efHOBpe-
MEHHO KaH[MJATCTBAaHE 33 CTATyT U CXOJHU CTpa-
TErMN 3a paspellaBaHe 3a yIoTpeba Ha IIPOAYKTA B
IBaTa peruoHa.
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1.2. OmeHKa Ha JJaHHNTe ¥ HACOKM IPM afaIl-
TUBHUA TU3aMH

3aKoHOJATe/NHaTa paMKa 3a KIMHUYHU VSINUT-
BaHNA B IBaTa PETMOHA € VISK/TIOUUTETHO COMVDKe-
Ha ¥l XapMOHM3MpPaHa Ype3 NpUAbpKaHe K'bM HACo-
K1Te Ha MexyHapogHaTa KOH(pepeHIMs 110 Xap-
monmsanus (ICH), a u nmopagu ¢axra, 4e mo-paHo
BDbBeJleHOTO 3aKoHopaTenctso B CAIIl e mocmyxn-
JI0 KaTo OCHOBA 3a pa3paboTBaHe Ha eBPOIENICKO-
to TakoBa. /I EMA u FDA ca paspaborunm pbko-
BOJICTBA C HACOKM 3a AM3aiH Ha KIVHUYHM U3IINT-
BaHVA NIpU MajiKy nomynanyy. ChIIaCHO HACOKU-
te Ha KoMuTera 10 jleKapCcTBeHV IPOAYKTHU 32 XYy-
MaHHa ynorpe6a B EMA (CHMP), Hama mo-pas-
JIMYHY METOAY NPWIOKMMM KBM IIPOyYBaHUATA B
MJIK/ TPYIIN, CIIPSIMO Te3M KOUTO Ce OTHACAT KBM
rojleMy NanyeHTcKy nomynanyy. ChleBpeMeHHO,
CBITIACHO Te3M HACOKM, TP MU3NUTBAHMATA B MaJl-
KJ TPyIM MOXKe Jia ce Ipuiarar cruenuyuyHy pas-
HOBUJITHOCTM Ha JiM3ajiHa, aKO TOBA IIje IOJIIOMOT-
He BB3IPOU3BOAVIMOCTTA HA JAHHNUTE 1 MHTepIIpe-
TAlVATA Ha pe3y/ITaTuTe. 3asABAeHMATA 3a paspela-
BaHe 3a yIoTpeba Ha JIeKapCTBa CUpaL, M3INTBA-
HY IIPY MaJIKJ TIOITY/IALlMN, Ce OLIeHABAT I10 ChIINTE
CTAQHZIAPTV KAKTO 3asB/IEHMATA HA BCEKY APYT IIPO-
AYKT, HO BCe MaK Ce OTYUTAT IMMUTHpaIuTe Pak-
TOPYU HOpaAV HMUCKA CTENeH Ha HabyupaHe Ha Maly-
eHTU. AKO He € BB3MOXKHO IIPOBEX/JAHETO Ha PaH-
[IOMU3VPAaHN KOHTPOIVPAHU POYYBAHNUS, PETyIIa-
TOPUTE Ca OTBOPEHM 3a AMCKYCHsSI OTHOCHO IIpWIIa-
TaHeTO Ha aJITePHATMBHA METOMOJIOTYA U U3TOYHU-
IV Ha JOKa3aTeJICTBA, 3a Jja ce IIofo0py OO MAT Ha-
60p OT JOKa3aTesNCTBa.

FDA, oT cBosl cTpaHa, Npu3HaBa NpefNU3BUKaA-
TEJICTBAaTa IIPY AM3aiHA HAa IIPOyYBAHUATA BBPXY
MaJIK! IIOIy/IAllVM IIPK PefiKy 60IeCTH, ChIIO JaBa
HACOKM B ITOJKpeIa Ha CIIOHCOPUTE Ha TaKyBa Jjle-
KapCcTBa, TaM K'BIETO Ca NPeJIOKEHN CTPaTeruy 3a
AM3aiiHa, KOUTO Ca B IIOAKpeIa Ha epUKaCHOCTTA 1
6e3omacHOCTTa B pasnnyHuTe a3y Ha paspabor-
BaHeto. [Ipe3 2010 r. e my6nuKyBaHa paboTHa Bep-
cus Ha “Guidance for Industry - Adaptive Design
Clinical Trials or Drugs and Biologics”, xosTo gaBa
HACOKM Ha CIIOHCOpUTe 3a pa3paboTBaHe Ha ajiall-
TUBEH [U3allH Ha KJIMHUYHUTe usnutBanus. [o-
KYMEHTBT OTYMTA BEPOSATHNUTE Y BB3MOXXHU pU-
CKOBe IIpY TO3MU TUI AM3aiiH, HO ¥ JlaBa HACOKM 3a
IPOMEHM, KOUTO MOTaT ja ObIaT IVIAHMPAHU HpU
IPOCIEKTVBHO M3TOTBEH IPOTOKOJI, BK/TIOUUTETHO
BKJIIOYBAIIY KPUTEPUM, IPOLEAYPU IO PAHIOMU-
3anusi, 061y obeM Ha M3BafKaTa U KPaiHU TOYKIM.
Bprpeku ToBa Tps6Ba fa ce MOAXOK/A C BHUMAaHuUe
npy 06001aBaHETO U MIPUIOKVMMOCTTA Ha Pe3yJITa-
TUTE OT M3NUTBAHMATA C a[AlITUBEH An3aiiH. Pas-
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VYHU CTPATETU OMXa CIOMOTHA/IY 3a HAMaIsIBaHe
Ha XeTePOTeHHOCTTAa, OfoOpsIBaHe HAa XapaKTepuc-
TYIKaTa Ha 3a00/I5IBaHETO U IIPOTHO3MPAHNs KYPC Ha
JledeHue, KaTo 10 TO3) HauuH O6u Moria fia ce opop-
MH CeNIeKI[MsTa Ha MallMeHTUTe IIPefy paHIoMM3a-
LIUSATA, HO KaTO 151710, /1a HE Ce HaMaJIu CTaTUCTuYe-
CKaTa BaJMIHOCT IO OTHOIIEHNME Ha M3C/IeABaHaTa
nonynauysa. FDA monmbnHKUTeNHO OKypaXkaBa paH-
HaTa KOMYHUKaIys [0 OTHOLIEHVE Ha CBBETU IIO
OLIeHKATa, HAyYHY W/IY MEIULITHCKI BBIIPOCH, KOU-
TO 61Xa MOI/IM [ja BB3HMKHAT B XO/ja Ha mpotieca (3).

1.3. IIporpammu 3a paHeH JOCTBI M NPOLeAypPHU
110 YCKOPEHO Ol00peHNe Ha IeKapCTBa CHpaIy

[Ipn mporpamure 3a paHeH JOCTBII Ha JeKap-
crBa go nmanuenture (Expanded Access Programs
- EAPs B CAIll n Compassionate Use Programs/
Name Patient Programs - B EC) ocHoBHara pasmu-
Ka ce c¢bCTou B TOBA, ye B EC mpomnecst ce perynn-
pa Ha HalVoHaMHO HUBO (6,19). [Ipunuknre Mexxmy
EC u CAIII ce cbCTOAT B M3MCKBAHETO 3a IOK/IaIBa-
He Ha TaHHUTe 3a 6e30MacHOCT OT Te3U MPOTrpaMu
U BKJIIOYBAHETO UM B Ipo¢usia 3a 6e30I1acHOCT Ha
HOpPORYKTHUTE — TabII. 3.

He manka yacT OT 3asB/IeHUATA 32 JIEKaPCTBA CH-
pauy B EC BK/IIOYBaT JaHHM OT IIPOTPaMM 38 MUJIO-
cpppHa ynorpeba. IIpenusBukaresicTBo B Caydas e
BBH3MOXKHOCTTA 32 TOK/IafIBaHe Ha HeXKeJTaHU JieKap-

CTBEHM peaKIVy, KOUTO Ca B pe3y/lTaT Ha Helpa-
BIJIHO ITIpM/IaraHe/yrnorpe6a Ha M3C/Ie[BAaHNUA Jie-
KapCTBEH NMPOAYKT B YC/IOBUATA HA JIMIICA HA KIINU-
HygeH nnporokon (Name Patient Programs). Tosa 6u
MOIJIO Jla TIOB/IVisie Ha IIpelleHKaTa Ha peryIaTopu-
Te B IIpolieca Ha paspeliaBaHeTo 3a yrnorpeba (22).
Jlpyra cplecTBeHa pas/iuka B Ipolieca Ha OlleH-
Ka ce OTHAcs 0 BB3IPUETUTE VSMEPUTENIN Ha Jie-
KapcTBeHa epukacHocT. J[Jokato u FDA n EMA or-
YNUTAT BaXKHOCTTA HA PE3yITAaTUTE, JOK/IABAHU OT
nauyenture, EMA ce ¢okycupa BbpXy Imob6anHa-
Ta OL|eHKA Ha I0K/Ia/IBAHOTO OT IAIlJIeHTa Ka4eCTBO
Ha >)x1BOT, a FDA ce dokycupa BbpXy nsmepurenu,
crienpUYHM 32 KOHKPETHUTE CUMITOMU Y M3UC-
KBa PaHHO IUIaHVMPaHe U CBTPYAHUYECTBO C MAIN-
eHTCKI TPYIIN, 3a Jja ce lepMHUPAT OCHOBHUTE IIPO-
onemu (12).
2. CpaBHUTeIeH aHA/IN3 HA CTUMY/INTE
Cucremara OT BbBeJIJeHU CTUMYJ/IN — PeryiaTrop-
HYI ¥ YUCTO (PMIHAHCOBY 0O/IeKYeHN I, Ca OT OTPOMHO
3Ha4YeHNUe 3a MOTUBMpaHe Ha (apMaleBTUYHNTE
¢upmu npy paspaboTBaHe Ha JIEKApCTBa CUPALNL.
Te ca cxopuu mexxpy EC n CAIIl, ¢ Hsxom pasnuky,
00yC/I0BeHN OT CIlen(pMKITe Ha PerMoHa 11 3aKOHO-
JlaTeTHaTa paMKa - Tab/. 4. DVHAHCOBY CTYMY/IM OT
TUIIA Ha JJaHBYeH KPEeANUT 3a pa3paboTBaHe HAIIPU-
Mep He ca npunoxumn B EC, mopagu pasnmmynnre

Tab6n. 3. CpasHenue Ha pezynamopHume npoyedypu, UMauyu 3a yen npedocmasste Ha YcKopeHo 0006peHue 3a
lekapcmea 3a HenocpeusHamu meoururcku Hyxou 8 CAII] u EC

FDA

EMA

Fast Track craryT
- I'bBKaB Iperyeq ¢ e yCKOpsAABaHe Ha Ipolieca.
- IToBeue cpemu ¢ FDA.

Hsma ekBuBaneHr.

CraryT Breakthrough

- VIHTeH3UBHY HACOKY MO OTHOILIEHNe Ha e UKACHA
mporpama 3a paspaboTBaHe Ha IIPOAYKTA.

- BpBamyaHe Ha cTapmINA MEHU)KBPCKU CHCTAB
Ha FDA B nponefypara c 11e1 ycKopsIBaHe Ha
paspaboTBaHeTO.

Hsma exBuBaneHr.

Perynaropen nmopxon Accelerated Approval

- Ono6peHne, OCHOBaHO Ha CyPOTaTHU MU
MEXJMHHI KpaliHY TOYKM.

OpobpenneTo e noy ycnosue, karo FDA usucksa
IPOBEX/IAHeTO Ha JOII'bJTHUTETHY U3IUTBAHNUA CTIe]
paspelraBaHeTo 3a yroTpeba ¢ Iie/ IOTBBbP)K/jeHNe Ha
KJIVMHUYHUTE TI07I3N, 3a f1a 6'bjie IIOTYYeHO CTAaHJaPTHO
paspeleHue 3a ynorpeba.

PaspemaBaHe 3a ymotpeba 1oy yciosue

He ce usuckBa mbMHUAT HabOp JaHHMU, He Ce MPaBK
YTOYHEHNe 33 CyPOTraTHY KPailHM TOYKMU. YCIOBMETO
3a paspelleHNeTo e IpejocTaBsgHe Ha JOIbITHUTETHN
manuu. Cres IOTBbP)K/leHNe Ha PelIeBAHTHOCTTA Ha
TAHHNUTE pa3pellleHNeTo IPeMIUHABA B IIOCTOSAHHO.

Hsama exBuBaneHr.

Oodobpenue npu usKmoUUmMenHU 00CIOIMENCINEA

- Hembnanu ganuM.

- Hsama ouakBaHe, Ye I'bjIeH Ha0Op JaHHM MOTaT ja
O'bIAT IIPECTABEH.

CratyT Priority Review
- CpKpaTeHo BpeMe 3a IIperief] Ha 3asB/IeHNeTo oT 10
Ha 6 Mecelja.

Ycxopena oyenka
- CpKpaTeHO BpeMe 3a IIperef] Ha 3asB/IeHNeTo ot 210
Ha 150 gHN.
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Perynaropen nopxon kbM nekapcrsara cupany B CAIIl u EC

[AaHBYHM 3aKOHOJATE/NICTBA B OTHEITHNUTE ABPXKaBU
4JIeHKN. 3a CMeTKa Ha TOBA [Ia3apPHUSAT eKCK/Ty3UBU-
teT B EC e mo-nmpoas/okuTesieH u ce HabsAra Ha 00-
JIEKYEeHVSITA 32 MAJIKU U CpeIHU QUPMIL

TeH cekTop. HsMa eyHHa HalMOHA/IHA CUCTEMA 3a
3mpaBHO ocurypsiBaHe. CbeMIHEHUTE 1ATV pasyuu-
TaT Npeay BCMYKO Ha paboToparennTe JOOpOBOITHO
Jia OCUTYPSIBAT 3[{PaBHOOCUTY PUTETHO IIOKPUTYIE Ha

Tab6n. 4. CpasHeHue Ha OCHOBHUME 3aKoH00amenHy cmumynu npu nexapcmeama cupauu 6 EC u CAIL]

Crumynn

EC

CAIIN

[TazapeH eKCKIIy3UBUTET

10 roguHM + 2 B Cy4Yail Ha IefyaTpUIeH
NIPOJYKT

7 TOIVHUI

Pa3xoau mo KIMHUYHOTO
pa3paboTBaHe

Hanbuen xpenurt (1o 50% ot pasxopute
3a KIMHUYIHO pa3paboTBaHe)

CraryT Ha JeKapcTBO
CUpakK

besmnmarHo

besnmarHo

CpaeiicTBue OT
perynaTopHUTE OpraHu
10 BpeMe Ha Ipoleca Ha
KJIMHUYHO pa3paboTBaHe

besnnmaTHO chAelicTBME IO TPOTOKO/IA

besnnmaTHO chAeiicTBME OT CTpaHa Ha
OOPD (Office of orphan Products
Development)

3asiBiicHHE 32 pa3peliaBaHe
3a ynorpeba

40% HaMaJjleHle Ha TaKcaTa; 6e3IIaTHO
B C/Iy4ail Ha MajJIKM U CPeJHY KOMIIaHUA
U 33 IeJMaTPUYHU IPOAYKTU

Ilonm>xeHna Takca

IlonnxeHU TakcH 3a MaJIKU
U CPeIHU KOMITaHHHT

90% moHM>KeHIe Ha TaKcaTa 3a
IIOCTOTOPM3aLVIOHHY VHCIIEK LI
6esmmaTHM nHCHEK Y ripepu PY,
IIOCTOTOPU3ALIVIOHHM JIeIHOCTH, -
BKJIFOUMTE/THO TOJUIIHU TaKCU I10
BpeMe Ha II'bpBaTa rofiyiHa CJIe,
paspelraBaHe 3a yrnorpeba

HayYHV IPAaHTOBE)

(8p3moxxHN) ctumynu ot EK (Hampumep

I'panToBe 1 [OroBOp 3a paspaborBaHe
Ha JIEKapCTBa CUpaLn

[Ty6nuuun poHmOBE

paspaborsane u PY

(B’b3MO)KHI/I) CTUMY/IN OT KOHKPETHIUTE
Abp>XaBU YIIEHKN 3a Hay4YHa ,[[eI7IHOCT,

3. OOy mperen Ha JOCTHIIA 4O Ma3apa Ha TeKap-
CTBa CHpalM C/Ief pa3penraBaHe 3a ynorpe6a —
tengeHnuu B CAIIl n EC
PaspemraBaneTo 3a ynorpeba e M3KIIOUNUTETHO

Ba)KHa, HO CaMO II'bPBa CT'bIIKA 3a JIOCTUTaHe Ha Jie-

KapcTBaTa CUpaly 10 MalMeHTuTe. 3a a IolrydaT

HOCTBII NAIVIEHTUTE, B KOHBEHIMOHATHNA CIydail

JIEKapCTBOTO CUPaK TPsIOBa [a mpeMuHe mpe3 mpo-

IlecUTe Ha IleHooOpasyBaHe 11 penMOypcalus.

B roBa ornomenne CAIIl e obmaromerencreana ¢
10-6bp3 gocrei. CAIIl Hama yHupupaHa sgpas-
Ha CUCTeMa, HSMA YHUBEPCATHO 3[PaBHO 0OCITyX-
BaHe M e[jBa HaCKOPO BJIM3a B CU/Ia 3aKOHOJIaTeNI-
CTBO, 3aJIb/IXKaBalll0 33 b/DKUTETHO BKIIOYBAHE B
cucTeMara Ha 3[paBHUTE IPVIKM 32 TTOYTU BCUYKU
rpakgaHu. 3a pasnnka OT KJIaCMYeCKUTe MOIENH,
BBBEJIeHN ¥ T03HaTu B EBpoma, 3ppaBHaTa cucTe-
ma Ha CAII] Mmo>ke Hati-oOpe ma ce omumIle KaTo XMu-
6pugHa cucrema. [loBeueTo 3apaBHY TPYOKU, JOPU
1 IIyOMMYHO GMHAHCYPAHM, Ce IPEJOCTABAT OT Yac-
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CBOUTE CIYXKUTENIM ¥ JIMLA Ha U3[PDBXKKA; IpaBU-
TE/ICTBEHNTE IIPOrPaMU ca OTPAaHUYEHM JIO Bb3PacT-
HIUTE XOPa, MHBAIM/UTE U TPAKTaHUTE C HUCKU JI0-
xoiy. Bcuuky Tesyt 4acTHM ¥ ITyOIMYHY 3 paBHOO-
CUTYPUTETHY IIPOTPaMI Ce pa3/4aBaT II0 OTHOLIe-
HIe Ha OKPUTUTE 00e3IeTeHN s, U3TOTHUIINTE Ha
¢duHaHCMpaHe U IUIALAHKATA HAa JOCTAaBUMIUITE Ha
MeMLIMHCKY I'PIoKU. BesAka oT TAX MMa cBoM cre-
UQpUYHY METOAM Y YCIOBMS Ha IOTOBapsiHe ¢ dap-
MaleBTUYHUTe KoMIauuu (4). JJocThIbT Ha MaL-
EHTUTE [0 Tepanus ce ONpelers N0 TosgMa CTeleH
OT MHAVBUAYATHUTE UM IIAHOBE VM IIOKPUTMS Ha
3[paBHa 3aCTPaXOBKa.

B EC cutyanusara e ganed 1o-clo>KHa, Tbil KaTo
HAMa eIMHHO 3aKOHOIATEJICTBO B 00/acTTa Ha Iie-
HooOpasyBaHeTO U peumMmOypcupanero. Tbil Karo
EC e ¢bi03 OT 'bp>KaBU C pas3jinMyHa CTENeH Ha MKO-
HOMMYECKO pa3BuUTHe, PUHAHCOBU BB3MOKHOCTY 1
HONMUTHUYECKO YCTPOJCTBO, peryl1upaHeTo Ha LieHN!-
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Te U peuMOypcupaHeTo € 06eKT Ha HAlMOHATHOTO
3aKOHOJIATE/ICTBO Ha CTPAHUTE WIEHKIL.

AHanus Ha BpeMeTo, HeOOXOAMMO OT paspela-
BaHETO 3a yrmoTpebda [0 pelieHneTo 3a penMOypcu-
paHe Ha JIEKAPCTBA CUPAIM C OHKOJIOTMYHU U He-
OHKOJIOTMYHM TIOKa3aHMSA, MOKa3Ba TEHJEHIMA 3a
HO-I'B/IBI TIEPUOJ, NPU HEOHKOOTMYHUTE JIeKap-
CTBa CHpAI[Ml B CpPaBHEHME C OHKOJIOTMYHUTE MPU
HSIKOU Pa3NNIHM MHCTUTYL[MY, OTTOBOPHM 32 OLjeH-
Ka Ha 3[IpaBHUTE TEXHOMOTMMN. 3a CPaBHEHME MOTaT
ma ce mocouat Scottish Medicine Consortium (SMC)
(26 crnpsimo 19 Mmecera), Pharmaceutical Benefits
Advisory Committee, ABctpamus (PBAC) (23 cnips-
Mo 16 mecena). Camo B cryyas Ha National Institute
for Health and Care Excellence (NICE) nepronst 3a
Ol[eHKa Ha JIEKApCTBaTa C HEOHKOMOTMYHY MOKa3a-
HUS € TIO-KPAThK OT Te3n ¢ OHKoornyHu (36 crpsi-
Mo 24 Mmecera). BB Bpb3Kka ¢ ToBa MOXe fia ce Ha-
IIPaBY M3BOJ, Y€ BbBEKAAHETO Ha crerduyHo 3a-
KOHOJIATE/ICTBO B 00/IacTTa Ha paspelraBaHeTo 3a
yrmorpeba Ha JleKapCTBa CUpALY U TAPAHTUPAHETO
HA PaBeH OCTBII HA MALMEHTUTE IO TAX € U3II'BII-
HUJIO POJIATA CU, HO He B II'b/IHA CTEIEH B Pas/iny-
HUTE [['bPXKaBMU, TIOPA/IM HALIMOHATTHITE 0COOEHOCTI
Ha CUCTEMIUTe 32 lleHooOpasyBaHe 1 penMOypcupa-
He (2,28).

B moBeueTo cTpaHU JOCTBIIBT Ha MAIMEHTU Ce
PaBHsBa Ha IPeJOCTaBAHE Ha IOCTBII JIO CIMCDKA 33
B'b3CTAHOBSIBaHe, C U3KITIOUeHe Ha OOTHUYHM TIPO-
nykTtu B Janusa, Punnangua, Hopsernsa u lllsenns,
K'b/IETO HAKOM IPOAYKTHU He ca 00XBaHATY OT OO Y-
Te cXeMa 3a Bb3CTaHOBsBaHE U TaKa TOBA MO-KpaT-
KO 3a0aBsHe M3KYCTBEHO HaMaJjlsiBa CpefHOTO. BbB
®DpaHLMA HAKOM VHOBAaTMBHM IPOAYKTU 0e3 KOH-
KypeHTH MoraT jja O'b/IaT IIpefjoCTaBeHM IIpefy pas-
pelllaBaHe Ha Ia3apa IO CUCTeMara 3a BPeMEHHU
pasperenus (Authorisation temporaire d’utilisation
- ATU). T'pit KaTO Te He Ce B3eMaT MPeBU B AHAN-
3a, cpeHaTa CTOMHOCT 3a DpaHIM e T0-BUCOKa OT-
KOJIKOTO B JeMCTBUTENHOCT (2,23).

Pemenne Ha ToBa yjgbB/DKaBaHe Ha OOIIOEBpPO-
IIEJICKO HUBO Ce ThPCU 4pe3 BbBefeHuTe npes 2017
r. o6y koHcynTauyy Ha EMA u EUnetHTA. Tosa
¥IMa 32 LieJI /ja TI03BO/IM Ha papMalleBTUIHuTE Pup-
MU Jla IOlTydYaT oOpaTHa Bpb3Ka OT OpraHUTE 3a
otienka Ha 3gpaBHuTte Texuonornu (HTA) oTrHOCHO
TeXHMWTE IUIAHOBE 3a TeHepUpaHe Ha 0Ka3aTe/CTBa,
3a Jja TIOJIKPEIST B3eMaHEeTO Ha PelIeHMs 3a paspe-
IIeHNe 3a ynorpeba 1 peuMOypcupaHe Ha HOBM Jie-
KapCcTBa €[JHOBpEMEHHO. le3u KOHCYITalMM MO-
raT fia ce IPOBEX/AT IIPefy WIN CJlef, IyCKaHeTO Ha
IpOAyKTa Ha ITasapa. LlenTa e ga ce moMorHe 3a rese-

Ta6n. 5. SWOT-ananus na pecynamoprume npakmuku u HAKOU 00UU NOTOHEHUS NO NPoUeca Ha peumbypcupare u
docmen 00 nayueHma

CumrHu cTpann

CAIIL

[To-paHO MMIIZIEMEHTHMPAHO 3aKOHONATEICTBO B 00/1acTTa

[To-ronsAM oNMT IpH pery/aTopHaTa OIleHKa Ha JIEKApCTBA CHPALN

[To-ronaM onut Ha 6U3Heca IIpu pa3paboTBaHe U KAaHAMAATCTBaHe 3a CTaTyT U PY Ha jekapcTBa cupanu
Epvnna perynaTopHa 1 peuMOypCHa CUCTeMa, KOATO OCUTYpsABa I0-0bp3 JOCTBII Ha MALMEHTHUTe JO TepalyuaTa
PaspaboTeHa I'bBKaBa CHCTeMa OT peryJTaTOPHU MeXaHU3MI 3a CKbCABaHe Ha CPOKa 3a IIoly4aBaHe Ha PY
Cop3paBaHe Ha IIpYBJIeKaTeTHa OM3HeEC Cpefia ¢ I10JI3a 3 MAlUeHTUTe

OnrumMusupanu pa3xonnu 3a paspaboTBaHe Ype3 I0/I3BaHe Ha JAHDBYHY O0/IeKIeHU A

Cnabu crpanu

CAIIl

HO-KpaT'I)K Iepyuoj Ha ma3ape€H €KCKIIy3MBUTET

ITo-BuCOKM LIeHM Ha JIEKApCTBEHUTE IPOJyKTI

HOCT’I)H’I)T Ha MallM€HTNTE B HE MaJIKa CTEIIEH 3aBMICY OT MHAMBUAYA/ITHUTE 3aCTPaxXoBaTE/THN IIJIAHOBE

BB3MoxHOCTU

CAIIl

XapMOHM3MpaHe Ha KPUTEPUY M TEPMUHOIOTUA

nofajieHn 3asABaeHn 3a ctatyT Mmexxay FDA n EMA

HOH'I)HHI/ITCIIHO cOnmmyKaBaHe HA M3MCKBAHUATA [0 OTHONIEHE HA KIMHUYHATE OJAaHHU

3agpr6ouaBaHe 1 yIeCHsBaHE HA Ch3/IaleHIS €[N HEH XapMOHM3PAH MPOL[eC 3a OL[eHKa Ha e[JHOBPEMEHHO

Sammaxm

CAIIl

3allylaXxa B I'bJITOCPOYEH IIJIaH
HeCI/IprHOCT IIO OTHOIIEHME HA KIMHUYHUTE JaHHU

HenbnHu ganHy 3a 6€30IMaCHOCT OPagu ManKusi Opoit marueHTy, KOUTO 6Mxa MOT/IN A IPeCTaBIsABAT
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pUpaHe HAa ONTUMATHU U CTAOMITHU [OKAa3aTe/CTBa,
KOMTO /I3 33/I0BOJIAT HYXKANUTE KAKTO Ha PeTyIaTop-
HUTe opraHy, Taka v Ha HTA arenunnre. EdpexTns-
HaTa KOMYHMKAIA MexAy papmareBTUuHuA 613-
Hec, perynaropute u HTA aremuumre mopmomara
HaOMpaHeTO HA TaHHM B MOAKpeINa Ha B3eMaHETO
Ha eeKTUBHU peuMOypcHU pemeHus. Tosu mpouec
HOZIIOMAra yCKOpsiIBaHe Ha JOCTbIIA Ha MAI[IeHTUTe
IO YKM3HEHOBA)KHM JIEKapCTBa M JIOIPUHACH 3a Iis-
JIOCTHMSI TIPOLieC Ha TOfoOpsiBaHe Ha OOIEeCTBEHO-
To 3xpase (17).
4. SWOT-ananus Ha peryIaToOpHUTe NPaKTH-

KI B IBaTa permoHa

Perymanuara Ha JeKapcTBEHUTE IIPOLYKTU
BK/IIOYBA HA/MMYMETO Ha KOHKYPEHTHU LIe/M, CBBp-
3aHU C OCUTYPsIBaHETO Ha 0e30MacHOCT U eduKac-
HOCT TIPU ChllleBPeMeHHO OBpP3 Mpoljec Ha paspa-
60TBaHe HA MHOBATMBHU TEPANNM U PaspellaBaHe
3a ynorpeba. CAIIl n EC nogxoxxaar no pasnndeH
HauMH B KOHTeKCTa Ha To3u nporiec. [Jokaro B CAII]
BMHATY Ca IPUIaraan HeHTPpantn3upaH MOAXO Ype3
efHa-efMHCTBeHa areHuus - FDA, To EBponericka-
Ta KOMUCUA CUHXPOHU3NPA perynanunTe Ha 28 pas-
JIVYHU IBPXKaBU, KOUTO ca 00eITHEHY ChC Ch3/IaBa-
HeTO Ha EBpormeiickus cbio3. B ucropmyueckn mmax
FDA e cp3pmazeHa KaTo areHIs 3a 3allliiTa Ha IIO-
TpebuTennTe, JOKaTO HEOOXOAMMOCTTA OT peryJa-
TUBHaTa QyHKIMA Ha EBpormeiickara koMmucus e or-
TOBOP Ha MOTPeOHOCTTA 38 XapPMOHM3AIIVS HA MEX-
AYAbp>KaBHU TBPrOBCKYM MHTEpPeCH IIpY 3alla3BaHe
Ha HAllMOHa/mHaTa ,aBToHOMHOCT.” [lopamu ToBa,
nokatro FDA ce BbB3moi3Ba OT NIpefuMcTBaTa Ha
LIEeHTpa/In3alusATa U efUHHNTe npaBuia, To EC pe-
Ty/upa JIeKapCTBEHNUTe IIPOAYKTM Ype3 Mpeka OT
LEHTPIM3UPaHN U JAEleHTPaau3MpaHy areHIuu,
CBIIECTBYBALM B AbpKaButTe wieHku. [Ipmnmku-
Te U pas3NMKuTe B perynaropuuTe npaktuku B EC u
CAIIl, onjeHeHy npe3 Mpy3MaTa Ha CbIIeCTBYBall /-
Te B TAX IJIIOCOBE, MUHYCH VI IIPEAN3BUKATE/ICTBA Ca
IIpefiCTaBeHN B Ta0JL. 5 MO-70my:

IVICKYCUS

CpaBHUTETHOTO IIPOy4YBaHe, KOETO HAIpPaBHU-
XMe, HU 1aBa OCHOBaHIe 32 CTIe[IHUTE U3BOLIIL:

e yCWINATA 33 XapMOHM3MpaHe Ha M3MCKBa-
HUATAa M CBTPYRHMYECTBOTO Mexay EC u
CAIIl ca OCHOBHMSAT U M3KJTIOYMTETHO BakeH
MEXaHU3bM Jla Ce YCKOpM pa3paboTBaHETO U
ITyCKaHeTO Ha I1a3apa Ha JIEKapCTBa 32 PefIKI
3abonsaBanusA. EBeHTyanmHO obefuHABaHe Ha
IpOLiecUTe II0 IIperyiefi OLieHKa, TaM KBIeTO €
B'b3MOXKHO, OV JJOHEC/IO TIO/I31 Ha Mal[MeHTH-
Te 1 B JiBeTe reorpadckm 06mactu.
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e KBM HACTOALIMA MOMEHT perylaTOpHUTE
pasmmuna mexpy CAIIl u EC morar fa Bb3-
HpeNATCTBAT pas3LIMpsBaHETO Ha (apmalie-
BTUYHUTE nasapyu. CTPyKTypHUTE U PyHK-
nuoHanHuTe pasnuund mexay FDA n EMA
HajlaraT CBOEBPEMEHHO I a/IeKBaTHO IIaHNU-
paHe 3a ajjanTHpaHe KbM M3MCKBaHMATA 32
paspaboTBaHe ¥ IyCKaHe Ha I1a3apa Ha Jle-
KapCTBEHU IIPOAYKTY B MEXX/[yHapOJieH II/IaH.
CbBMECTHUTE JOTOBOPEHOCTY MEXY IIPaBH-
TEJICTBEHNTE areHLNN U JIUAEPUTe B MHIYC-
TpusATa ob6ade 0OyCIABAT yCUINATA B PALIO-
Ha/IM3MpaHe Ha Ipoljeca 3a I0-0bp3 JOCTBII
Ha 0e3oIlacHM JIeKapcTBaTa 3a OOILECTBOTO.
bbpemjara xapMOHM3aLysA HA peryaropHara
paMKa MeXAy areHIuTe 1e HOATIOMOTHe 13-
6arBaHe Ha fyOMMpaHeTo Ha paborara u yc-
KOpsIBaHe Ha IIpolieca Ha IIpersie] B 107132 Ha
BCUYKV 3a/[HT€PECOBAHM CTPAHIL.

o CAIll nmpoxmpmkaBaT Jja UMa BOfela ponis B
paspaboTBaHETO ¥ PErucTPUpPAHETO Ha JIe-
KapCcTBa CHpany IOpafy MO-PaHHO MMILJIe-
MEHTMPAHOTO 3aKOHOJATEICTBO ¥ PpefnLa
(MHAHCOBY ¥ a[MUHVCTPATUBHU OOIeKde-
Hus. OCHOBHATa 3alaxa 3a JJOCT'bIIa Ha I1a-
inentute B CAIIl 6u 6una cepp3aHa ¢ MHAK-
BUYa/IHUTE 3aCTPaXOBATETHN IIOKPUTL.

o Hanentpanno HuBo B EC ce ocb3HaBa 3Haun-
MOCTTA Ha Ipobyiema 1 ca pa3paboTeHn Mep-
KJ M CTUMYJIX 33 IO-0'bP3 JOCT'BII Ha MAIlVIeH-
TuTe. 3a0aBSAHETO M JOII'B/THUTE/THY a[MIHY-
CTpaTMBHY ¥ (PMHAHCOBYU CITBHKM Ce HaO/II0-
[aBaT HA HALMOHATHO HMBO IIOPajy CIeLN-
(UYHNTE 3aKOHOJATETHU U3UCKBAHMS B [IbP-
JKaBIUTe YICHKI.

3AKJIIOYEHUE

[ToppoOHNAT CpaBHUTEIEH aHA/IN3 OT CTPAHA Ha
EMA n FDA, pecniekTuBHO 3a EBpornerickus cbios
CAII, moguepTaBa ompesiesieH Opoit CXOICTBA I Pa3-
INYINA MEXIY CTUMY/INTE, KOUTO Te€3U JIBE perysa-
TOPHU MHCTUTYLVIY IIPEJOCTaBAT Ha (papMaIieBTIY-
HITEe KOMITAHNUM, IPOU3BEXAIIN JIEKapCTBa CUpa-
un. Vl gBeTe peryaTopHM areHIuy OCUTypABaT: Cb-
KpaTeH! CPOKOBe Ha paspelllaBaHe 3a yIoTpe6a; 13-
KJIIOYEHV A IIPY 3aIUIalllaHETO Ha O Pefie/IeHN TaKC;
MIOMOII] TI0 IIPOTOKOJIA 11 IIpOIleca Ha pa3paboTBaHe
" GMHAHCOBM OOJIEKYEHIIS; YIeCHEHUA IIPY CITydan
Ha IIapajieTHO OfoOpeHMe Ha JIeKapCTBa CUpALN.
PasnuynsaA ce ycTaHOBABAT IpM C/Ty4Yal Ha IasapHa
U3K/TIOYUTETHOCT, NAHDBYHM CTUMYIM U OTIyCHa-
T cyocuaun. [lasapHata M3K/IIOYUTETHOCT CIIOPE
npaBuara Ha FDA e orpaHndyeHa B paMKuUTe Ha 7
rOfMHIY, 32 pasznuka oT EMA, xbaero T4 e 10 rogu-



Acena Cep6e3oBa, Kpacumupa 3aiikoBa, [Jannena YamoBa

HII ¢ Bb3MOYKHOCT 32 YBe/IIUeHNe C Ollje 2 TOAVHM 32
HeAVaTPUYHY JIEKapCTBa € Off0OpeH Hay4YHOM3CIIe-
moBaresicky mwiaH. [Janbuamure obnexkuenns 8 CAIIL
ce onpepenat oT FDA u ce oTHacAT 3a BCUYKY IIATH,
nokaro B EC Te ce onpenenar renepantHo or EMA
3a BCUYKM I'bP>KaBy YIEHKM, KaTO CbILIeCTBYBa Bb3-
MO>XHOCT 3a Ha/laTaHe [OII'b/THUTETHI Hal[MOHATHA
TAKCU I10 IIperieHKa 3a OT/Ie/THM JIeKapCTBa CUPALIH.

JlBeTe perynaTopHU MHCTUTYLUY IIPESOCTABIT
cyOcuauy Ha papMalieBTYHY KOMITAaHUY, KaTo pas-
INYMATA Ca B M3TOYHMIINMTE Ha (PUHAHCOBOTO HOJ-
nomarase. [Ipu FDA ¢unancupaneTo ce ocuryps-
Ba INPEKTHO OT OI0[)KeTa Ha areHI[MsTa Ipe3 coOCT-
BeHara ,,[Iporpama 3a pasBuTie Ha TeKapcTBa cupa-
1y’ 3a pasnuka EMA HsAMa npaBoTO fia IpefocTaBs
cyOCuauy 3a TasM 1e/1 OT COOCTBEHM s CU OIOfKET.

IIpes nmocneguute roguunu EC n CAIl] monmarar
yCUIus 3a B3a¥IMHO CBTPYAHNMYECTBO B peryamus-
Ta Ha JIeKapCTBaTa CUPAIlH, KAKTO U B 00/IACTU KaTo
oOMeH Ha MHpOpMAIVA Y CTAHAAPTU3ALMS Ha pas-
pelleHMATa 3a ynoTpeba 3a 671aroTo Ha MUIMOHNUTE
MAL[MEHTY OT IBETe CTPaHU Ha OKeaHa, CTPaJjalliyl OT
penku 3a00ABaHMSL.
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