Menvnurkosa E.B.

YciaoBHas perucrpanusi: NIpuUMEHEHHUE, OﬁOCHOBaHI/Ie, 00513aTeILCTBA
QI'BY «HL[DCMII» Munzopaea Poccuu, Mockea, Poccus

Buenpenve WHHOBAIMOHHBIX JIEKApCTBEHHbIX mpenaparoB (JII[I) B meaumuHCKyro
OPAKTUKY JUIS  JICUYEHUS TSKENbIX OJKU3HEYrpoXKaroumx 3aboseBaHMil (Tpexknae Bcero,
OHKOJIOTUYECKUX, TIEHETHMYECKUX) B HACTOSAILIEE BpPEMS MOXKET OBbITb YCKOPEHO IpHU
MCIOJIb30BaHUU OCOOBIX MEXaHM3MOB PErucTpaluu. B cooTBETCTBUU ¢ 3aKOHOIATENbHON 0a30it
EBpasuiickoro sxonomuueckoro cotosa (EADC) momobHble MEXaHU3MBI MMO3BOJISIFOT MPUMEHSTh
JIIT mpu orpaHHYEHHBIX JAHHBIX O €ro KIMHUYECKON pa3paboTke, a B Cilydae SKCTPEHHOMU
HEOOXOAMMOCTH M IIPH HEHOJHBIX J@HHBIX O OModapMaleBTHYECKON pa3paboTke U
JOKIMHUYECKUX UCCIIeOBaHUSIX. MexaHu3M yciaoBHoU peructpanuu (YP) sBisercs HOBbIM AJist
3akoHonarenbcTBa  Poccuiickon  @enepaumu u  npumensiercs kK JIII, oTHeceHHbIM K
HEY/IOBJICTBOPEHHOM MeauIHCKoM noTpednoctr (HMIT) miist 3mpaBooxpanenus [1].

Lenp pabotel — onpeznenenue turnos JIII, B OTHOMIEHNH KOTOPBIX MOXKET MPUMEHSATHCS
MEXaHM3M YCJIOBHOM  pPErUCTpalMu, a TaKKe BbIABICHHE OCOOEHHOCTEH  cocTaBa
PErMCTPALlMOHHOTO JIOCh€ M €ro SKCHEPTHOW OLIEHKM B paMKaxX IOCyAapCTBEHHOM YCIIOBHOM
peructpaunu Ha npumepe JIII, pazpemeHHbIXx K MEIULIMHCKOMY IPUMEHEHUI0 B EBponeiickom
coroze (EC).

3akoHOJaTeNbHbIE aCIIEKThl IPUMEHEHNs MexaHu3ma Y P onucanbl B noapasnaene VINLIII
n Ilpunoxenun 26 IlpaBun peructpauuu M HKCIEPTU3bl JIEKAPCTBEHHBIX CPEACTB s
MEAMIIMHCKOTO IPUMEHEHHUs, yTBepKIeHHbIX Pemennem CoBeta EBpa3uiickoil 3KOHOMHUYECKON
Komuccud oT 3 HostOps 2016 1. Ne 78 (manee — Ilpasuma) [1]. B kauectBe obGocCHOBaHHS
BO3MOKHOCTH TmipuMeHenust YP JIII 3asBurento HEoOXOAMMO TMPENOCTaBUTH CIIECIYIOIIUE
JI0OKa3aTeNIbCTBA!

1) olleHKa OTHOUIEHMS 0>KMJIa€MOM IMOJIb3bl K BO3MOXXHOMY pHCKY npumenenus JIII,
MPOBEJICHHAs HAa OCHOBE Y€ UMEIOIINXCS JaHHBIX KIMHUYecKuX uccnenoanuii (KN), seisercs
MOJIOKUTEIBLHOM;

2) B panbHeiieM 3asBUTENb CIIOCOOEH MPEJOCTABUTh HCUEPMBIBAIOIINE JAHHBIE O
kauecTBe, dPdexkTuBHOCTH U Oe3zomacHOCTH. B cimydae VP perucrpanrioHHoe yaocToBepeHue
BBIJIa€TCSl CPOKOM Ha OAUH Trof, nHpopmaims 00 YP BHocutcs B o0mryro xapaktepuctuky JIIT u
MHCTPYKIHIO N0 MEIUIIMHCKOMY IPUMEHEHUIO, MPEeA0CTaBlIeHne OOHOBIEHHBIX JaHHbIX o KU
(M ApYTHX) OCYLIECTBISETCS €XKETOIHO;

3) peructpanus JII1 mozsonaut ynosiaersoputs HMIT;

4) monp3a oT HemeaneHHou noctynHocty JIIT manueHTam mpeBbIIaeT pUCKUA OTCYTCTBUS
MIOJTHBIX JTAHHBIX O €ro pa3padoTKe;

Kpome Toro, perucrpaniioHHOE 10ChE JOJDKHO COAEP)KaTh pPe3yNbTaThl 0OOCHOBAHUS
HMII — otHecenue k ogHoMy Ui HeckonbkuM Tunam JIIT unu o6ocHOBaHME TepaneBTHUYECKOTIO
npeumyuiectsa (puc. 1). Jns ycnoBHOH perucTpanui BO3MOXKHO NPEIOCTaBICHUE Pe3yJIbTaToOB
KM ¢ meHbmuM pa3MepoM BBIOOPKH U (MJIM) C MEHbLIEH MPOJOJIKUTEIbHOCTIO U (MJIH) C
WHBIMU KOHEYHBIMH TOYKAMH, MO CPaBHEHUIO C TEM CTaHAApPTOM MCCIEIOBAHUM, KOTOPBIHA
Heooxoaum st noarBepkaatomux KU JIIT qist aToro mokazaHust K MpUMEHEHHUIO.

B xome mnpoBeneHHMs OSKCHEepTH3bl JIOJDKHA OBITh TPOBEACHA OLEHKA CTENEeHU
HEOIPEJETEHHOCTH MTPU MPOTHO3€ KIMHUYECKOU MOJIb3bl HA OCHOBE MPOMEKYTOUYHON KOHEUHOU
TOYKM U OOOCHOBAaHME MPUEMIIEMOCTH JTOH CTENEHU HEOIPEASIIEHHOCTH B OTHOILECHUH
OJIaronpuATHBIX W HEONAroNpUSATHBIX IOCIEICTBUI, a Tak)Ke YCTaHOBJIEHBI 0053aTenbCcTBa U
CPOKM MX BBINIOJHEHUs. B kadecTBe nmpumepa 0COOEHHOCTEN COCTaBa PErMCTPALMOHHOTO JI0ChE
W DKCTIEPTHOW OIleHKH B ciydasx YP Obutm paccmorpensl cnenyromue JIII, paspermeHHsie
npumenennto B EC: Zolgensma (Novartis Europharm Limited), Roctavian (BioMarin
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International Limited), TECVAYLI (Janssen-Cilag International N.V.) [2—4]. Paccmorpennbie

JIIT orrecens! B EC k opdanHbIM.
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- 00BEKTUBHBIC U TIOTAFOIIUECS
KOJIMYECTBEHHOM OIleHKE
MEIUIIMHCKHUE UIIH
SMHUIEMUOJIOTUIECKHIE CBEACHNUS;

- rpa)vK¥ CMEPTHOCTH U OXKHIaeMOM
MIPOIOJDKUTEIFHOCTH KU3HU;

- aHAJU3 MOPOUIHOCTH U
MOCTIEICTBUI 3a00JICBaHUS
(cocTosiHUA) AJIs TOBCETHEBHOM
JKU3HEICSITEILHOCTH MAIEHTOB;

- IpeoTBpaIieHne (OpMUPOBAHUS
CEPHE3HOr0 MHBATUAN3UPYIOIIETO
COCTOSTHHSI UJTM CMEPTENFHOT0 MCX0/1a
JTOJKHO OBITh OCHOBHBIM ITOKa3aHUEM
K npuMeHenuto JIIT

- yKa3zaHue (CChUIKA) Ha
COOTBETCTBYIOIIYIO
pesomronuio BO3;

- YKa3zaHWe Ha MephI
MPOTUBOJAEHUCTBUS
pacripocTpaHeHHUIO
YTPO3BI 3I0POBBIO
HaCEIJIeHUS,
YTBEPXKICHHBIC
YHOJTHOMOYEHHBIM
OpraHoM TrocyaapcTBa-
qIieHa

- konus peuieHust YO
(3xcniepTHOM
OpTaHM3aIiN)
pedepeHTHOTO
rocyaapcTsa o
npucsoeHuu JIIT
craTyca op(paHHOTO;
- UHOE
JIOKYMEHTAJIBHOE
MOJTBEPXKICHNE
HaJINYUS Y JaHHOTO
JIIT craryca
optanHOTO

Puc. 1. Ocobennocmu pecucmpayuonnozo docve nekapcmeenuwvix npenapamos (JII1), nooannwvix
Ha ycnosHyio pecucmpayuio (YP), npu o0b6ocHosanuu Hey0081emeopeHHOU MeOUYUHCKOU
nompeornocmu (HMII) cucmemvol 30pasooxpanenus

HeomnpeneneHHOCTh B OTHOLIEHUH KaK OJIaronpusATHBIX (MccienoBaHus 3pGEKTUBHOCTH),
TaK U HEONarompusATHBIX COOBITHH (MccieqoBaHUS O€30MacHOCTH) JUISl PacCMOTPEHHBIX
npenapaToB Oblla B OCHOBHOM CBsI3aHa C HEOOJBIION BBIOOPKOM MAIMEHTOB, OTCYTCTBHEM
aKTUBHOT'O KOHTpOJIA M pe3ynbratoB gonrocpouyHbix KH. OcobGeHHOCTAMHU 00s3aTelabCcTB B
pamkax YP mis JIIT Zolgensma 6bu10 ycTaHOBIIEHHE 0053aTEIbCTB OTHOCHTENILHO KauecTBa. UTo
KacaeTcs HenmoJHbIX JaHHbIX KU, To 3asButensmM HeoOxonumo 3aBepuinth Bce KU, koTopsie He
ObLIM 3aKOHYEHbI Ha MOMEHT pPAcCMOTPEHMsSI MaTepHalioB PEruCTPAllMOHHBIX JOChE
perynaropHbiMu opraHamu EC, n npeacTaBuTh MX pe3yinbTaTbl, B TOM YHUCIIE JOJITOCPOYHOTO
HaOJI0/IeHus 3a NalleHTaMu, a Takke nposefeHre KU 1i1s oTaenbHbIX TOArPYIIN MalueHTOB.

Pesynprar u3yueHHMs 3apyOeXHOIro ONbITa OCOOEHHOCTEH OSKCIIEPTHOM OLEHKU
peructpanroHHoro aocke JIII ¢ YP moxer ObITh HCIIONB30BaH pa3pabOTUMKaMU B IIpoIecce
BbiBoJ1a JIII Ha perHOK EADC 1o nmpouenype yclioBHOM perucTparum.
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