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3AAB/IEHUE OB OrPAHUYEHN OTBETCTBEHHOCTW

Mudopmaums, copepxauiaacs B aanHHoi nHdopmaumonHon 6powiope ECFS-CTN «Knu-
HUYECKME UCMBITAHUA NPU MyKoBMCUMao3e: MHbopmauus ans naumeHTos» npesHasHaYeHa
uckmounTensHo ans uenei obuen uipopmaunn. ECFS-CTN He paert Hukakmx yTeepxaeHuit
UMK TAPAHTHI KAKOTO NGO POAA MOHOTHI, TOYHOCTH, HAAEXHOCTH, MPUFOAHOCTU UK AO-
CTYMHOCTU B OTHOLLEHWM COAEPXAHMS AAHHOM MHbOPMauroHHoR Bpowiopsl. Cnegosarens-
HO, KAKOE-TMBO AOBEPUE B OTHOLLIEHUM AAHHOMN MHPOPMALMM ABAAETCA CTPOrO NPEAMETOM
COBCTBEHHOTO pUCKa.

Hu npwm kakux 06CTOATENECTBAX GBTOPLI HE HECYT OTBETCTBEHHOCTb 3a KAKOM-TMB0 yBbITOK
U yuiepB, BKIIOYAA KOCBEHHbIM MW NOCHEayoWMI YOLITOK Min yep6, kakum 6bl OH HU Bbin,
BO3HMKLIMI B PE3YNbTATE NOTEPM AAHHbIX MW AOXOAOB B PE3YNbTATE MCMOMNL3OBAHMS AAHHOM
MHDOPMALMM MK B CBA3M C HEN.

B naHHOM uMHPOPMAUMOHHOM Bpowiope NPEeRioXeHsl CChikM HA  Apyrve BeOCaMTH,
He Hoxopdwmecs nop koHtponem CeTn knuHmueckux mucnwitanuii Esponeiickoro obuie-
ctea mykosucumposa (ECFS-CTN). AsTopbl He MMEIOT MpaBa KOHTPOMMPOBATL NPUMPORY,
COREPXAHME M JOCTYNHOCTb 3TUX CANTOB. BrmioueHune kakmx-nnbo ccbinok He 06a3aTensHo
NOAPA3YMEBAET PEKOMEHAALMIO UITM NEPEAAYY BEIPOXEHHBIX B HAX TOYEK 3PEHUS.

ECFS-CTN®@uzleuven.be
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BBEAEHUE

afayeit JaHHOM BpoLLopsl ABRAETCS

0BBACHMTB, KOK PA3pAbATLIBAIOT HO-
BOE NIEKAPCTBEHHOE CPEACTBO, M KAK Ma-
umeHTsl ¢ Mykosucumgosom (CF; ot awnrm.
cystic fibrosis) MOryT nomous npoasuxe-
HWIO 3TOTO UCCNIEAOBAHUSA MAKCUMASBHO
ObICTPLIM M 6E30MACHBIM CMOCOBOM.

Mykosucumnpos (CF) sensetca wacnen-
ctBerHbM 3a60nesanmnem. OCHOBHbIMM
CMMNTOMOMM ~ ABAIAIOTCA  PELMANBMPY-
lolMeE nerodHble MH EKUMM M Nnoxoe
nuwesapenre. PaHHas  anarHocTuka
(8 petcTee), cobniopenne onpepenex-
HbIX yCJ'IOBl/Il‘/i nevyeHmsa, nNUMTaHusa, 3aHaA-
TUA  KMHE3UTEPANWEN, MCMNONb30OBAHME
COBPEMEHHBIX NEKAPCTBEHHbBIX CPELCTB,
NO3BOMUAM 3HAYUTENBHO YBENMUYMTD Bbil-
XMBAEMOCTb 3Tux naupeHTos (no 40
n 6onee net). Tem He meHee, 3To 3a60-
NeBaHMe COKPALLQET MPOAOMXMTENb-
HOCTb XM3HU. [10 Mepe yxyaLeHus co-
CTOAHMA 3A0POBbLA NAUMEHTA, CITOXHOCTb
M CTOMMOCTb NleYeHMs BO3PACTAET, O Ka-
4ECTBO XM3HM CHMXaeTca. DTa 6onesHs
BCTPEYAETC BO BCEM MMPE Y MyXYMH
M KEHWMH M sBnseTca Haubonee pac-
NPOCTPAHEHHBIM, YIPOXGIOLLMM  KM3HM
HOCNEACTBEHHbIM 3a60NEBAHMEM, NOPA-
XQIOWMM EBPONEOUAOB. TemM He MeHee,
€ro CUMTAIOT PEOKMM (MnM «OPPAHHBIMY)

saboneesannem. Cpean 27 ctpan EC
4aCTOTO  BCTPEYOEMOCTM  COCTOBASET
0,74 na 10000, n okono 30000 naunen-
toe ¢ CF sapernctpuposaHo B 35 espo-
NEeNCKMX CTPAHOX.

leHeTuMyeckas npuunHa 3a60nNEBAHMS
ussectHa Ha npotsxeHun 20 net u co-
CTOMUT B OLIMBKAX B OBEnx KOMMsIX reHa,
KopupyloLllero  Genok,  ABRSIOLWMACA
TPAHCMEMOPAHHBIM - PETYIATOPOM  My-
kosucumposa (CFTR; ot awm. cystic
fibrosis transmembrane conductance
regulator). MykoBucumnos B pencremn-
TENLHOCTU ABNAETCH AYTOCOMHO-PELEC-
cuBHbIM 3060neBaHmeM. Betpeuaetca y
0BOUX NONOB («aYTOCOMHBIN» O3HAYAET,
YTO TeH He NOKANM30BAH HA MOOBbIX
xpomocomax). «PeueccuBHbiity  03Ha-
yaeT, u4To 3060NEBAHMEM CTPAAAIOT
TONBKO NIOAM C OWMBKON B 0BEnxX Konu-
ax reda CFTR. Jliogn, crpagaiowme CF,
CNEfOBATENbHO, HACNEAYIOT QHOMOSb-
Het ren CFTR ot obowx poauteneit.
Poantenn 300poBbl, OHM HECYT TOMbKO
ofHy aHomarbHylo konmio reHa CFTR.
WNx naseieaioT Hocutenamu. Korna oba
POAMTENS HECYT QHOMOIBHYIO KOMMIO
rena CFTR, npu kaxgor 6epemeHHOCTH
CyLECTBYET BEPOATHOCTb MOPAXEHUS
nnoaa 1/4.

BBEAEHUE

[Mou CF cywectsyer HapyleHune reHe-
TUHECKOTO KOAQ M OEenokK, HA3bIBAeMblk
CFTR, Hecnocoben «k npasunbHOMY
YHKUMOHMPOBAHMUIO.

benok CFTR paeTt BO3MOXHOCTb TpAHC-
MOPTA COMEN B PA3NUYHLIE OPTaHbI.
B nbixatenbHbix nyTax, koraa 6enok
CFTR He ¢yHKUMOHMPYET NPABUILHO,
CEeKpPEeT CIU3UCTbIX Xené3 CTAHOBMTCS
OYEHb BA3KMM, BlbIXOEMble BAKTEPUM W
opyrve 6OnesHeTBOPHLIE MMKPOOPra-
HM3Mbl MNOXO BLIBOAATCH M BbI3bIBAKOT
XPOHUYECKYIO MHOEKUMIO LbIXATENbHbBIX
nytei. B nuwesaputensHon cucteme
QHOMQIbHbLIM TPAHCMOPT CONEN B pe-
3yNbTATE NPUBOAMT K HAPYLLUEHHUIO Ce-
Kpeumu NULLEeBApUTENbHLIX GEPMEHTOB,
BCTPEUaoTcs Npobnemsl Npu nULLEeBa-
PEHUM M HELOCTATOYHAR MACCA TENQ.

3HaHKMA O TOM, KaKMM O0BpPa3omM owmb-
KQ B reHe NPMBOAMT K OTCYTCTBMIO MM
AMCHYHKUMM Benka, OTKPLIBAIOT HOBYIO
spy wuccneposanuit.  Maentupuumpo-
BAHO HECKOMbKO HM3KOMONEKYNAPHbIX
XMMMUYECKMX  COEAUHEHMI, CMOCOBHbIX
npeogonesats ocHosHoM aedekt CF
B Ky/nbTypax knetok. B HacToswee spe-
Msl 3TW HOBbIE CTPATErMM NEYEHUs NPo-
XOOST oueHky Ha nauueHtax. Kpome

TOrO, TOKXE OCTOETCS BAXHbLIM MCCNEROo-
BATb, KOK YCOBEPLUEHCTBOBATH JleYeHne
NIEroYHOM MHBEKLUMU 1 KOMNEHCUPOBAT
nPo6remsl C NULLEBAPEHUEM.

B cnyuae peakoro sabonesanus, nogob-
nHoro CF, dapmauestmueckum dbupmam
M3BECTHO, YTO MOTEHUMANbHbLIA PBIHOK
s NPOAAXU NEKAPCTBEHHbIX CPEACTB
oTHocuTenbHO Hesenuk. K cyacTbio, us-
[QHbI 30KOHbI B NOAAEPXKY MCCNenoBa-
HUA PEOKMX 3000NEBAHUI U BO3MOXHbIX
METOLOB NEUeHms.

B 2008 r. pocturHyt pybex B Hopbbe
npotus CF. Bnepsbie 6bin0 OTKpLITO
BonbWOE KOMUYECTBO N1EKAPCTBEHHBIX
CPEACTB, HAUEMEHHLIX HA KOPPEKUMIO
npuumHel 3a6onesanus. Mx HassisaioT
«NPenapaTamM,  MoAMbULMPYIOLLUMM
TeyeHne 3a060NEBAHUA», OHU ABNAIOTCH
HETOKCMYHBIMM, XOPOLLO MNEPEHOCTCH
n obnaaaloT HEeKOTOPO#H 3ddekTus-
HOCTbIO B MCCNefOBAHMAX MANoro U
cpenHero macwtaba. DT NeKapcTseH-
HblE CPEACTBA, O TAKXE APYrMe HOBblE
NIEeKAPCTBEHHbIE  CPEACTBA, 3aMenss-
loWMe nporpeccupoeaHmne 3abonesa-
HUSA, B HOCTOALLEE BPEeMs HeoBXoaMMo
TECTMPOBATL HA BOMLLIOM KOMMYECTBE
NAUMEHTOB.

BBEAEHUE



MOAYNATOPLI CFTR

DU TepaneBTUYECKME CPEACTBA HALe-
NEeHbl HO KOPPEKTUPOBAHKUE ANCDYHKLMM
nedektHoro 6enka CFTR. Cywectsyer
TPU BO3MOXHBIX MEXAHM3MA OEACTBKA,
OTHOCALMXCA K OMPEAENEeHHbIM  Mof-
FPYNNaM TEHETUYECKUX MYTOLMI B reHe
CFTR. 2tv TepanesTuyeckue Cpeacrsa
NepPCneKTUBHbI, MOCKOJIbKY ﬂeﬂCTByDT
HO NEXALWM B OCHOBe aedekT (Tak Ha-
3bIBAEGMBIE  «MPENAPaThl,  MoAMDULM-
pylolme TeueHue 3a60neBaHus»). ITo
O3HQYAET, YTO OHM HALENEHb HA KOp-
pektuposaHue npuunHsl CF, a He Tonbko
ero JanbHenLmx NOCneacTeui, nogob-
HbIX NeroyHbiM nHdekumam. [Nprmepamm
CPEencTB, KOTOpbIE B HACTOALLEE BPEMS
MCCNEQYIOTCA HA MOUMEHTAX, ABASIOTCS
VX-770 n VX-809 (Vertex) u Ataluren®
(PTC Therapeutics).

BOCCTAHOB/IEHUE
NOBEPXHOCTHOMN XNAKOCTU
AbIXATE/IbHbIX nNyTEN

DM TepanesTMYeckMe CPEACTBA Ha-
uenembl Ha 6enku, OTIMYAIOWMECS OT
CFTR, obnanaioume cxoaHomn dyHKuMeHn
(nepemeueHre coner BHYTPb M HAPYXy
KneTkn). DTO MOXET MPMBECTM K NyyLue-
MY YBIGXHEHUIO M OUYMLLEHMIO CIM3MCTOM
0BONOYKM ABIXATENbHbIX MYTE.

N TUNbl NEKAPCTBEHHbLIX CPEACTB U METO4,0B

PA3XXWMWKEHUE CEKPETA
AbIXATE/IbHbIX MYTEN

Xopowo ussectHol aensetcs py JHKa-
30 mnm MNynbmoanm®.

puy OHKasa paspywaoer onpeaeneHHsie
YYOCTKM CIIM3UCTOTO CEKPETA, B PE3yrib-
TATE 4Y4Ero MOKPOTA CTAHOBWTCH MeHee
BA3KOM. DTO NEKAPCTBEHHOE CPEACTBO
noaBMIIOCh B NpOAAXE NOCNEe MHOMNX NeT
TECTMPOBOHMA HA OBLWMPHLIX rPYNNax
naunentos ¢ CF. TuneproHuueckuit pac-
t80op comm (NaCl) Takxe poctyneH B ka-
4eCTBE NIEKAPCTBEHHOMO CPEACTBA, A He-
CKOMBKO APYIUX MPEnapaTOB HAXOAMTCS
B $A3e KIMHUYECKOTO UCMBITAHMS.
NMPOTUBOBOCMA/TUTE/IbHbLIE
CPEACTBA

DTU NeKapCTBEHHbIE CPeacTBa Hauene-
Hbl HQ YMEHbLUEHME BOCMAMTENEHOTO
NPOLECCA B NErkux, UCNosb3yst HECKOb-
ko cnocobos. MNprmepom Takoro npena-
pata sensetcs ubynpodeH. Heckonbko
OPYTMX MOMEKYN MPOXOAUT TeCTUPOBA-
HUE B KIIMHUYECKMUX UCTIBITAHMSIX.

NMPOTUBOUHDEKLIMOHHLIE
CPEACTBA

DT NekapCTBeHHbE CPEeacTsa npep-
CTOBASIOT COBOM  AHTMOUMOTUKM, KO-
TOpble  ATAKYIOT  MMKPOOPTFAHWU3MbI,
BbI3bIBAIOLME OCTPLIE M XPOHMYECKME

NEKAPCTBEHHbIE CPEACTBA N METOAbI

neroyHsie uHdekumu. MNpumepamu Ta-
KMX NMpenapaTtoe seBnaoTca Tobpamu-
unH (TOBI®) u Asutpomuumn. [pyrue
npenapaTthl NPOXoAAaT TECTUPOBAHME
B KIAMHUYECKMX MCMBITAHMAX. XOpPOLWO
M3BECTHO, YTO BOMBLIMHCTBO AHTUBMO-
TUKOB, OKTMBHbLIX NpoTHe Pseudomonas
aeruginosa, paspaboTaHLl U Npeana-
ralTCa K NPUMEHeHIo B GopmMe aspo-
soneit. [lockonbky MMKPOOPTraHW3MBI,
Takme kak Pseudomonas aeruginosa,
MOTYT CTQTb PE3WUCTEHTHBIMM, BAXHO,
uTO6bI BbINMU AOCTYMHBI HECKOMBKO TH-
NOB AHTUBUMOTUKOB.

MNTAHUE:

Mutanne BkloYaET nuuiesble 106ABKK,
TOKME KOK BUTAMMHBI, O TAKXE hepmeH-
o, Takne kak Kpeow®, nomoraiouime
NepeBapmBATSL MULLY.

APYTUE CTPATEI M NEYEHNA

[eHOTEpanMs BCE eLLe HOXOAUTCA B PAH-
Hel dase paspaboTku. [pobnemsl co-
CTOAT B TOM, YTOOLI HAMTM NyTb BBEOE-
HUS B ALIXATENbHLIE MyTM HOPMAMbHbIX
KOMWIA reHa, aBnsiowerocs nedeKkTHbIM
no CF, u nonydeHus axcnpeccun storo
reHa (npeobpasoBaHus MHPOPMALMK,
KOAMPYEMOM B reHe, B NPABUbHbIN He-

nok CFTR).
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4YTO NPEACTAB/IAET COBE0M K/IMHUYECKOE UCMbITAHUE,

KAKOBBbI El0 UE/N?

fIMHUYECKOE  WUCMBITAHWE  Mpegd-

crasnsieT cobomn uccrnegoBaHue Ha
NIOAAX-BONOHTEPOX, 4TOBL MPOTECTH-
POBATb, ABASKOTCA M HOBblE MOTEHUM-
QnbHbIE METOfbI NIeYeHNs 6E30MaCHbIMMU
1 3PPEKTUBHBIMM.

«DbPEKTUBHBIMN» O3HAYAET, YTO NeKap-
CTBEHHOE CPeAcTBO [LeNCTByeT nyulle,
YyeM MPUMEHSIEMAs B HACTOSsLLEE BPEMS
Tepanusi, U MOMOraeT NALMEHTY YyBCTBO-
BATH ceba nyudiue.

Hu omHO nekapcTBeHHOe CpeacTso
NOMIHOCTLIO HE NUWEHO MOOOUHbIX d¢-
$EKTOB, HO NEKAPCTBEHHOE CPEACTBO
CYMTAIOT BE30MNACHBIM, €CIIU NMOMb3A OT
ero npuema MpPeBbILaeT BO3MOXHbIE
oTpuuaTenbHble nobouHbie 3bdekThl.
Y106bl rOPAHTUPOBATL, YTO 3AMAAHU-

POBAHHOE  KIMHUYECKOE  UCMBITAHWE
ABNAETCa OOOCHOBOHHbLIM, B KOXAOM
CTPOHE CyLLECTBYIOT PA3NiMYHbIE OPra-
Hbl FOCYAAPCTBEHHOIO PErynMpOBOHMS.
Nx paboTa coctouT B nposepke pe-
3ynbTaToB no 6esonacHoctu u addek-
TUBHOCTM B AOKIMHUYECKMX MCCNEefoBO-
HUAX WM B MpoBepke OBOCHOBAHHOCTH
M TNPUEMIEMOCTM UEeneld M MEeTomOB
KnmMHudyeckoro ucneitanus. Opobpexne
3TUX OPraHOB ABNAETCA O6ﬂ30Teﬂbe|M
OO HQAYONA KIMHWYECKOTO MCTbITAHMS.
OpHUM 13 NPUMEPOB 3THX OPraHOB AB-
NAeTCa 3TUYECKMH KOMMTET, KOTOPbIM
CYLLECTBYET B KOXKAOM CTPAHE M 3AHU-
MQEeTCs MPOBEPKOM KIMHUYECKOTO UC-
MbITAHNA B OTHOLWEHNN NPAB 1 3000PO0BbA
NOUMEHTOB, YYOCTBYIOLMX B UCTIBITAHWM
(cm. Hmxe).

YTO NMPEACTAB/IAET COE0M NPOLLECC PASPABOTKM HOBOIO

NEKAPCTBEHHOI'O CPEACTBA?

pu paspabotke HOBOro nekap-
CTBEHHOrO CPEeACTBA CHAYANA MPO-
BOAAT WMCCNEAOBAHMS, HA3LIBAEMbIE [O-
KNMHMYeCKo Ga3oit. DTO 03HAYAET, 4To
NEeKAPCTBEHHOE CPEACTBO  TLIATENLHO

TECTUPYIOT B N1aBOPATOPUM, B UCCEno-
BAHMAX HA KNETKAX U HAO XXNUBOTHbIX. ECJ'IM
3T UCCNELOBAHMS NOKA3LIBAIOT BO3MOX-
HYKO MOJb3y U HE NOKA3bIBAKOT TOKCUY-
HOCTb, NEKAPCTBEHHOE CPEACTBO MOXET

KANHNYECKUE UCMNbITAHNA

1-4 HEAENU

1

3-12 MECALEB

3
2

1-3 MECAUA
MNCMbITAHUE HOBOTO
TIEKAPCTBEHHOTO MPETAPATA
NOCTynaTh B NOCNeayoLme KNnHyeckne PA3A 2
a3k, rAe ero TECTUPYIOT B KIIMHUYECKMX DKCNEePUMEHTANBHOE uccnegyemoe

MCMNbITAHUAX HA NO4aX.

[Mocne poknuHMyeckon ¢assl  cyule-
crtByeT 3 nocnefoBatesnbHeix a3kl MC-
MLITAHUN, HEODXOAUMBIX, MPEXIE HYEM
NIEKOPCTBEHHOE CPEACTBO MOXET BbiTh
onobpeHO TOCYAAPCTBEHHBIMU OPraHa-
MM, G 3ATEM BbIMYLLEHO B MPOAAXY.
MhA3A 1

Mcecnenosatenu  TecTMpyloT — 3KCnepu-
MEHTANbHOE NEeKAPCTBEHHOE CPEACTBO
WMIM METOL NeYeHus B HeBOMbLLION rpynne
noaeit (okono 20, 06bIYHO 300POBLIX BO-
NIOHTEPOB) B NEPBbIN PA3 AN OLEHKM €r0
BesonacHocTu, onpefeneHus Hbesonac-
HOTO AMANA30HA [O3bl U MAEHTUDMKALMM
nobouHbix 3dbdektos. lNepron nevenus
HA NAuMeHTAx COoCTaBndeT OT HEeCKOJb-
KMX CYTOK O HECKOMbBKMX HEAESb.

NEKAPCTBEHHOE CPEACTBO WM METOA
neveHus gaioT Gonbluet rpynne nauu-
EHTOB, CTPAAAIOWMX 30B0NEBAHUEM,
B nanHom cnyyae CF (20-400), utobsl Bu-
LEeTb, HAOCKOMBKO XOPOLIO OHO AEMCTBY-
€T, W DOMONHUTENBHO OUEHUTL ero 6es-
onacHocTs. [epron nedeHus nauneHTa
cocrasnseT ot 1 no 3-x mecsaues.

hA3A 3

B wcnbitanma Bosnekaetca 6onbluee
konuyecteo nauuentos (100-1000) ana
nopTesepxaeHus 3bdekTMBHOCTM  ne-
KOPCTBEHHOTO CPencTBA, MOHUTOPUHIQ
nobouyHbIX 3bdEKToB, CPABHEHMs ero
C TPAOMUMOHHLIMU METOLAMM NEYEHMS
(ecnn oHO paeT nydwMe pesynbTaThl,
OHO MOXET CTATb HOBLIM CTOHAAPTHLIM
MeTonOM nederus) u cbopa nHdopma-
UMM, KOTOPOs JACT BO3MOXHOCTL 6es-

KANHNYECKUE UCMBbITAHNA



ONACHOTO MPUMEHEHMS  3KCEePUMEH-
TANLHOTO NEKAPCTBEHHOTO CPEACTBA
unu meToaa neyenns. MNepuop nederus
nauneHTa MOXEeT HAOXOaMTbCAa B guana-
30He npubanamTensHo oT 1 mecaua oo
6onee 1 roga.

Tonbko nocne 3Tux yCneLuHbIX UCNbITAHUHA
a3kl 3 NEKAPCTBEHHOE CPEACTBO MOXET
BbiITb 0A06PEHO rOCYAAPCTBEHHBIMU Op-
FAHOMM, Q 3ATEM BbIMYLLLEHO B MPOAAXY.
3aTem NEKAPCTBEHHOE CPEACTBO HAXO-
amtca B8 ODA3E 4, B KOTOPOM OT BCEX
NAUMEHTOB, KOTOPBLIM HA3HAYAIOT 3TO
NEKaPCTBEHHOE CPEACTso, CcobupaioT
MHDOPMALMIO O LONTOCPOUHBIX PUCKAX M
LONrOCPOYHOM MONb3e.

MoxeTt npoitu 10-15 net, npexae yem
HOBOE NEeKAPCTBEHHOE CPEencTeo, OT-
KpbiToe B nabopatopuu, Byner rotoso
LN HO3HAUYEeHMs naupeHTam. Jluwe He-

BOMbLWONM MPOLEHT MPOTECTUPOBAHHbIX
NEKAPCTBEHHBIX  CPEACTB-KOHAMAATOB
OOCTUTHET ~ KOHEYHOro  3Tana  3Toro
npouecca. IJto penaer paspaboTky
NIEKAPCTBEHHBIX CPEACTB OYeHb AOPO-
roctoawen ans GUpM, B YACTHOCTH, B
CBA3M C TEM, YTO MYKOBMCLMAOS SBNSETCS
«PenkMM 3a60NEeBAHUEMY, NMOITOMY Pbi-
HOK /18 MPOAGXM STUX NIEKAPCTBEHHbIX
cpencts (Takxe HO3bIBAEMbIX «OpdaH-
HbIMM  JIEKAPCTBEHHBIMKM  CPELCTBAMMY)
oTHocuTensHo Hesenmk. K cuactsio, Es-
poneinckoe coobLEecTBO CO3MAN0 OCO-
Bble NONOXEeHWs, TaK YTO 4ns GUPM BCe
Xe MMEIOTCA NMpeumyLLecTsa ans pabo-
Thl MO pa3paboTke OpPGAHHLIX nekap-
cTBeHHbIX cpencTs. Ytobbl yaHaTh 6onb-
e OTHOCUTENbHO LOHHOTO MPEeAMeTa,
MOXHO nocetutb Bebcaint Esponerickon
OPraHM3aLMM MO PELKMM 3AOONEBAHUAM
(EURORDIS) www.eurordis.org

MOYEMY AETEN TAKXKE BK/THOYAROT B K/IMHUYECKUE

NCMNbITAHNA?

aBnseTcs 306onesaHneM, Nopa-

XAIOLWMM feTei ¢ poxaerus. u-
HOMMUYECKOE KIMHMYecKoe HabnioaeHue
M NeyeHne HAUENeHO Ha npepynpexae-
HME NPOrPEeCcCHpPOBAHMA 30HONEBAHUS
C CaMOrO PAHHEro BO3pacTa.

<<Pe6eHOK He ABNAETCA MONEHbKMM
B3pocnbimy: CyuiectsyioT cneupduuHbie
AN BO3PACTA MeTabonuueckme pasnu-
Yyus, NPUBOJALLME K PASMIMYHOM PEAKLIMM
feTel Ha OfHO M TO Xe NIeKapPCTBEHHOE
cpeactso. [Noatomy npocTtas apantaums

KANHNYECKUE NCMNbITAHNA

[03bl NEKAPCTBEHHOMO CPEACTBA, PEKO-
MEHAOBAHHOM Af1s B3POCIOro, He ABMS-
etca Hu 6e30nacHoOM, HU SPDEKTUBHOM.
Kpome TOro, ans ManeHbkux LeTei 4acto
MOTYT BbiTb HyXHbl Apyrve npenapars
(Hanpumep, cupon, a He nunK).

CriepoBaTensHo, COrMacHo eBPONEncKUmM
HOPMOM, MPU TECTUPOBAHKMM HOBOTO Je-
KAPCTBEHHOTO CPefcTBa  GpapMaLEBTH-
yeckue GUMPMBbI [OMKHLI NPEfOCTABMATL

«NNaH uccnenosanms ans petei» (PIP;

ot aHm. «pediatric investigation plany).
OtoT nnaH npeactaenseT coboi nnaH
Pa3pabOTKM, HAUENEHHBIM HA FAPAHTHIO
TOrO, YTO MPU YCIOBMAX GE30NACHOCTH
HEOOXOAMMbBIE AQHHLIE MOMyYeHbl  MO-
CPEACTBOM MCCNEAOBAHUIA HA LETAX, YTO-
6bl NOATBEPANTL ABTOPM3ALMIO LAHHOTO

NEKAPCTBEHHOrO CPEACTBA Ans LeTew.
JononuutensHyio MHGOPMaUUIo No TO
TEME MOXHO HaiTu Ha BebcaiTe Espo-
NEeNCKOro AreHTCTBA MO NEKAPCTBEHHbIM
cpeacteam (EMA; or anm. European
Medicines Agency) www.ema.europa.eu

B knunuueckue ncnbiranua npu CF takke
BKIIOYQIOT (ManoneTHux) aetei. KonedHo,
3TOrO HWKOTAA He AenaoT 6e3 MHPOoPMM-
POBAHUSA POAUTENEN M NMOITYHEHUA UX 00~
BpeHuns (MHGOPMMPOBAHHOMO cornacks).
Kpome Toro, crapumx aetei u nogpoct-
KOB MOTYT MPOCUTb O NPEROCTABNEHMM
WX COMMACKS HA y4acTHe. DTO HA3bIBAKOT
«COrMACKEM HA Y4ACTME B KIMHWUYECKOM
MCMBITAHKMM, MOMYYEHHOE OT CyBbekToB
C OrPAHUYEHHON CNOCOBHOCTBIO NMPUHM-
MOTb HE3OBUCUMBIE PELLEHMNSY.

KAK TAPAHTUPYETCA A406POBO/IbHOE YHACTUE?

NMHPOPMAUUA

N UHbOPMUWUPOBAHHOE COIrNACUE
MubopmmposarHoe cornacue  npeg-
crasnser coboit npouecc obyueHus
KMOYEBbIM  PAKTAM, KACAIOLWMMCA  MC-
MBITAHKS, MEepeq MPUHATUEM PeLueHus,
y4QCTBOBATL MMM He y4acTBOBAThL. YTO-
Bbl MOMOYL KOMY-TMOO MPUHSTL peLue-

HMEe OO yuYacCTMM UIU HEey4acTMM BPAUM
N CPEfHUA MEeIMUMHCKMM NePCOHAN, BO-
BNEYEHHbIN B MCNbITOHKE, PA3bACHAIOT
noapoBbHOCTM  MCCNenoBaHMA.  3aTem
MccnegoBaATENbCKAA rpynna nNpegocTas-
nAeT OOKYMeHT 06 MHPOPMUPOBAHHOM
COMMacKu, BKIMIOYAIOLWMA NOAPOBHOCTH,
KacaloLmecs MCCnefoBaHMs, TAKMe KaK

FAPAHTVA AOBPOBO/IbHOINO YHACTUA



€ro uenb, NPOAOSIKUTENBHOCTL, HEOBXO-
IMMbIE MPOLEAYPL M KIIOYEBbIE KOHTAK-
Tol. B nokymeHTe 06 MHbopMMPOBAHHOM
COrNACUU PASBACHEHBI PUCKM M MOTEHLM-
QNbHAS MONb3a. 3ATEM YHACTHMK PELLa-
€T, NOAMMCBIBATL N IAHHBINA BOKYMEHT.

MudbopmuposaHHoe cornacue He aBns-
€TCS1 KOHTPOKTOM, M YYOCTHUK MOXET OT-
KA3QTbCA OT UCMBITAHMS B IIO60M MOMEHT.
MHdOopMUMpPOBAHHOE COrnacHe rapaHTH-
PYET, YTO YYOCTHUKM MOTYT 3040BATH BO-
MPOCHl U NOMY4YaTb OTBETH 4O, BO BPEMS
n nocne ucnbitanua. Popmy uHGOPMU-
POBAHHOIO COMMACUA MOXHO 0BCYXAATH

C CEMbEN MM C APY3bSMM M MPUBOAUTHL
koro-nMbo Ha cobecenoBaHMe.

Cy6bekT, OTKA3bIBAIOWMIACA OT y4aCTs
B MCMbITAHWM, He Byner obnaaats pu-
CKOM OTKQ3Q B MEIMUMHCKON MOMOLLM B
HacToAweMm unu B Byayliem u He ByaeT
NOABEPraTLCA B3bICKAHUIO MM JMLLIEHMIO
NPEUMYLLECTB, KOTOPLIE B MHOM Cllyuae
NPEfOCTABEHb! EMY.

Kaxabisi wenosek mumeeT npaBo noHu-
MQTb NPUPORY, A TAKXKE PUCK MU MOMb3Y
MCCNenoBaHMS M COMQALUATLCA MM He
COrNaLIATLCS HA y4acTHe.

KAK OCYLWECTBNAETCA MOHUTOPUHI BE3OINACHOCTW?

NOHCOP U UCCNELOBATENM, YHACTBYIO-

LUME B KIMHMYECKOM WUCMBITAHWM, He-
CYT OKOHYATENbHYIO OTBETCTBEHHOCTb 30
NPOBEAEHUE UCMLITAHKA. TeM He MeHee,
CYLLECTBYET HECKOMbKO HOPMATMBOB W
KOMMTETOB, KOTOPbIE MOMOTQIOT OCY-
LECTBAATb STOT MOHUTOPMHT.

HOPMATWMBbI A1A KANHUYECKUX
NCMbITAHUI

Y1066l rAPAHTUPOBATH, YTO NIOAEH, CO-
rmawarolmMxca  y4acTtBoBdTb B MCChe-
AOBOHMSAX, NIEYAT HACKONBKO BO3MOXHO

6e30nacHo, BLIPABOTAHLI CneunanbHbIe
npasuna. B Espone 31o sensetcs ogHoM
u3 obasanHocTen Esponeiickoro Arent-
CTBA MO NEKAPCTBEHHBIM CPEACTBAM
(EMA; ot anrmn. European Medicines
Agency). B CLLA 7o ocywectsnsietca
Ynpasnenmem CLUA no Hapsopy B cde-
pe MULLEBLIX NMPOAYKTOB M NEKAPCTBEH-
Heix cpeacts (FDA; ot anm. Food And
Drugs Administration).

D11 npaeuna HasbiBaloT «Hagnexauwen
KnnHuueckor npaktukon» unm «HKM».

MOHWUTOPWHI BE3OMACHOCTH

BhilweykasaHHble OpraHbl MOryT nposo-
IMTb WMHCMEKLUMKM LEHTPOB MNPOBEsEeHUs
KIMHUYECKOTO WMCCNEAOBAHMS Ans Npo-
Bepku BbinonHenus npasun HKIM v 3awm-
Tbl MPAB YYACTHUKOB. TaKXe npoBepsieT-
Csl KQYECTBO M MNONHOTA AQHHBIX.

3KCMNEPTHLIN COBET
OPIrAHM3ALMK (3C0)

DKcnepTHLIN COBET OPraHM3aLMM NPea-
cTaBnseT coboi HEe3ABMCMMbIA OPraH,
OTBETCTBEHHbIN 30 3awmTy npas, 6es-
OnacHoCTs ¥ Brnarononydue noaen,
BK/IIOYEHHBIX B McCneaosaHue. Bce op-
FOHW3ALMM, BOBMIEYEHHLIE B MCCNEefo-
BaHME (TOKME LEHTPBI, KAk y4ebHbie 3a-
BeOEHUA U KﬂMHMKM), OOJIKHbI HA3HAYATb
TAKOM KOMMUTET mnn coseT. Ero uneHamm
ABNAOTCA KAOK MeONUMNHCKKNE, TAK U HAYY-
HbIE HEMEAMUMHCKME U HEHAYYHbIE NPO-
deccmoHansl (Hanpumep, cneumanuct
no stuke). ICO obnapaeT cneayoLm-
MM NONHOMOYMAMM: 0f0bPATL, Tpebo-
BATb M3MEHEHMIt MK He ofoBpaTL MC-
cnepoBaHue.

DCO Takxe n3BecTeH Kak:
Hesasumcymbiit stuueckmin komutet (HIK)
D1uueckuit skcneptHbiit coset (99C)
D1uueckui komuteT (IK)

[masHble o6a3arHocTn DCO cocrosaT
B CNEMYIOLLIEM:

Opobperune/paspeLueHme Ha Npose-
AEHWE KIMHUYECKUX UCTIBITAHMIA

[MpoBepka xoaa UCCNeaoBaHUs

rOpOHTMﬂ BbINOJIHEHNA BCEeX NpaBun
(cobrioneHmns HopMaTHBHBIX TPEGOBAHMI)

HE3ABUCUMbIA KOMUTET

Nno MOHNTOPUHI'Y 4AHHbLIX
«He3aBUCUMBIN KOMUTET MO MOHUTOPUH-
ry aanHeix» unn «HKMIO» npencrasnser
cobOM HE3ABUCUMBIM KOMUTET, OCYLLLECT-
BASIOLUMIA MPOBEPKY AAHHBIX BO BPEMS
NPOBEAEHMS KITIMHUYECKOrO MCMbITAHMA,
4TOBbl TAPAHTUPOBATL, YTO YYACTHUKM
HE NOABEPralTCid HEHYXHOMY PUCKY.
HKMI, moxet pekomeHnosath, u4Tobbl
ncnbiTaHue BbiNo  MPEKPALLEeHO, €Cu
nmetoTca npobnembl 6e30NaACHOCTU, MU
€CNM LN UCMbITAHUS OCTUTHYTHI.
MHorna 3TOT KOMMUTET TOKXE HO3LIBAIOT
«KOMUTETOM MOHWUTOPUHIG AAHHBIX» MU
«KMIOy. HKMI, unn KM, Heobxopum He

N BCEX KIIMHUYECKUX UCTITAHMUMA.

MOHWUTOPWHI BE3OMACHOCTH



0 YHEM MEHSA MNMonprPocAT NPU YYACTUN B K[TUHUHECKOM

NCMNbITAHUN?

ONHOE PACTUCAHME BU3UTOB U CO-

NYTCTBYIOWMX Mpouesyp OObACHUT
BAM MCCNefoBATENbCKAA rpynna. ITO
pacnucaHme 6ymeT pasnuuaThca A
KOXOOro  mccnenosaHms.  [pononxu-
TENBHOCTb UCCNEAOBAHMA MOXET BAPbM-
POBATLCA OT HECKOSbKMX Heaenb Ao 6o-
nee 4em roga.

BaxHo npuHuMaTL mccnegyemoe Tepa-
NEBTMUECKOE CPEACTBO M ApyrMe BALU
NIEKAPCTBEHHBIE CPEACTBA B COOTBET-
CTBMKM C NPEONOXEHHbIMU  UHCTPYKUMN-
aMU. DTO  HA3LIBAIOT  «COBMIOAEHUEM
pPexnMma n CXeMbl JIEHEHUAN. ﬂ,ﬂﬂ He-
KOTOPbIX MCCIEAOBAHMIA MOTYT  Cyllle-
CTBOBATb OTPAHMYEHUs 0BPA3A KM3HM
/UK PEXMMO MUTAHKUS, HANPUMEP, TPe-
BOBAHMA KOHTPALENUMU MM OTPaHMYE-
HUsA ynoTpebrerus ankorons n Tabaka.

Bac HabmonaioT npu pasnmyHbIX «Bu-
3UTOX MCCNEAoBAHMA». 10 BO3MOXHO-
CTW, HEKOTOPLIE M3 DTUX BU3UTOB OyayT
o6befMHEHbI C BAWMMKM CTAHAAPTHLIMM
KOHTPOSbHBIMM MOCELLEHMSIMM KITUHUKU.
MHOrﬂ,O BMU3UTbl NPOBOAAT HAO [OMY MU
poxe no tenedpoHy. [ns HekoTopbIX,
6onee CNOXHbIX UCCIENOBAHUMA, MOXET
noTpeboBaThCs OCTATHCS B KIMHMKE
HA HOYb.

,ﬂByMFI BOXXHbIMW  BU3UTAMMU  ABJISAIOTCA
CKPUHMHIOBBLIM BU3UT U PAHAOMM3IALM-
OHHBbIN BU3UT.

CKPUHWUHIOBbLIV BU3NT

DTOT BU3UT ABNSETCS MEPBLIM BU3UTOM
MCMBITOHUA. DTOT BM3MT HE MOXET HO-
uaThCs, NMOKA He noanucaHa dopma
uHdopmmporanHoro cornacus. Llensio
LOHHOMO BM3UTA SBASIETCA NPOBEPKA
COOTBETCTBMS y4ACTHUKA BCEM Tpebo-
BAHUAM BKITIOYEHMS W KPUTEPMAM WC-
KIIOYEHUA ONPEAENEHHOro NPOTOKONA
(Hanpumep, ecnu pesynsTaTsl GyHKUMM
NIErKMX HOXOAATCS B NMPEefenax onpege-
neHHoro wHtepsana). Moryt 6biTh TaK-
xe B3aThl 6a30BbIe 06PA3LbI, TAKME KAK
KPOBb, MOYa unu MokpoTa. Ecnu sce
YCNOBMS BBINOMHEHb, KAHAMAAT MOXET
NPOJOMXATE YY4OCTBOBATH B MCCIENO-
saHmu. Llens paHHbIX KpuTepues Bkio-
YEHMS WM WUCKITIOYEHMA COCTOWT B MAEH-
TUPUKALUMM  NOAXOAALUMX  YYOACTHUKOB
M B COXPOHEHUM MX HE30NACHOCTU.

PAH/,0MU3ALMOHHBLIA BU3UT

Panpommsaums o3HadaeT npuHsTue pe-
WeHMs ciydaiHbiM obpasom (To ecTsb
MPOM3BONBHO), KOKOM BUI, MCCEnyeMO-
ro TepaneBTMYECKOro CpeacTsa byaer
NONYYQTb NAUMEHT (B Clly4ae CPABHEHMS

YYACTUE B NCTMbITAHNAX

ABYX TEPANEBTUMYECKWUX CPEACTB APYr C
APYroMm); nMBO NPUHATUE peLLeHuMs Cry-
yanHeM OBpaszom, Bymet nu oH/oHa
NOAy4YaTb OKTUBHOE NIEKAPCTBEHHOE
cpenctso unm nnauebo (npu nnauebo-
KOHTPOMMPYEMOM MCMbITAHMM). Boamox-
Hbl U apyrve cxemsl. [pu gaHHOM BU3UTE
MM CPA3Y NOCNE JAHHOTO BU3MTA NALM-
EHT HOYUMHOET NPUHUMATL UCCIefyemMoe
TepanesTUYeckoe CPEeacTeo.

NNALEBO npencrasnset coboit He-
AKTUBHYIO MUIKONIO, XXMAKOCTb MK MO-
POLOK, He 0bnagaloLLMe TEPANeBTH-
4yecko ueHHoCTbo. [pu knmMHKUyeckux
UCMNbITAHUSAX SKCNEPUMEHTANbHBIE METO-
Obl NEYEeHNs MHOTAO CPABHUBAIOT C MA-
ue60o, 4Tobbl OLEHUTL 3P OEKTUBHOCTD
3KCNEPUMEHTANBHOIO NEKAPCTBEHHOTO
CPencTsa. DTy CXeMy MPUMEHAIOT TONb-
KO B TOM Cly4ae€, eCii OHA OLEHEHA
KQK 3TUYECKM NpUemnemas ans LaHHOro
KOHKPETHOrO MCCNEefOBAHMS.

BOJ'IbLLIl/IHCTBO ITUX MCCﬂeﬂ,OBOHMI\/’I ABNA-
eTCA ABOMHbIMA CrenbiMU. ITO O3HAYA-
€T, YTO HM NAUMNEHT, HHA BpO‘-{ He 3HQaeT,
KaKOe TepanesTMYeckoe CPeacTBo Npu-
MEHSET NAUMEHT, MM MPUHUMAET fu
naumeHT nnauebo MM NekapcTBEHHOe
cpenctso. Cnenoit meton MoxeT BbiTh

HApyweH TOJIbKO MNMpu O4YeHb onpepe-
JIEHHbIX YCNOBUAX.

UNNHCTPATUBHbIE METO4bl
PACMNPOCTPAHEHHBIE:

O6bekTnHOE 06CnenosaHmne

Cnupometpus/apyrme TecTtsl dyHk-
UMM NErkmx

DNeKTPOKAPAMOrPAMMA

O6pasipl KPOBK 1 MOUM

O6pasel MOKPOTHI

AnkeTa

UMNNHCTPATUBHBIE METO AbI
MA/NQO PACMNPOCTPAHEHHDIE:
CneumnanbHble TeCTbl, TAKME KAK HA-
3anbHAs pasHocTs noTeHumanos (HPI)
Ayauorpamma
[MoTosbin TecT
Cé6op kana

YYACTUE B NCMbITAHNAX



4TO CNEAYET YYUTBLIBATb N0 AAM MNEPEJ, YHACTUEM

B UCMNbITAHUWN?

IOAAM  CRefyeT 3HATb KAK MOXHO

Borblle O KIIMHUYECKOM UCMBITAHMM
M 4yBCTBOBOTL ceba kOoMpOPTHO, 3aaa-
BAS O HEM BOMPOCH! YIEHAM rPYMMbl Me-
OMUMHCKMX PABOTHUKOB.

B kauecTBe pyKkOBOAALIMX YKA3AHMIA
MOFYT MOMOYb CREefyiolmMe BONPOCH.
HekoTopble oTBeTh HO 3Tu BOMPOCH
HOXOAATCH B JOKyMeHTe 06 mHdOpMM-
POBAHHOM COFIACHM.

B uem cocTouT uens nccnenosaHus e

Kto cobupaetcs yuacTeoBaTh B UCCNEAOBAHMUMUS

Mouemy MCCNeaoBATENU CUMTAIOT, YTO TECTUPYEMBINM SKCMEPUMEHTASbHbINA
METOR NedeHns moxeT 6biTb d3hdbekTHbIME [TpoTecTpoBaH M OH paHee?

Kakoi BuA TECTOB 1 3KCNEPUMEHTANBHLIX METOAOB NIEYEHUS BOBIEYEH?

Kakoebl BO3MOXHbIE pUCKM, NOGOYHbIE 3bbEKTbI M NOML3A B UCCNELOBAHMM
MO CPABHEHMIO C MOMM TEKYLLIMM NEYeHUEM?

Kak MOXeT NoBnmaTL LOHHOE UCMBITAHUE HO MO MOBCELHEBHYIO XN3HbLS

Kak gonro anutcsa ucnsitaHme?

MotpebyeTca nu rocnutanuaaums?

Kto ByneT onnaumMeats sKCNEPUMEHTANbHBIA METOL NeYeHUNA2

ByayT nu KoMneHCMpPOBAHbLI APYrHe MOM PACXOabIS

Kakol TMn gonrocpoyHoro HabnoaeHns COCTABASET YaCTb
LAHHOTO MCCNefoBAHMSS

Kak MOXHO y3HQATb O TOM, YTO SKCMEPUMEHTANbHbIM METO[ NIEYEHN AENCTBYETS
ByayT nv npepocTaeneHsl MHe pPes3ynbTaThl UCMBITAHUNAS

Kro 6yneT oTBETCTBEHHBIM 30 MOE NEeYeHUe?

CyLlecTeyeT HeCKomnbKO GAKTOPOB, KOTOPLIE MOTYT MOTMBMPOBATL MM AEMOTMBUPOBATL
NALMEHTOB HA YHACTHE B KITMHUYECKOM MCTbITAHWM.

DaKTOpbI 30 YHACTUER: MOMYYEHUE HOBOTO NEUYEHUS, KOTOPOE YYULLMT COCTOSIHUE MOETO
3[0POBbA, MOMOLLL APYTMM, Bonee TLiaTensHoe HaBMIAEHE. DMOLMOHASBHBI KOMBOPT.
DaKTOpbI «MPOTUB YHACTHSY: JIEYEHUE MOXET HE MOLENCTBOBATh, MPAKTUYECKUE MPEndT-
CTBUA (BONONHUTENbHBIE AHAMU3bI M MOE3KM B KIIMHKKY), BOSMOXHbIE NOBOUHbIE 3 deKTbI.

YYACTUE B NUCTMbITAHNAX

B HEM COCTOUT PO/1b CETU K/TMHUHECKNX NCMbITAHUN
EBPOMENCKOIO OGLLECTBA MYKOBUCLINAO3A (ECFS-CTN)?

ns pegkoro 3a60neBaHus, TAKOro

kak CF, BaxHo, 4ToBbI CTPAHBI CO-
TPYAHMYAIU KaK MOXHO Gonbuie. Takxe
HEOBXOAMMO TECHOE KOOMEPUPOBAHME
MeXAy NAUMEHTAMM, OPraHU3ALMIMK Na-
LUMEHTOB, PAPMALIEBTUYECKOM MPOMbILL-
NEHHOCTBIO U AKOAEMMYECKMMMU HAYHYHO-
MCCNEnOBATENbCKMMM MHCTUTYTAMM.

[Mpu nonbiTke CTAHAAPTUIMPOBATL HO-
BbIE MM CYLLECTBYIOLWIME METOAb Pabo-
Tbl (HONPUMEP, NO U3MEPEHMIO DYHKLMM
NErkMx Mnu no MPOBEAEHMIO MOTOBOTO
TECTa) BAXEH MEXLyHOPOAHLIA AManor.
Ecin Bce paboTtaioT OaMHAKOBLIMM M-
TSAMM, UMEETC MEHbLLE BAPUALMIA B pe-
3yNbLTATAX, YTO O3HAYAET, YTO B WCMbI-
TaHMAX, 4TOBbLI AOKO3ATH OAMH U TOT Xe
5¢pdEKT, MOXET y4aCTBOBATb MeEHbLUEE
YMUCIO NALMEHTOB.

Yrobbl cnocobcTBOBATL TAKOM KOOMe-
paumn, Esponeiickoe obuectso My-
kosucumposa (ECFS), kotopoe npep-
cTasnset coboi HayuHoe Esponeiickoe
obuwectso, noceswernHoe CF, Bsano
HO ceba MHWUMATMBY MO OCHOBOHMIO

«Cen knuHmyeckux mcnbiranuiy (CTN;

ot anrm. Clinical Trials Network). B na-
crosauwee spema (2014 r.) 3ta ceTb 06b-
eamHset cneumanucrtos no CF us 30

ueHtpoB B 11 eBponenckux CTpaHax,
n OymeT pacwupaTbcs O Bonbluero
YMCNA CTPAH U UCCNEROBATENBCKMX LIEH-
TPOB B ClieflyloLiMe rofsbl.

Baxnas obasaHrocts ECFS-CTN cocto-
WT B NPOBEPKE NMPOTOKOSIOB HOBLIX MCCIE-
LOBAHWI TPYNMOM 3KCNEPTOB. DKCNepT
M3YUYQKOT HOYYHOE KAYECTBO, O TAKXE
NPUroAHOCTb AN NAUMEHTA U Tepanes-
TUYECKYIO  3HAYMMOCTb  TECTUPYEMOTO
nekapcreeHHoro  cpeactsa.  LleHTpel,
cocrasnaowme uyacte CTN, npoesogst
TOMNLKO TE€ UCMLITAHKSA, KOTOPbLIE Ofobpe-
Hbl JAHHOW CUCTEMOM NPOBEPKMY.

Uens CTN cocrout B 6onee 6bIcTpom 4o-
BEJEHMM HOBbIX IEKAPCTBEHHbIX COEACTB
[0 MAUMEHTOB, PA3HOOBPA3HbLIMU MyTs-
Mu CIOCOBCTBYS BBICOKOMY KQYECTBY MUC-
CNeAoBaHMS.

HononnutensHyio MHdopmaumio o aes-
tensHoctn CTN, noxanyicra, cmotpure
Ha caite www.ecfs.eu/ctn

PO/1b U LIE/IN KAMHUYECKUX UCMLITAHUI



UTO MHE CNEAYET AENATb, EC/IN A XXE/NNAHO YHACTBOBATD

B KMTMHUYECKOM UCMNbITAHUW?

KAK MO>XHO Y3HATb 0 NMPEACTOALLNX U NMPOX0 A4ALLNX

KAMHUYECKUX UCTBITAHUAX?

TOObI BbICTPEE AOBECTU NEKAPCTBEH-
quIe CPEeACTBA LO MALUEHTOB, MPUH-
UMIMANBHO BAXHO, 4TOBLI BbinM npose-
AEHbl KIIMHMYECKME UCTIBITAHUA, M 4TODbI
NOUMEHTbI Y4OCTBOBASM B STUX MCMLITAHK-
ax. Tem He MeHee, laxe ecru Bbl XenaeTe
CTATb BOSIOHTEPOM AJ1S YHACTUS B MCCre-
LOBQHMM, Bbl BCE XE MOXETE BbiTb UCKITIO-
YEHbl HO OCHOBAHMM KPUTEPHEB BKITIOYE-
HUA/UCKITIOYEHUS AAHHOTO NPOTOKONA, M/
WM YMCIA YY4OCTHMKOB, HEOBXOAUMOrO
nceneposatenam. Ecnu Bol xenaete yua-
CTBOBATb B KIIMHMYECKMX  MCMBITAHMSX,
HYXHO, NPEXAE BCEro, CpOCuTs 06 3TOM
BPAYA, KOTOPbIA BAC IEUMT, UM PYro-
ro 4YneHa Bawen 6puragbl MEAMLMHCKMX
pabothmkos CF. MmeHHO oMM nyylie
BCErO MOMOTYT BAM B JAHHOM BOMpOCE.
[Mockonbky OHM 3HOKOT BAW OHAMHE3,
OHM CMOTYT MOCOBETOBATL BAM, B KOKOM
KITMHUYECKOM MCTBITAHWM Bbl MOXETE y4a-
CTBOBATb M CKA3ATb, COOTBETCTBYETE M
Bbl KDUTEPUAM BKITIOYEHUSA UCCNEA0BAHMS,
NPOXOJALLErO B BALIEM LEHTPE.

HaunoHanbHble opraHmnsaumm nauueH-
TOB: HO COWTE HEKOTOPbLIX HALMOHAMb-
Hbix accounaumit CF ectb paspen knu-
HUYECKMX MCMBITAHWMA, rOe MOKA3AHO,

KOKME WMCMBITAHWA NPOXOAAT B AAHHOE
BPEMS B CTPOHE.

WWW.CLINICALTRIALS.GOV

Be6canr Clinicaltrials.gov npeacrasnser
coboit cnyxby HaumoHanbHbIx MHCTUTY-
ToB 3apasooxparerus CLLUA. On npea-
ctaBnseT coboit OHNAMH-6A3y AAHHbIX
KIMHUYECKUX UCTIBITAHMA, NPOXOAALLMX B
CLUA u mupe, npepocrasnset uHop-
MOUMIO O LENU UCMBITAHMS, O TOM, KTO
MOXET Yy4YQCTBOBATb, O LEHTPAX M HO-
mepax TenedoHOB AnA LOMOMHUTENbHBIX
nogpobroctei. JanHylo uHbopmaumio
cnemyeT MCMoMb30BATL B COYETAHWMM C
COBETAMM MPODECCHOHANBHBIX  MEAU-
UMHCKMX paboTHukos. MimeeTca mMHCTpy-
MEHT MOMCKQ, TAe Bbl MOXeTe HabpaTh
KIIOYEBLIE CNIOBA (HANPUMEP, «MYKOBMC-
UMAO3 M NEANATPURY).

WWW.ECFS.EU/CTN/CLINICAL-TRIALS

B pasmene knuHMueckux wmcCnbITAHUA
sebcaita ECFS-CTN npeanoxer ob-
30p UCCNEfOBAHMM, MPOXOAALUMX B LLEH-
TPAX, KOTOPbIEe COCTABAAIOT 4ACTb AAH-
Hoi ceTn. lpu mMx gocTynHOCTHU 34ech
XKe BbIKNAAbIBAKOT PE3yfbTATbl 30BEP-
LUEHHBIX UCMBITAHUA.

A0N0/THUTE/TbHAA UHDOPMALINA
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BPAY-UCC/EAOBATE/b Vccnenosatens B 061aCTM MEAULMHBI, KOTOPbIM MPO-
BOAMT KITMHUYECKOE UCMBITAHWE MK APYrOM BUA KITIMHUYECKOTO MCCNEAOBAHMS.

KOHTPO/IbHAA TPYMMA [lpu MHOMMX KIMHUYECKMX UCTIBITAHKSAX OfHA rpynna
NAUMEHTOB MOMYYAET SKCNEPUMEHTANIbHOE NIEKAPCTBEHHOE CPEACTBO UM METOL,
fieYeHus, TOTAA KAK KOHTPOMbHAS FPYNna noaydaeT nnbo CTaHLAPTHOE neveHue
3abonesanus, nMbo nnauebo. Takum nyTem MOXHO OLEHMBATL 3bEKTUBHOCTL
HOBOTO METOAA NIEHEHMS.

HE3ABUCUMBbIA KOMUTET MO MOHUTOPUHIY AAHHbIX (HKMA)
HesaBrCHMBIM KOMUTET, OCYLLECTBASIOLLMI NPOBEPKY AAHHBIX BO BPEMS MPOBE-
LEHMS KIMHUYECKOTO UCMBITAHMS, YTOBbI FAPAHTUPOBATH, YTO YYACTHUKM HE NOoA-
BepraioTcs HexenatensHomy pucky. HKMIL moxet pekomeHgosats npekpatuTsb
UCMBITAHKE, ECTIM UMEIOTCS NPOBNEMbI 6E30MNACHOCTH, MK, ECII LENU UCTBITAHUS
LOCTUTHYTI.

,CI,BDI7IHOE CNENOE UCNBLITAHUE Cxema KAMHUYECKOTrO UCMBITAHMS, npu Ko-
TOPOW HWU YYACTHWUKM, HU NEPCOHAN UCCNENOBAHUS HE 3HAIOT, KAKMUE YHOCTHUKM
NOMYYQIOT SKCNEPUMEHTANBHOE NIEKAPCTBEHHOE CPEACTBO, O KAKME MOSyHaioT
nnauebo (M apyryto Tepanmio). CunMTaioT, 4TO ABOMHLIE CIEMbIE UCTLITAHWS AAKOT
OBBLEKTUBHBIE PE3YNBTATHI, MOCKOSbKY OXMAAHKSA BPAYA M YYACTHMKA MO NOBOAY
3KCNEPUMEHTANBHOMO NEKAPCTBEHHOTO CPEACTBA HE BAMSAIOT HO PE3YNbTAT.

KPUTEPUXN NPUM0AHOCTU/BKNHOYEHUA-UCKNHYEHUA  Kputepuy,
ONpefensoLMe, MOXET N1 YENOBEK ObiTb AOMYLLEH K BCTYMNEHMIO B KIIMHUYECKOE
MCMBITAHUE. DTU KPUTEPUM OCHOBAHbBI HO TAKMX GAKTOPAX, KOK BO3PACT, MOJ, TUN
1 CTaamMs 3060NEBAHMS, NPEALIECTBYIOLLAS UCTOPUS NIEYEHUSA U APYTME MEAMUMH-
CKMe NokasaTeny. BaxHo OTMETUTB, UTO KPUTEPUU BKITKOYEHMS U UCKITIOUEHMS UC-
MOMb3YIOT HE AN NIMYHOTO OTKA3A NOASM, d, CKOpee, Ans MaeHTUbUKaumm nog-
XOOALLMX YHACTHUKOB M COXPAHEHMS MX BE30MACHOCTM.

KO3 DULMEHT SAYUCNEHUA Hucno cybbekToB B MCMBITAHMM.

CNOBAPb
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HAANEXXALWAA KANMHUYECKASA MPAKTUKA (HKM) MexayHapoaHbIi cTaH-
LAPT KAYECTBA, MPEAOCTABNEHHbI MexayHapoaHoM KoHbepeHuuen no rapmo-
HU3ALMM TEXHUYECKMX TPEOOBAHMI K PETMCTPALMM NEKAPCTBEHHBIX CPEACTB 1A
yenoseka (ICH; ot anrmn. International Conference on Harmonisation), mexayHa-
POLHOM OPraHu3aumen, onpemnensiowen CTaHAAPTL, KOTOpPble MPABMTENBCTBA
MOTYT NEPEBOINTL B HOPMATUBbI Al KITMHUYECKUX UCTIBITAHUI, B KOTOPbIE BKIHO-
UEeHBbI NIOAN.

OTKPbLITOE UCCNEAOBAHUE KnuHuyeckoe MCnbITaHUE, NPU KOTOPOM UCChne-
LOBATENU M YYACTHWUKM MCCNESOBAHMS 3HAIOT, KOKOE TepanesTMyeckoe nekap-
CTBEHHOE CPELCTBO OHU MPUHUMAIOT.

Kputepumn sbdektrsHocTr/oxmaaemsie pesynstats: [lo Hayana KnmHU4eckoro
MCMBITAHWS UCCNESOBATENM AOMKHbI OMPERENUTb, MOHUTOPUHT KAKUX KPUTEPHEB
3 bEKTUBHOCTM OHU BYLYT OCYLLECTBASTL LS U3MEPEHMst dbdekTa nccnemyemo-
ro MeTofa neyexus (Mnn gpyroro emellatensctsa). Hanpumep, B nccneposaHmm
¢dasbl 3 CF nepeuuHbIM OXMAAEMBIM PE3YNETATOM YACTO SBASETC PE3yNbTaT
TECTMPOBAHMA GYHKUMM nerkmx (06bem GOPCHPOBAHHOIO BLIAOXA B CEKYHAY,

ODBI).

DAPMAKOKMHETUKA (K] OK npepcraenser coboi aHanMs Toro, Kak fie-
KOPCTBEHHOE CPEACTBO BCACHLIBAETCS, PACNPEENIeTCs, PA3NAraeTcs U BbIBOAMT-
csi. B ocHoBHOM, €€ 1amepaioT nyTem B3sTUsS CEPUM OBPA3LIOB KPOBM U/MiIM MOUM
WM M3MEPEHMS KONIMYECTBA NEKAPCTBEHHOrO CPEACTBA WUIM €ro METABONWTOB B 30-
BUCUMOCTU OT BPEMEHM.

MNALEED npencrasnset cob0i HEAKTUBHYIO MUMIONIO, XMAKOCTb MM MOPOLLOK,
KOTOPbIE HE OBNOAAIOT TEPANEBTUYECKON LIEHHOCTBIO. B KNMHUYECKMX MCMbITAHK-
X SKCMEPUMEHTASbHLIE METOfbI NIEYEHMSI YOCTO CPABHMBAIOT C nnauebo, 4Tobsl
OLEHUTb 3PPEKTUBHOCTL SKCMIEPUMEHTASIBHOrO METOAQ fieveHus. B HekoTopbix
MCCNENOBAHMSIX YYACTHUKM B KOHTPOSLHOM rpynne nosy4atoT nnauebo BMecTo ak-
TUBHOIO NEKAPCTBEHHOTO CPERCTBA UMM SKCMEPUMEHTANBHOTO METOAA NEYEHMS.

C/10BAPb

MPOTOKO/ KnuHmueckme UCbITaHUS NPOBOAST COMIACHO MIAHY, HO3bIBAEMOMY
npotokonom. B npotokone onucaHo, kakue Tubl MALMEHTOB MOTYT NOCTYMNATH B
MCCNefoBAHME, PACMUCAHME TECTOB M NPOLEypP, NEKAPCTBEHHbIE CPEACTBA, [O-
3UPOBKM U NMPOJOMKMTENBHOCTb MCCNENOBAHUSA, O TAKXE PE3YNbTATh, KOTOPbIE
ByayT U3MEpATHLCA.

PAHAO0MW3ALMOHHBIM BU3NUT Pangomusaums o3HauaeT npuHaTUE pe-
LWEHMS CIy4aiHBIM 0B6PA30M (TO €CTb MPOU3BONBHO), KOKOM BUA MCCIENYEMOrO
TEPANeBTUYECKOro CPEACTBA OyaeT NofyyaTh NAUMEHT (B Clyyde CPABHEHWS
ABYX TEPAMNEBTUYECKMX CPEACTB APYr C Apyrom). Mnu oHa npeacrasnser cobon
NPUHATUE PELLEHMS CIy4aiHbIM 06pasom, ByneT nM oH/OHA NOMyYaTh AKTHB-
HOE NEeKAPCTBEHHOE CPeacTBo wnu nnauebo (B nnauebo-KOHTPONIMPYEMOM
ucnbITaHmu). BosmosxHbl Takxe apyrue cxemsl. [1pu 4AHHOM BU3UTE MK CPasy
nocne AaHHOIO BU3UTA MAUMEHT HAYMHAET MPUHUMATL MCCRENYEMOE TEPANEB-
TUYECKOE CPEeaCTBO.

PAHAOMU3UPOBAHHOE WCC/NEAOBAHUE VccnepoBaHue, B KOTOPOM
YHQCTHUKM MPOU3BOITBHO (TO ECTb Cy4OMHBIM OBPA30M) HA3HAYAKOTCH B OfIHY M3
ABYX Unu Gornee rpynm, Nony4aiowmx neyebHoe BO3LEeNCTBME, KIIMHUYECKOTO WUC-
nbiTaHus. MiHorna ucnons3aytot nnauebo.

OTCEVBAHME MO PE3Y/IbTATAM CKPUHUHIA CybbekT, He COOTBETCTBYIO-
LWMM KPUTEPUSM BKIKOYEHMS /UCKITIOYEHWA MPOTOKONA KIIMHUYECKOTO MCMbITAHMS
nocne TOoro, KaK NPOBEAEH CKPUHUHIOBBIN BU3MT.

CKPUYHWHIOBBLIV BU3WUT 310T BM3WUT NPEeaCTaBNAeT COBO# NEPBbIi BUIUT UCTbI-
TOHMS, rAE NPOBEPSIOT, COOTBETCTBYET NI KAHAMAAT HA YUYACTUE BCEM KPUTEPUAM
BKIIOYEHWS U UCKITIOYEHNS ONpPefeneHHOro NPOTOKONA.

CMNOHCOP Jlnuo, d1pma, OPraH MM OpraHM3aLysi, OTBETCTBEHHbIE 30 MHULMA-
LMIO, YNPABEHME 1 GUHAHCUPOBAHME UCCIEAOBAHMS.

CNOBAPb
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CCbI/TIKN U AO0NO/THATENBbHAA NHDPOPMAL A
HA AHI TUMCKOM A3bIKE

Clinicaltrials.gov
CLINICALTRIALS.GOV/CTZ2/INFO/UNDERSTAND

National Cancer Institute
WWW.CANCER.GOV/CLINICALTRIALS/LEARNING

Therapeutic Development Network
of the Cystic Fibrosis Foundation in US (CFF-TDN)
WWW.CFF.ORG/RESEARCH/TDN

ECFS-CTN website
WWW.ECFS.EU/CTN

US Food and Drug administration (FDA)
WWW.FDA.GOV

European Medicines Agency (EMA)
WWW.EMA.EUROPA.EU

Expert advice on Cystic Fibrosis (ECORN)
ECORN-CF.EU

Patient Partner project and European Network
for Patients Partnering in Clinical research (ENPCR)
WWW.PATIENTPARTNER-EUROPE.EU
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NMEPEYEHDb BEPCAVITOB ANA HEKOTOPbIX HALLMOHA/IbHBIX
ACCOUWMALWMN CF (OPTAHU3ALMX NALUMEHTOB) B EBPOINE

BCEMUPHASR Cystic Fibrosis Worldwide
WWW.CFWW.0ORG

eBPOMNA Cystic Fibrosis Europe
WWW.CFEUROPE.ORG

BrarotsopuTensHbI GoHg,
«Octposa» WWW.OSTROVARU.COM
Bcepoceuiickas accounaumst ans 6onbHbIX
mykosucunpozom MUKOVISCIDOZ.0RG

BE/MKOEPUTAHMUA Cystic Fibrosis Trust
WWW.CFTRUST.ORG.UK
aBcTPusA Cystischen Fibrose Hilfe
Osterreich
WWW.CF-AUSTRIA.AT/CMS
BE/bIUA Belgische Vereniging
Voor Strijd Tegen Mucoviscidose
(Ha pnamaHackom s3bike)
NL.MUCO.BE
Association Belge de Lutte contre la
Mucovisidose (Ha ¢ppaHLysckom s3bike)
FR.MUCO.BE
BONTAPUA Acounaums Mykosucumaosa
(aHmn. Association Mucoviscidosis)
WWW.LIFEWITHCF.ORG
YELLICKASI PECNYB/INKA
Klub nemocnych Cystickou Fibrozou
WWW.CFKLUB.CZ
AAHUA Danish Cystic Fibrosis Association
WWW.CYSTISKFIBROSE.DK
PAHLMA
Association Vaincre la Mucoviscidose
WWW.VAINCRELAMUCO.ORG
rEPMAHNA Mukoviszidose e.V.
MUKO.INFO
CF-Selbsthilfe Koeln e.V

WWW.CF-SELBSTHILFE-KOELN.DE

rrELmsA Hellenic C.F. Association
WWW.HCFA.GR

ntAnns ltalian Cystic Fibrosis Research
Foundation
WWW.FIBROSICISTICARICERCA.IT
Lega ltaliana Fibrosi Cistica
WWW.FIBROSICISTICA.IT

npnaHAUA The Cystic Fibrosis Association
of Ireland
WWW.CFIRELAND.IE

n3pPAnb Cystic Fibrosis Foundation of
Israel WWW.CFF.ORG.IL

HUAEPNAHAbI
Nederlandse Cystic Fibrosis Stichting
WWW.NCFS.NL

HOPBEIUA
Norsk Forening For Cystisk Fibrose
WWW.CFNORGE.NO

noneLuUA Polish Society Against CF
WWW.PTWM.ORG.PL

MOPTYFA/US
Associagao Portuguesa de Fibrose Qufstica
WWW.APFQ.PT

CNOBEHMWSA
Cystic Fibrosis Association Slovenia
WWW.DRUSTVOCF.SI

ncriaHns Federacion
Espanola contra la Fibrosis Qufstica
WWW.FIBROSISQUISTICA.ORG

LLIBELMA Riksforborbundet Cystisk Fibros
WWW.RFCF.SE

LWBENLAPUSA Schweizerische Gesellschaft
fur Cystische Fibrose (CFCH)
WWW.CFCH.CH
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