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O6HoBneHHas nHpopmaumnsa ang
AccoLMALIMU NALUEHTOB C
axoHpponnasnen

«BuoMapuH» — 3To MexxayHapoaHas papmMmaLeBTUUECKAS KOMNAHUS,
umetouias 6onee 20 net onbiTa B paspaboTke neKApCTBEHHbIX NPENAPATOB
AN neyeHus peaKuX reHeTUuYecknx 3aboneBaHum.

Komnanusa «<bnoMapuH» o6bsiBuna o nonaue 3aseku B EBponeiickoe areHTcTeo no
nekapcreeHHbIM cpepacream (European Medicines Agency, EMA) Ha nonyueHue
perncrpaumnoHHoro yaocroeepeHus (Marketing Authorisation Application, MAA) n B
YnpaeneHue no KOHTPOJIO KAYECTBA MULLEBbLIX NMPOARYKTOB U NIEKAPCTBEHHBIX
cpencre CLWA (US Food and Drug Administration, FDA) Ha perncrpaumio HoBoro
nekapcreeHHoro npenapara (New Drug Application, NDA) B oTHOWwIEHUN uccneayemoro
npenapara BOCOPUTUAA AN neuyeHus axoHaponnasumu. Uccnenyembii npenapar —
3TO NMpenapar, KOTOPbI U3YUdEeTCs € LIENbIO OLLEHKM ero 6e30nacHocTn u

3¢ PEKTUBHOCTM ANA NEYEHUS TOrO UNUu uHoro sabonesaHusa. Bocoputua He 6bin
ono6peH ana NpUMEeHeHUs UNu NpU3HaH 6esonacHbim unu 3¢pPpekTneHbim. Komnanus
«BbnoMapuH» npeacTasuna AaHHbIE, KOTOPbIE Tenepb 6yAyT PACCMOTPEHDI
pPErynupyiowmmm opraHamm Ans NPUHATAS PELIEHUS O TOM, cneayeT nu oao6puTb
BbIBOA HOBOFO NMPENAPATA HA PbIHOK.

bonee 500 nete# ¢ axoHApONNA3ZMEN NPUHAIIM YUACTUE B KIIMHUUYECKUX
uccneaoBaHuax komnaHum «bnoMapuH» B 8 cTpaHax. 3TM AeTU U UX CEMbM Cbirpanm
K/IIOUEBYIO POJib B MPOAOIKAIOLWEMCA UCCIIEAOBAHMNM, NOCBALEHHOM
axXOHAPONA3UMN, A TAK)KE oLeHKe 6e3onacHocTu n 3¢pdekTMBHOCTU Bocoputuana. Mol
BbIPA>KAEM OFPOMHYIO 6/1aroaapHOCTb BCEM, KTO YUACTBYET B HAWMUX KINMHUYECKUX
MccrefoBaHUAX.

Mpononxawueecs uccnenoBaHue, oTKpbIT Habop
) YUYACTHUMKOB B UCCNIe[QOBAHME

111-209: UccnenoBaHue ¢asbl 2 ana aeren, HaAXoAAWMXCcA B rpynne
PUCKa HEO6XOAUMOCTU XUPYPIrUUECKOU AEKOMMPECCUUN NpU
LepBUMKOMEAYIISIPHOM CMHAPOME

Uccnenosanue 111-209 otkpbiTo ana Habopa, u nepeblie YUACTHUKU HaUanu
neyeHue.
Llenb 3TOro nccneaoBaHms cocTomt B UsyuyeHnmu 6esonacHocTv u 3pPpeKTMBHOCTH
BOCOPUTMAA y MNAAEHLEB U AeTein 6onee cTapluero Bo3pacra, KoTopblie
HAXOAATCA B rPynne pucka HEO6XOAUMOCTU XUPYPIMUECKOU AEeKOMNpPeccuun
Npy LEepPBUMKOMEAYNNIAPHOM CMHAPOME.
OononHurenbHas nHpopmauus o6 uccnenosanmm 111-209
pasmelwieHa Ha Beb-caunre:
https://clinicaltrials.gov/ct2/show/NCT04554940
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Mpononxawowmecs nccnenoBaHus, HA60p NALMEHTOB 3aBEPLUEH

Uccneposannsa 111-202 u 111-205: UccnepnosaHuns no onpeaeneHuio Ao3bl U pacliMpeHHble
uccnenoBaHus

Komnanus «<buoMapuH» 3asepumna uccneposaxHme no nogbéopy nosbi 111-202 u B Hacrosuwee
BPEMs OCYLUECTBASET nocnenyouee HabnogeHne 3a yUacTHUKAMU B AONITOCPOYHOM
paclumpeHHOM uccnenosaHmm nop HassaHmem 111-205.
HDononHurenbHas uHdpopmaumnsa o6 uccneposarmm 111202 pasmewteHa Ha Be6-
\1. canre: https://clinicaltrials.gov/ct2/show/NCT02055157

HDononHurenbHas uHdpopmaumnsa o6 uccneposarmm 111205 pasmewteHa Ha Be6-
caure: https://clinicaltrials.gov/ct2/show/NCT02724228

Uccneposanmnsa 111-206 n 111-208: Uccnepnosanuns ¢asbl 2 ans oueHkn 3¢p¢PeKTUBHOCTU U
6e3onacHoCcTH

Ha6op B uccnenosanue 111-206 3asepuweH. Mo npowecreumn ogHOro roaa B 3Tom UCCNIeAOBAHUMA
yuYacTHUKu 6ynyT yuacTBOBATb B AOITOCPOYHOM pacluimpeHHom uccnenosanum 111-208. 3t
K/IMHUYECKUE UCCNIEAOBAHUSA NPeAHA3ZHAYEHb] AN usyuyeHus 6e30nacHoOCTM BOCOPUTUAA U €ro
BAIMSIHMA HO POCT YYACTHUKOB, NoTpe6HOCTb B XMPYPIrUyeckom BMELLATENbCTBE, 3A0POBbE
KOCTEU } ;. }CTBO XKMU3HMU.
ﬁ v AononxurensHas uipopmaums 06 uccneposanum 111-206 pasmelneHa Ha Be6-
caure:
https://clinicaltrials.gov/ct2/show/NCT03583697

Wecnenosannt a0l v 1T 08 e  Sorn Gasi S A bueticn >Bhersnocs e
6€30nacHOCTH pyyis: / /dlinicaltrials.gov/ct2/show/NCT03989947

Ha6op B uccnepoeanue 111-301 3aeepeH. Komnauus «<buoMapun» o6bsasuna pesynbrarbi
nepBUYHON KOHEYHOM Touku. B HacTosiuee Bpems yUacTHUKU HaxonaTcs non HabnogeHuem B
AONTOCPOYHOM PACIUMPEHHOM UCCrieaoBaHUM noa HassaHueMm 111-302. O6parurech K pasaeny
«My6nukauum u npeseHTauumn» Ha ctpaHuue 3 ang nonyJyeHus 6onee nonpo6HoMn
nHpopmaumn.

1. HononHutensHas uHpopmauua 06 uccnegosanmm 111-301 pasmewena Ha se6-
SJ~ caire: https://clinicaltrials.gov/ct2/show/NCT03197766

HononHurensHas nHpopmaums o6 uccneposanum 111-302 pasmewteHa Ha Be6-
caure: hitps://clinicaltrials.gov/ct2 /show/NCT03424018

Uccnepoeanusa 111-501 u 111-502: HabnrogarenbHbie UCCNEe[OBAHMUSA BIIMSHUSA HA
NPOTS>XKEHUU BCEN YKU3HU

Ha6op B uccnepoeanmsa 111-501 (LIAISE) u 111-502 (LISA) 3aBeplueH. 3T nccnenosaHus He
CBSI3AHBI C Uccneayembim npenaparom. Mx uenb cocrout B Tom, UTo6bl NyuLlie MOHSATb XXU3HDb €
AXOHAPOMNMA3NENA MYTEM MOUCKA TEHAEHLUIA B COCTOSSHUM 3A0POBbS € AETCKOro A0 B3POC/IOro
Bo3pacra. O6parurecb k pasaeny «[My6bnukauumn u npeseHTauun» Ha cTpaHuue 3 ans
nonyueHus 6onee noapo6Hoi nHpopmaumm.

M~ NononHurenbHas uHdpopmaums 06 uccneposanmm 111-501 (LIAISE) pasmeweHna
' Ha Be6-camre: https://clinicaltrials.gov/ct2/show/NCT03449368

HononHutenbHas uHdpopmaumsa o6 uccneposarum 111-502 (LISA) pasmeweHa
Ha Be6-caure: https://clinicaltrials.gov/ct2/show/NCT03872531
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111901 HabnioparenbHoe uccnegoBaHue

Habop B uccnepoeanue 111-901 saeepweH. B nccneposaHumn He 6yner usyuarbcs
uccnepyemoii npenapar. [laHHble, MONyUyeHHble B XOAE 3TOro uccneposaHus, 6ynyr
CPABHMBATLCA € AAHHBIMU, MOJNTYYEHHbIMU B XOAE UCCNIEAO0BAHUN, MPOBOAUMBIX
komnaHueun «buoMapuHn», B KOTOPbIX yUacTHUKM NPOXOAAT NNeUeHUE NPENAPATOM
BOCOPMUTUA, C LLENbIO NTyuLlEero NoHMMaHus 3p¢eKTos nccneayemoro npenapara.
- HdononHurenbHas uHpopmaumsa o6 uccnepoesarmm 111-901 pasmeweHa Ha
ﬂ‘- Beb6-caure:
https://clinicaltrials.gov/ct2/show/NCT01603095

My6nukauumu n npeseHTauum

| O6wecreo s3HpokpuHonoros (Endocrine Society, ENDO)

(ifm

O606uieHHbIe pe3ynbraTbl uccneposanmnin BMN 111-301 n 111-302 6b1nn npeacraesneHbl HA
e>xxerogHom co6panun Ob6uwecrea snpokpuHonoros (ENDO) B mapte 2021 rona.

. HononHurensHas nHpopmaumsa o6 uccnepgoeavmm 111-302 pasmeweHa Ha
< Beb-caite:
https://clinicaltrials.gov/ct2/show/NCT03424018

AmepukaHckui konneax meauumuHckomn reHetnkm (American College of Medical
Genetics, ACMG)

B anpene Ha exxerogHOM co6paHun AMEPUKAHCKOro KOnneaXXa MEAULIMHCKON FrEeHEeTUKU
(ACMG) cocToanocb HECKONBKO NPE3EHTALUMNA AAHHBIX, MOMYUYEHHbIX B PAMKAX
NPOrpammbl KIIMHUYECKUX UccneaoBaHMn komnaHmm «<buoMapun». K HUm otHocsares
pesynbrartbl 5-netHux nccneposaHun 111-202 u 111-205; creHpoBas npeseHTaumsa AAHHbIX
onpoca NuL, oCyLWecTBAAIOWMNX YXORA 3a CTPAAAIOWMMU AXOHAPONAasMen; Naakar ¢
NPOMEXXYTOUYHbIMU PE3yNbTATAMU UCCIEAOBAHUSA ROCTYNA K PbIHKY «3HAUYMMbIE
pe3ynbTartbl»; YCTHASA NPE3EeHTAUMSA U NNAKAT ¢ pesynbraramm uccnepgosanmsa BMN 111-501

(LIAISE), munfnioparenbHOro UccneaoBaHUS BIMSHUS HA MPOTAXKEHUU BCEN XKUBHM.

ﬁ‘c HononuurenbHas uHpopmaumns o6 uccnegosarmm 111-501 (LIAISE)

pasmewieHa Ha Beb6-caure:
https://clinicaltrials.gov/ct2/show/NCT03449368

HDononHurenbHas nHpopmaumsa o6 uccneposarum 111-205 pasmeweHa Ha

HdononHuutensHa uigpopmaums

\ + [ononHurenbHas MHGOPMALMS O KIIMHUYECKUX MUCCIIEAOBAHMUAX KOMMAHUMN
J «BbuoMapuH» pasmeweHa Ha Be6-cairte: www.clinicaltrials.gov, ans ee npocmotpa
BBeauTte kof uccneposanmsa «BMN 111»

+ J[lononHurenbHas MHGOPMALMSA O XXU3HU ¢ AXOHAPONIA3NENA U COOTBETCTBYIOLUE
pecypcni pasmenueHbl Ha Be6-caire: www.achondroplasia.com

* 3anpocbl UK OT3bIBbI OT OPraHU3ALMIA MPABOBOW 3ALMUTBI HANPABASWATE MO AApPECY
patientadvocacy@bmrn.com

+  CBS>KMTECH C OTAENIOM MEAVLIMHCKOMN MHpopmauumn komnaHum «buoMapuny,
o6paruewmcs no aapecy medinfoeu@bmrn.com
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