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B 30He 0cob60ro BHMMaHUA:

opdaHHble 3a6oneBaHNS

B HacTosllee BpeMst B MUpPE He CyLLecTBYET nedyeHus 6onee Yyem ang 6000 penko oTmevatoumxcs 3aboneBaHni,

ABe TPETU KOTOPbIX MOparkatoT NaLMeHToB AeTCKOro Bo3pacTta. B uenax npuBnevyeHns BHUMaHWsa 06LWeCTBEHHOCTH K
3TOM Npobneme EBponenckasa opraHn3auus no peaknm 3abonesanunam (European Organization for Rare Diseases —
EURORDIS) 29 deBpansa 2008 r. yupeanna [leHb peakux 3abonesaHuin. NocneaHnin aeHb peBpansg B BUCOKOCHOM roay
OblN1 BbI6paH OTHIOAb HE Cly4alnHO — OH BbiNafaeT TO/IbKO pa3 B YeTbIpe rofa, M03TOMY CUMBOJSIMYHO OTOXKAECTBASETCS
C peknumu 60ne3HsaMN. OBLLECTBEHHbIE aKLMK, MPOBOAUMbBIE B MOCNEAHUN AeHb deBpans, Moay4nam LWMPOKoe
pacnpocTpaHeHne He TONbKO B €BPOMNENCKMX CTpaHax, HO 1 BO BCEM MUpe

«BOJIE3HU-CUPOTbI»

Penkue nnu opdanHble (0T aHrn. orphan —
cuporta) 6one3HN — 3To 0606LEeHHOe
Ha3BaHue Ana BPoXaeHHbIX 1nbo nprobpe-
TeHHbIX 3a601eBaHNIi, KOTOpble KpaiiHe peaKko
0TMeYaloTcA B 06LLell NoNynALMY HaceneHus,
YXYALLAKT KauyeCTBO »KM3HW, XPOHNYECKN NPo-
rpeccupyioT 1 MOTYT MPUBOANTb K MHBaNUA-
HOCTW UAK CMepTK.

MHorve opdaHHble 3ab6oneBaHuA ABNAOTCA
reHeTnYecky 0bycnoBneHHbIMI 1 COMPOBO-
XKOAI0T YenoBeKa Ha NPOTAXEHNN BCEN XKN3HU,
Jake eCn X CUMMNTOMbI NPOABAAIOTCA He
cpasy. YacTo 6ore3Hb BO3HMKAET yXe B paH-
Hem BO3pacTe — okono 30% aeten ¢ pegknmm
3aboneBaHMAMM He AOXKMBAIOT [0 5 neT.

CnepyeT OTMETUTD, YTO He CyLuecTByeT
CBefeHui 0 eJUHOM YPOBHe PacnpoCTpaHeH-
HOCTW 3a60neBaHUA B NONYNALMY, NPY KOTOPOM
€ro HauMHAIoT CYnTaTb pefKuM. 3aboneBaHue
MOXET ObITb PeAKMM B OGHOW YacTyi MMpa Unu
Cpeaw onpeaeneHHON rpynmbl Ntogei, Ho Npu
3TOM YaCTO OTMeYaTbCA B APYINX PermoHax
nnbo cpeau Apyrux NonynALMOHHbBIX rpyn.

K nprimepy, BO BCeM M1pe BbIABAEHO NKLLb

200 yenoBek ¢ geduumtom N-aLeTunrnytamat
CVHTETa3bl — Hacne[CTBEHHbIM 3aboneBaHw-
€M, KOTOpOoe NPUBOAUT K HapyLLeHMIo 0bMeHa
BeLecTB. Ho nockonbKy peakux 3abonesaHni
camuix no cebe JOCTaTOUYHO MHOTO, TO B LIESIOM
KOIMYeCTBO Nofew € pasfiMuHbIMU UX BUAAMU
TaKKe BeCbma BHyLIMTeNbHO: Hanpumep, B CLLIA
0k0s10 30 M/H YenoBekK (Kaxabli AecaTblin), B
EBponeiickom Cotoze — 6onee 30 MSTH YenoBek

(0T 6 10 8% OT 06LLE YNCNEHHOCTW HaceNeHNs).

BmecTe ¢ Tem cyLLecTByeT Tak HasblBaeMoe
couManbHoO Hanpae/eHHoe onpegeneHne pea-
Knx 6osie3Hel, KoTopoe 0ToGpaXKaeT rpaHuLy
($MHAHCOBO-3KOHOMNYECKOTO 060CHOBaHMA
BbIrogbl A4nis paspabotkm JIC, Ncrosb3yembix
B /IeYEHMN COOTBETCTBYIOLLErO 3a60neBaHuA.
B pasHbix cTpaHax Kputepum «opdaHHO-

CTv» 6oNesHN onpeaensioT Ha OCHOBAHUM
YaCTOTbl PACMPOCTPAHEHHOCTU Ha YPOBHE

oT 1 cnyyas Ha 1 Tbic. yenosek Ao 1 cyyvasn
Ha 200 Tbic. yenoBek. B yactHoctu, B CLLA
penKMm 3aboneBaHNEM CUNTAETCA NaTonorus,
[MarHocTnpoBaHHas meHee yem y 200 TbiC.
YesloBeK, YTO COCTaBNAET MeHee 6,4 nauuneHTa
Ha 10 TbiC. yenoBek (13 pacyeTa, YTO Hacese-
Hue CLLIA — 314 mnH yenosek), a B Poccun —
10 cnyyaes Ha 100 TbiC. yenoBek. B ctpaHax
EC nop onpepeneHue «pegkoe 3abonesaHmne»
noAnagatoT COCTOAHNSA, OTMeYaemble Me-
Hee yem y 5 naymeHToB Ha 10 TbiC. Yenosek
(1:2000) nnu meHee Yem y 250 TbiC. 6OMBHBIX,
npwv TOM 4YTO HaceneHue ctpaH EC coctaBnset
506 mnH yenoBek. [InA cpaBHeHUA: B ANOHMMN
3aboneBaHne cumTaeTca opdaHHbIM, €CIN OHO
LMarHOCTNPOBAHO MeHee YeM Yy 50 TbiC. yeno-
BeK (T.e. MeHee 4 Ha 10 TbIC.), U3 pacyeTa, YTo
HaceneHue AnoHNN —128 MNH YeNOBEK.

B HacTosAwWwee Bpema ana YKpanHbl agek-
BaTHbIM ABMAETCA PACNPOCTPAHEHHOCTb Ha
ypoBHe 1:2000, kak npuHaTto B EC [1].

OPO®OAHHDIE IEKAPCTBA

OueBunIHO, 4TO HapPARY C PeaKnMK 3a-
6oneBaHUAMU CyLLECTBYIOT 1 pefkue (opdaH-
Hble) nekapcTBa Ana ux neyeHns. OpdaHHble
npenapatbl — 370 JIC, NpeHa3HayeHHble
N8 ANarHOCTUKK, NPOGUNAKTUKM U neveHuns
penkux 3abonesaHuii [2]. Mpenapat nonyyaet
cTaTyc opdaHHOro, eCnv €ro NPYMEHAIT ANA

TepmuH «opdaHHbIE 60TE3HH»
BriepBble nosBwics B CIIIA

B 1983 r. BOo BpeMsi IPUHATHUS
3aKOHa O Ipernaparax-
cupotax («Orphan Drug Act»),
npeaHa3Ha4YE€HHOTO I

nooupeHust hapMaleBTHIECKUX
KOMIIaHHUH K paspaborke JIC mis
JieyeHHus1 3a060JIEBAaHUI, KOTOPBIE
3aHMMAaIOT HEOOJIBIIIOH 06 beM

PbIHKa

Tepanuu pefKo oTMevaloLLerocs 3abonesa-
HUA, KOTOPOE YrPOXKaeT XKU3HW NaLmeHTa unm
MOXET NPMBECTM K TAXKENON NHBANMZHOCTK.
370 06K NPUHLIMM, KOTOPOMY CledytoT BO
MHOTMX CTPaHax mupa.

HekoTopble 3a6oneBaHna oTMevatoTca
HaCTONbKO PeAKO, UTo 3aTpaThbl Ha Pa3paboTKy
1 BblBeeHNe Ha PbIHOK NpenapaTtoB AN nx
AMArHOCTUKY, NPOGUNAKTUKI UK NeYeHus
He OKYNATCA OXK1AAEMbIMU JOXOAaMM OT
npopax; bapmaLeBTnyecKasn NPOMbILLIEH-
HOCTb He roTOBa 3aHMMAaTbCA UX Pa3paboTKo
Ha CTaHAAPTHbIX PbIHOYHbIX YCNOBUAX; Takne
J1C Ha3biBatoTCA «OpdAHHBIMMY — UMEHHO TaK
onucaHa npobnema B npextuse EC 141/2000.
B pesynbrate B HacToAwee Bpema ana 95%
penkux 3abonesBaHuii Tepanum NPoCTo He
CyllecTByeT.

Tem He MeHee opdaHHble nekapcTBa Mno-
ABNATCA 6narogapa o6WMM yCMnmnam scex
3aMHTepeCcoBaHHbIX CTOPOH, a TakXe coyeTa-
HUIO PbIHOYHbIX U PErYNATOPHbIX CTVMYOB.
[pwn 3TOM OYeHb BaXHbIM aCNeKTOM CTUMYNA-
LMK NccneaoBaHuii No co3aaHnto opdaHHbIX
npenapaTtoB ABNAETCA MOLAEPKKA CO CTOPOHbI
rocygapcraa.

B kKoHue 1999 r. EBpona nocnegoBana npu-
mepy CLUA v AinoHWK, KOTopble NPeanoXnan
pasnnyHble Mepbl CTUMYyNMPOBaAHWA pa3pa-
60TKM opdaHHbIX NpenapaTos. B anpekTrse
EC 6bin onpepeneH NopagoK OTHeCEHNA
J1C K KaTeropum opdaHHbIX, a TakKe nepeunc-
NeHbl Mepbl MOAAEPKKN UCCIeA0BaHNI, pas-
pPaboTKM 1 NPOABMXKEHMA HA PbIHOK NIeKapCTB
AN Tepanumn pefkrx 3abonesBaHui, BKoYas
3KCK/I03MBHOE NPaBOo Ha NpoJaxy npenapara
Mo 3TUM NOKa3aHMAM Ha CpoK Ao 10 neT.

W ecnn Ha MOMEHT NpuHATKA 3akoHa 06 op-
daHHbIX nekapcTeax B CLUA B 1983 1. Ynpasne-
H/EM MO KOHTPOIO 3@ MULLEBbIMU MPOAYKTaMM
1 nekapcteeHHbiMM cpeacteamm CLUA (Food
and Drug Administration — FDA) K npumeHe-
HUIO 6bI10 0A06PEHO NULLL 38 opdaHHbIX Npe-
NapaToB, TO MO COCTOAHUIO Ha OKTAOPb 2014 T.
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http://fp.com.ua/articles/chto-takoe-bolezni-sirotyi-i-pochemu-ih-lechenie-problematichno/

COrNacHO OTYeTY aHANMTUYECKON KOMNaHUK
«Evaluate Pharma» «Orphan Drug Report
2014» B CLLIA uncno ogobpeHHbIX opdaHHbIX
npenapaTos coctasuno 373 [3].

MPOBJIEMBI...

Mo mHeHuto EURORDIS, B ycnosumax
PbIHOYHOW 3KOHOMMKM dapmaLieBTNYECKas
MPOMBILLNEHHOCTb He 3aMHTepecoBaHa B pas-
paboTke 1 Npoaaxe ManbiX NAPTAN NEKapCTs,
npeaHa3HauyeHHbIX TONbKO AnA He6oNbLOro
KonunyecTBa 60/bHbIX. ITO 06BACHAETCA TEM,
YTO OXKMAAEMbIe NOCTYMNIEHNA OT MPOAAXKN
Takux JIC He NOKPbIBAIOT YpE3BblUaHO BbICO-
KVX pacxofoB papMaLieBTUUECKNX KOMNaHNIA,
CBA3aHHbIX C VX BbIBOJOM Ha PbIHOK [2].

Bo MHOrom cnoMHOCTb Pa3BUTMA STOFO CeK-
TOpa KNMHWYecKoi papmakonornm obycnos-
NeHa OTCYTCTBMEM pa3paboTaHHbIX MOAXOL0B
K oLieHKe 3 deKTNBHOCTY 1 6e30MacHOCTY Op-
baHHbIX NeKapcTB, T.K. NpoBefeHne 06bIYHbIX
KpyMNHOMACLWTabHbIX KMHUYECKNX NCCeaoBa-
HWI1 B 3TOM Clly4yae HeBO3MOXHO.

B HacTosLiee BpemsA Hanbonbluee Konu-
YeCTBO «1eKapCTB-CMPOT» UCMONb3YIOT ANA
neyeHUsA remobnacTo3oB 1 paka (ocTpble M-
bobnacTHble Neilko3bl, TPOMUENOLMTaPHbIE
NenKkemMmu, XPOHNYECKMIN MUEeNoNenkos; pak
MOYKM, HAAMOUYEYHNKOB, MULLEBOJA; HEXOAX-
K1HCKaa NuMQoma, CeMeliHbI aleHOMaTo3
KMweyHnKa 1 T. fi.). Ha BTopom mecTe no nprme-
HEHWIO 3TUX NpernapaToB HAXOANTCA rpynna Ha-
CNefCTBEHHbIX 3300MeBaHN — akpoMeranus,
6one3Hb Qabpw, rnnepammoHemMus, 6onesHb
lowe, mykononucaxapugos |, I, IV Tunos u ap.
TpeTbe MecTo 3aHUMALOT TAXKeNble BPOXAEHHbIe
1 HacnefCTBEHHbIe 3a60eBaHNA LeHTPanbHOM
HEPBHOW CUCTEMbI, NPeX/e BCEro MUOKIOHNYe-
cKad sanunencua (cuHapom [lpasetca), anunen-
cvAa JleHHOKCa, KaTannekcya ¢ HapKonencuen
Y B3pOC/IbIX, XPOHWNYECKMIA 6ONEBOI CUHAPOM,
PE3UCTEHTHBIN K aHanbreTukam [4].

...\ MEPCMEKTUBbI

MpenmyLiecTBo opdaHHbIX MpenapaTos
3aK/I0YAETCA B TOM, Y4TO UM He FPO3UT KOHKY-
PEeHLMA, MOCKONbKY UX FreHepUKMN NOABNAIOTCA
Ha pblHKe KpaliHe peako. Kpome Toro, ecimn
npenapaTy NPUCBOEH CTaTyc opdaHHoro,
TO NpoLefypa oA06PeHNA PerynaTopHbIMU
opraHamm nNpoXoAWT HaMHOTO BbiCTpee, a K-
HUYeCKMe NCnbITaHNA 06XOAATCA KOMMAHKAM
newesne. OgHoN 13 KITIOYEBbIX 3aKOHOAATE b-
HbIX MHULMATVB, MPV3BaHHBIX CTVMYNNPOBATh
pa3paboTky opdaHHbIX CPeLCTB, ABNAETCA
npogJieHne CpoKa UX NaTeHTHOW 3aLuTbl MO
CPaBHEHWIO C APYTIMW MHHOBALMOHHBIMK J1C.

Kpome Toro, dapmavieBTryeckre Komna-
HUW, 3aHUMatoLLMecs pa3paboTKol opdaHHbIX
npenapaTtos, MOryT NPeTeHA0BaTb Ha Nosyye-
HUe LieneBbIX rPaHTOB B paMKax COOTBETCTBY-
IOLMX MPOrPaMMm, OCYLLECTBIAEMbIX Ha YPOBHe
EC v oTaenbHbIX CTpaH, a Tak»Ke MHULMATKB,
HanpaBfeHHbIX Ha MPOoBefeHNe NccieaoBa-
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HWIA B 0bnacTy paspabotku JIC ansa neyeHus
peakyx 3abonesaHui, BKNOUaa paMoYHble
nporpammbl EC B cdepe 3apaBooxpaHeHua.

MapMaLeBTNYECKUM KOMMAHUAM, KOTOpble
3aHMMaloTCA paspaboTkamm opdaHHbIx JIC B
CLUA, Takxe NpefocTaBnAloTCA pasfinuHble Gu-
HaHCOBbIe IbroTbl 414 OCYLIECTBIEHNA CBONX
npoekToB. TaknM KOMNaHuAM nonaraetca 50%
HanoroBbl KpeauTt Ha R&D-pacxoppl. Takxke
npasutenbcTBo CLUA pgaet rpaHTbl Ha NnpoBe-
nenue |-1ll dasbl KNMHUYECKMX nccnepoBaHUi
NpPOAyKTOB, NPeAHa3HauYeHHbIX ANA fleYeHunn
peakvx 3abonesaHui, B 06beme $30 MIH.
Hanorosble c6opbl ¢ noTpebutenein stomn npo-
OYKLMM OTMEHEHbI, YTO flenaeT ee 6onee fo-
CTYMHOW 1 CNocobCTBYeET yBennueHnio obbema
NpofaX B HaTypasbHOM BblpaXKeHWU.

CornacHo AaHHbIM aHANUTUYECKOTO AOKNaAA
«Thomson Reuters», 06bemM MMPOBOTO PbiHKa Op-
(daHHbIX NpenapaToB K KoHUy 2011 I. npeBbicun
$50 MNpA, UTO COCTABWIIO NPUMEPHO 6% 06LLero
obbema pblHKa dapmnpogykumm ($880 mnpa).
Mo nporHo3am, K 2018 r. pbIHOK opdaHHbIx JTIC
OyneT oueHnBaTbCA B $127 MApa, AOCTUTHYB
16% pbIHKa peLienTypHbIX MpenapaTos.

Mo AaHHbIM aHANTUYECKON KOMMAHNN
«Evaluate Pharma», 06bem npopax opdaH-
Hbix npenapatos B CLUA, EC n AinoHun 6ypet
yBepeHHO yBennumsaTtbca fo 2020 r. [laHHan
TeHAEHLMA Bbi3BaHa CHXKeHVeM 3aTpat
Ha pa3paboTKy opdaHHbIX NpenapaTos Nno
CpaBHeHWI0 C UHHOBaLMOHHbIMKM J1C, npeg-
Ha3HauyeHHbIMK ANA neyeHusa 3abonesaHni B
60MbLUO NOMYNALMM, @ TaKXKe NOBbILIEHNEM
NPOAYKTUBHOCTMN TaKNX pa3paboTok.

Mo paHHbIM oTueTa «Orphan Drug Report
2014», fona opdaHHbIX NpenapaTos B 06LleM
obbeme npopax peuentypHbix JIC (3a ncknio-
yeHvem reHepukoB) K 2020 r. coctasuT 19,1%
(okono $176 mnpp), Npu 3TOM CPeAHErofoBoi
npupoct B nepuof 2014-2020 rr. B IeHEXHOM
BblpaxkeHUn gocturHet 10,5%. [1na cpasHe-
HWA: cpegHerogoson npupoct gonn JIC gna
neyeHns 3a6oneBaHUI, YaCTO BbIABNAEMbIX B
NOMyNALMM N He OTHOCALLMXCA K OPGaHHbIM,
3a fJaHHbIN NepuoA COCTaBUT nuLwb 4,3%,

a peuenTypHbIx JIC — 5,3%. Takum o6pasom,
MOXHO NPOCNeanTb YETKYI0 TEHAEHLMIO K
yBeNMUYeHUIo JonM opdaHHbIX NpenapaTos

B 06LieM 06beme Npogax peLenTypHbIx JIC
(3a NCKNIOYEHNEM reHepUKOB), HaurHasA ¢ 8,9%
B2006T.10 19,1% B 2020 T. [3].

CUTYALINA B YKPAUHE

B YkpauHe Kk opdaHHbIM 3aboneBaHmAm
OTHeceHbl 6onesHb fowwe, eHnNKeToHNpYH, re-
modunua Tnos A nnu B, 6onesHb Bunnebpan-
13, MyKOBMCLMA03, TMNOPM3aPHBI HaHU3M,
TMpO3nHeMusA, 6onesHb Momne, 6onesHb Hu-
MaHa — [MuvKa, neiunHo3 (6onesHb KNeHOBOro
CMpona), MbileyHas ANCTpoduaA, NepBrYHble
(BPOMXAEHHbIE) UMMYHOAEDVLIMTDI, PEAKOCHbIE
OHKOMornyeckyie 3abonesaHus u ap.

\y pokyci\ HayKa

CnepyeT oTMeTUTb, uto B 2014 1. M3
YKpaviHbl ynopaaouunno noHaTmne «oppaHHble
3aboneBaHVA», a Tak»Ke yCOBEPLIEHCTBOBANO
1 NPVBENIO B COOTBETCTBME C €BPONENCKNMU
HOpMamm peecTp opdaHHbIX 3a601eBaHWIA.
Kpome Toro, 6bin pazpaboTaH NOpAAOK NOXU3-
HeHHoro obecneyeHnsa 6onbHbIx JIC 1 cneuw-
anbHbIM IMETUYECKNM NUTAHVEM, a TaKXKe Npu-
HATO peLleHne O CO3AaHNMN LIeHTPa opdaHHbIX
3aboneBaHuUI Ha 6a3e HaumoHanbHoOWM AeTcKon
crneunanun3vpoBaHHo 6onbHULbI «<OXMaTAET»
[J1A B3aMMOAEWCTBIA C aHaNOrMYHBIMU LiEHT-
pamu B Apyrunx ctpaHax mupa u ap. [5].

Bbinu BHeceHbl n3meHeHWA B OCHOBbI 3aKo-
HopaTenbCTBa YKpauHbl O 30paBoOXpaHeHn
OTHOCUTENbHO 06ecneyeHNs NPOGUNaKTUKK
1 nevyeHus peakmx (opdaHHbIx) 3aboneBaHni
(3aKoH YkpauHbl N¢ 2461 ot 15 anpensa 2014 r.).
B cootBeTcTBUM CO cTaTbel 53" «Mpodunak-
TWKa 1 NleyeHmne pegkmx (opdaHHbIx) 3ab6one-
BaHW» rOCyAapcTBO 06ecneymBaeT Mepbl No
npodunakTuke peaknx (oppaHHbIX) 3abone-
BaHWIA N OpraHn3aLum NpefoCTaBieHNA rpax-
flaHam, CTpajatoLwmm Takumm 3aboneBaHmAMY,
COOTBETCTBYHOLLE MeJULNHCKO NOMOLLM.

C 310N Lenbio LeHTpanbHbIN OpraH NCNOHW-
TenbHO BnacTn, obecneurBaiowmii Gopmu-
poBaHMe rocyapCTBEHHOW NONUTUKK B chepe
3[1paBOOXPaHeHUA: onpeaensaeT v yTeepxaaer
nepeueHb peakux (oppaHHbIX) 3a60neBaHNN

1 obecneynBaeT opuLManbHyto nybnvKalmio
3TOro NepeyHs; B NopaaKe, yCTaHOBIEHHOM
KabrHetom MuHucTpoB YkpanHbl, obecneun-
BaeT co3fjaHne 1 BefjeHne rocyjapCTBEHHOro
peecTpa rpaxfaH, CTpafatoLWwmnx peaKkuMm
(opdaHHbIMKM) 3a60neBaHUAMM; onpeaens-

€T Mepbl, HeobxoAnMble /1A NpoBefeHNA
npodunakTukm pefknx (opdaHHbIx) 3abone-
BaHWIA, U yCTaHaBIMBaeT MOPAAOK OKa3aHuA
MEANLIMHCKON NOMOLLY rpaxkaaHaMm C STUMM
3aboneBaHmAMU.

3aKoHOM TaKXe npefycMOTPEHO, YTO
rpaxpaHe c pefkumu 3abonesaHmamm bec-
nepeboliHo 1 6ecnnatHo obecneunBatoTca
HeobXoAUMbIMU ANA NeveHns 3Trx 3abone-
BaHWI JIC 1 COOTBETCTBYIOLMMM NULLEBBIMM
npoAyKTamm Ana CneyuanbHoro AMeTnyeckoro
notpebnexHua.

B HacToALee BpeMsA CTOMMOCTb leYeHns
OfHOTO NaumeHTa ¢ opdaHHbIM 3aboneBaHNEM
coctaBnAeT oT 20 TbIC. FPH A0 6-8 MIH MPH B
rofi. DvHaHcMpoBaHUe neyeHna peakmx 3abo-
neBaHui B YkpauHe B 2015 r. 66110 yBennueHo
Ha 50% no cpaBHeHuto ¢ 2014 r., oAHaKo B
npoekTe 6toaxeTa Ha 2016 I. OHO OCTanocb
Ha ypoBHe 2014 . (138 M/IH rpH BMECTO He-
06xoanmbix 500 MH rpH) [6].

Mogrorosuna AnekcaHapa [lemeukas,
KaHA. 6uon. Hayk
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