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Pe3stome: B pamkax faHHoi pa6oTsl 6b1710 NPOBEAEHO (aPMAKOIKOHOMUHECKOE
UCCIIELI0BAHNE JIEKAPCTBEHHbIX NPENaparoB, UCIO0b3yeMblX B (DEPMEHTHON 3a-
mecTutenbHov Tepanuu (O3T) naumneHToB ¢ Mykoronucaxapygosom (MIIC) I
TMna: ngypcynsghasbl u ngypcyrbassl 6eTa. B pesysnstare 6b1/10 yCTaHOBIEHO,
YTO MPUMEHEHNE Npenapara uaypcynbasa 6era, Spnsercs 60nee apmaros-
KOHOMUYECKYM BbIrOAHOV cxemoui Teparmm naumeHTos ¢ MIIC Il Tuna. SkoHo-
MUS SEHEXHBIX CPEACTB NPY 11ePEBOJE OAHOI0 MaumeHTa ¢ naypeybgassl Ha
uaypcynbghasy 6eTa cocTaBaeT B TeYeHne 0fHoro roga - 7 377 746 pye., 3a
5 ner - 36 888 728 py6. B xofe aHann3a «B/MSHUSA HA OIO[DKET» OMpPeaennin,
YTO yBE/IMYEHNE O nauneHToB o 50% Ha npenapate ngypcynbghasa 6eta
103BOSIUT JOCTUYL 00LLEH SKOHOMUM B pasmepe 796 845 270 py6. 3a 5 ner.
[TpOBEAEHHBIN aHaNN3 «yMyLEHHbIX BO3MOXHOCTEN» M0KAa3aj, 4T0 Ha CIKO-
HOMJIEHHbIE [1EHbIV BCIIELACTBUE CMEHBI CTPATErM TEPANMNN MOXHO OblI0 bl
nposneYnTb 4ononHNTeNbHO 28 naynentos ¢ MIIC Il Tuna.

KnroqeBble cnosa: mykononmcaxapugos (MIIC) Il Tuna, cuHgpom XauTepa,
hepmeHTHas 3amecTutenbHas Tepamus (O3T), aHanna 3aTpar, aHamm3 «MuHN-
Mu3aLmn 3aTpat», aHaIN3 «BITMSHNSA Ha GIOXET», (hapMaKOIKOHOMMUKA, KIU-
HUKO-3KOHOMNYECKNI aHanmn3.

BeegeHune

Mykononucaxapugos (MMNC) Il Tuna unu cuHapom XaHTepa sBNsSeTCS
XPOHMYECKUM, NMPOrPECCUPYIOLLMM MYTBLTUCUCTEMHBIM 3a6051eBaHNeM, CBSA-
33aHHbIM C PaHHei UHBANMAN3aUNeR U CMEPTHOCTLIO NauMeHToB. bynyuu Tq-
xenbim 3a6onesanunem, MG Il Tuna xapakTepuayeTcst Cepbe3HbIMM HapyLLUe-
HUAMW CO CTOPOHbI LIENIOr0 psifia CUCTEM OPraHoB 1 TPeBYeT MeAMLMHCKON
MOMOLLY NO CReLyLUM HANpaBneHuaM: Kapanomnorus, Hesponorus, nynb-
MOHOAOrUs, NCUX0N0rua u oproneaus. Hanbonee 4acTbIMi KNUHUYECKUMN
npossneHuamu MINC Il Tuna aBnatoTca rpy6ble 4epThbl NULA, NanynesHbIe Bbl-
CbinaHus, noTeps cryxa, 06CTPYKTUBHbIE 3a60/1€BaHNSA [bIXaTeNbHbIN NyTel,
MHEBMOHWW, renaTtocnieHoMeranus, cepaeyHble 3a60neBaHns, NopaxeHue
LHC, TyronoasmxHoCTb cyctaBos. Oxuaaemas npoAoHKUTENbHOCTb XKU3HN
nauneHToB, 6e3 Tepanuu NaToreHeTM4eCKUMK npenaparamu, He NpeBsblllaeT
[BajLaATN NeT; CMepTb BO3HWKAET B Pe3ynbraTe 06CTPYKLMM AbIXaTenbHbIX
MyTei Unu CepAe4HON HeA0CTaTOYHOCTY HA (POHE NPOrPECCUPYIOLLNX HEBPO-
noru4eckux cumntomos [1,2].

EAMHCTBEHHbIM 06LLENPUHATLIM noaxofom K neyenuto MIC Il Tuna Ha
CErofHALIHUA [eHb ABNAETCA NOXU3HEHHAA (DEPMEHTHAA 3aMecTUTENbHAs
Tepanus (®3T) AnA NaumeHToB C BPOXAEHHbIM AeddeKTOM mMeTabonusma
rnukosamuHornukados (FAT) [3,4,5,6]. Ha poccuiickom pbiHke ®3T npea-
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ctasneHa asyms MHH: naypcynbasa (Inanpasa®, «Shire Human Genetic
Therapies») un ngypcynbasa 6eta (XaHtepasa®, 000 «HaHonek»), nekap-
CTBEHHbIe npenaparbl BbINyCKAKTCA B BUAE KOHLEHTpATa ANs NPUroToBNEHUs
pacteopa ans uHdysui [7,8]. 06a hepMeHTHbIX Npenapata UMEKT OfMHa-
KOBYI0 MOCNEA0BATENbHOCTb AMUHOKMCNOT, HO Pa3Hble NaTTepHbl rUKO3M-
NINPOBAHUSA, 4TO 06YCNOBMEHO UCMONb30BAHNEM PA3ANYHbIX KNETOYHbIX NN~
HUA 1 NPOU3BOACTBEHHbIX MPOLECCOB: MCTOYHUKOM KNETOYHbIX NUHUIA ANs
UAypcynbdasbl 6eTa ABNATCA ANYHUKN KMTANCKOrO XOMAYKa, a Ans Uayp-
Ccynbasbl TpPaHCGOPMMPOBAHHbIE KNETKKM Yenoseka [3]. B cooTBeTcTBun C
KNUHUYECKMMI PEKOMEHAALMSMN, Tepanus Kak naypcynbgason, Tak u uayp-
cynba3on 6eta NpoBOAUTCS B J03upoBke 0,5 MI/Kr OUH pa3 B Hedesto B
BWE BHYTPUBEHHON WH(DY3UM B Te4eHWe 3-X 4acOB CO CPeLHeN CKOPOCTbIo
40 MA/4 B YCNOBWAX LHEBHOMO CTauuoHapa. B cnyyae nossneHus annepru-
YECKMX peakumit CKopoCTb WHADY3UW 3aMeanseTcs BnioTe 4o 12 yacos, npu
HE06X0AMMOCTM NPEKPaLLAETCA NOMHOCTLIO [6].

Yactota pacnpoctpaHénHoctn MG Il Tuna oueHnBaeTes kak 1:156000
- 1:140000 HoBopoxzaeHHbIX [1]. B Poccuiickon ®epepaummn (P®) Ha 2019
rof Nno aHHbIM hefiepanbHOro perucTpa nuu, CTpajalowmnx XXU3Heyrpoxa-
OLLMMU N XPOHWUYECKUMM NPOrPecCcUpyowmnmn peskumin (opdaHHbIMi) 3a-
6051eBaHNAMK, NPUBOAALLNMU K COKPALLEHWIO MPOAOKUTENbHOCTU XKU3HN
rpaXaaH unu Ux WHBANMAHOCTYW, YACNO NAUWEHTOB C CMHAPOMOM XaHTepa
cocTtasnset 133 4yenoseka, n3 KOTOPbIX NOAYYAOT CNELUANN3NPOBAHHYH Me-
AnunHckyto nomoub 108 naumentos [9]. CornacHo ®3 Ne-323 cTaTtyc peako-
ro (opdhaHHoro) 3a6onesaHus B PO npuceansaeTcs ¢ pacnpoCTPaHeHHOCTbIO
He 6onee 10 cnyyaes Ha 100 000 4enosek [10], u3 yero cnefyert, 4to MIC Il
Tna aBnseTcs pegkum 3aéonesanuam [11]. Kpome Toro, cMHapom XaHtepa
BKJ/IHO4EH B NepeyeHb BbICOKO3aTpaTHbIX Ho30norui (B3H) n donHaHcupyetcs
3a CYeT cpeacTs dheaepansbHoro 6rmpketa. lotomy Kak nporpamma B3H noa-
pasyMeBaeT y4eT KaXA0ro naumneHTa, To 1 610pKeT NporpamMmmbl (OMKCMPOBaH.
Bbicokas CTOMMOCTb NpenapatoB Ans Tepanun peakux 3abonesaHuin oby-
CNOBJIEHa Y3KMM Kpyrom nauneHTos, notomy nedeque MIC Il Tuna sasnsertcs
A0porocToAwmm. Hannyne AByX anbTepHATMB C OAHMM MOKAa3aHMEM aKTya-
NN3NpyeT 3agady onpeaeneHns Hanbonee KNMHNKO-9KOHOMUYECKN BbIFOAHO-
ro npenapara ¢ Lenbio Hanbonee paunoHanbHOrO pacnpefeneHns cpescTs
3[1paBOOXPAHEHUS B YCIOBUAX OrpaHNyeHHOro 6omketa [12].

Llenbto faHHoro nccneaoBaHns 6b110 0NpeaenuTb KIMHUKO-3KOHOMUYe-
CK1e MOCNeACTBMS BHEAPEHUS NeKapCTBEHHOro npenapara Waypcynbdasbl
6eta Ans neveHns CUHAPOMA XaHTepa B CPABHEHWN C NEKAPCTBEHHbIM Mpe-
napaTtom uaypcynbasa.
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Pe3ynbTatbl UCCNEA0BAHMA U UX 06CYXaEHUE
AHanu3 aghghexTuBHOCTH

B xoae aHanu3a aphekTMBHOCTU ObiN NpoKU3BeaeH UH(OPMALNOHHBINA
nouck B 6a3ax aaHHbix: Medline, Cochrane Library, elLibrary ¢ ncnons3osa-
HMeM Knto4eBblX cnoB: «idursulfase», «idursulfase beta», «mucopolysac-
charidosis 2 type», «Hanter syndrome», «ngypcynbasa», «ugypcynbasa
6eta», «MykKononmcaxapugos 2 Tuna», «CMHAPOM XaHTepa». [ns nposefe-
HWUS (PapMAKO3KOHOMWUYECKOrO aHanm3a B OCHOBY JIErM [aHHbIE, NONYy4YeH-
Hble u3 PKI «Young Bae Sohn, 2013» [13]. PaHgomusuposaHHoe cnenoe
KOHTPONMpYeMOoe 1ccnefoBaHue nposoamiock B KOxHoit Kopen cpokom B 24
Hegenu. 31 naumeHT B Bo3pacte 6-35 net ¢ MIIC Il Tuna 6binm pacnpegene-
Hbl Ha TPW rPyNMbl: NepBas nosy4ana npenapar uaypcynsasa 0,5 mr/kr (11
nawuueHToB), BTOpPas nony4yana npenapar naypcynbgasa 6eta 0,5 mr/kr (10
nauueHToB), TPETbA Nonyyana npenapar ugypcynogasa 6era 1,0 mr/kr (10
naumeHToB). COrnacHo KNNHNYECKMM peKOMeHAALNAM, B (hapMako3KOHOMU-
4eCKOM UCCNej0BaHNM NPUMEHeHe npenapara naypcynbgasa 6eta paccma-
TPUBANOCH TOMbKO C Ha4anbHoi fo3nposkon 0,5 mr/kr [1,2]. Mokasarenamu
3pPEeKTUBHOCTM ABAANUCL KOHLEHTpauma FTAl B Moye U NPOXoXxAeHue
AWCTaHUMM B 6-MMHYTHOM TecTe ¢ xoabboi (6MTX). B pesynbrtate uccne-
[0BaHNA, CNycTs 24 HeJenu KOHUEHTPauus FAT B mode Ha uaypcynbodase
coctasuna 105,3 mr, Ha naypcynodase 6eta 114,4 Mr COOTBETCTBEHHO
(P = 0,043); uameHeHunn nokasatesneit 6MTX 6blav 4OCTOBEPHO Bbille B
rpynne naypcynbdasbl 6eta (62 M) no cpaBHeHMIO € rpynnoi cpaBHeHuUn
(-9,3 m) (P = 0,003) (tabauua 1). Ha 0CHOBaHUM MPOAHANN3NPOBAHHBIX
JaHHbIX MOXXHO CAeNaTb BbIBOA O TOM, YTO CTATUCTUYECKOI pasHuLbl B 3(-
(heKTUBHOCTN Y CPaBHUBAEMbIX NpenapaTtoB HeT. TakKe 6bIN0 HaMAeHO MC-
CNneAoBaHue, B KOTOPOM OLeHMBanach 6e30MacHOCTb MPUMEHEHUs npenapara
naypcynbasbl 6eTa y feteii mnagwe 6 net «Young Bae Sohn, 2015» [14].

Tabnuua 1. Pesynbrat aHanusa adpdexTMBHOCTM No AaHHbIM PKU Young
Bae Sohn, 2013

HaumeHosanue PKN

PaHgommanpoBaHHoe, cnenoe,

T KOHTPONUPYEMOE, 24 Heaenu
H1CNO Y4aCTHUKOB, Yerl. 31

Bospact y4acTHuKoB, neT 6-35

Kputepuu apchekTnBHOCTH M%[’Jgﬁrb;f:;sa M,uyp(%)fgbﬁ?::) e
KoHueHTpauwus FAl B moye, Mr 105,3 114,4
6-MUHYTHBIIA TECT € X0A4b601, M -9,3 62

AHanu3 3atpar

B nposefieHHOM (DapMako3KOHOMMYECKOM UCCNEL0BaHUN YYUTbIBANINCH
npsmble U HenpsaMble 3aTpartsl [15]. Ha nepsom atane 6bina paccyntana cTo-
UMOCTb AUArHOCTUKN U NIEYEHUS 0CMOXHEHWI COTNACHO CTaHAAPTY OKa3aHus
creunanu3npoBaHHoi nomoluy [16]. icnonb30BaHHbIA CTaHAapT cogepxan
WH(OPMALMIO O HAUMEHOBAHWW NIEKAPCTBEHHbIX CPEACTB, 4acTOTe WX Ha-
3HAYeHNs, CpefHeil CyTOYHON 1 pasoBoi [03ax, TAKXKe COAepXan AaHHbIe 0
NPOBOANMbIX MELULMNHCKMX YCNyrax 1 4acToTe UX Ha3HaYeHus, NPOLOIKU-
TeNbHOCTb NNIAHOBOI rocnuTanu3auum naumeHtos ¢ MIC Il Tuna coctasnser
14 pHeit. CTOMMOCTb N1EKAPCTBEHHBIX NPENapaTos, BKOYEHHbIX B MEPEYeHb
XKHBJII 6bIna paccymTaHa Ha OCHOBAHUM AAHHBbIX, NOMYy4eHHbIX U3 focyaap-
CTBEHHOr0 PeecTpa NpefenbHbIX OTMYCKHbIX LeH [17], ang npoynx npenapa-
TOB MCNOMb30BANUCH JaHHble [lopTana rocyaapcTBeHHbIX 3akynok [18]. 3a-

Ta6bnuua 2. Pexxum [03MpOBaHUs (hepMEHTHbIX Npenaparos

KoHueHTpauus B-Ba

BO (hnakoHe, Mr/mn

06bem thnakoHa, Mn

TpaTtbl Ha MEAMLMHCKIE YCAYrW PacCHUTbIBANIMCh HA OCHOBAHUM AaHHbIX U3
TapuHbIx cornawernit ®OMC r. Mocksbi [18].

Paccmatpusaemble NnekapCTBEHHbIE npenapatbl WMEKT OAWHAKOBYIO
hopMy BbIMyCKAa — KOHLEHTPAT Ans NMPUroTOBNEHWS pacTBopa AN MHAY-
3it, 2 Mr/mn, no 3 Mn npenapara Bo chnakoHe. GTOMMOCTb OJJHOTO (hriakoHa
npenapara uaypcynbassl coctasnser 173 405 py6., ngypcynbassl 6eTa
137 238 py6. (Tabnuua 2). dopmyna Ans pacyeTa 403bl npenapara Bbirnagnt
Takum 06pasom:

0,5

Cost (nn) = ( m(n) x%) x Cost (yn)

rge, Cost (nn) — cTOMMOCTb pacyeTHON O3kl Npenapara;
m(n) — BEC NauneHTa;
0,5 (Mr/mn) — pekomeHyemas Ha4anbHas go3nposka J1C;
2 (Mr/mn) — KoHueHTpaums J1IC B 0BHOM (hNakoHe;
3 (mn) — 06beM (hNAKOHa,;
Cost (yn)-cTOMMOCTb OAHOIA YNaKOBKM, py6.

[l03a (hepMeHTHOro npenapara pacc4MTbIBAETCA NCXOAA M3 MacChl Tena
nawumeHTa, No3ToMy 6bIN0 BBELEHO [OMNYLUEHNE, YTO CPeSHNIA BEC NALMEHTa,
ctpagatowero MG Il Tuna coctasnset 40 kr.

BBuay TOro, 4T0 paccmaTpuBaemble SIeKapCTBEHHbIE CPeACcTBa BBOAATCS
WHLEKLIMOHHO B YCNOBMSAX AHEBHOMO CTaLMOHapa, NpsMble 3aTpaThl BKIIHOYA-
NI CTOMMOCTb BHYTPUBEHHOTO BBEAEHMS — 96 py6. 1 KONKO-MECTa B IHEBHOM
craumoHape — 1021 py6. [19]. [anee paccyutbiBanacb 4actota No604HbIX
ahchekToB (M3), Bo3HMKaOLWMX Ha dhoHe npuema O3T, 0CHOBaHHAs HA [aH-
HbIX U3 UHCTPYKUWIA NO MEAWLNHCKOMY MPUMEHEHWIO NEKApPCTBEHHbIX Npe-
naparos [7,8]. CTOMMOCTb OQHOI0 3aKOHYEHHOr0 Cny4as neyexus M3, 6bina
paccyuTaHa C MCMoSib30BAHMEM [aHHbIX M3 NPOrpaMmbl roOCYAapCTBEHHbIX
rapaHTuii u TapuHbix cornawwexuii ®OMC r. Mockssl (Tabnuua 3) [20,21].

Ha 3aknio4mTenibHOM 3Tane aHanuaa 3atpar Oblin paccynuTaHbl Henps-
Mble 3aTpaTbl, CBA3aHHbIE C NOTEPEN BHYTPEHHEro BaNoBoro npoaykra (BBIT)
Mo NPUYNHE HETPYAOCNOCOGHOCTU, NEHCME N0 MHBANMAHOCTM 1 KOMMEHCA-
LMOHHbIe Bbinnatel. MoTtepu BBI paccyntbiBanuch No ABYM CXemaMm, B 3aBU-
CUMOCTW OT BO3pacTa naumeHTa, ctpagatowero MMC Il Tuna. Y nauneHToB
mnagwe 18 net notepw BBI 6bin 06ycnoBneHbl NOMHOI YyTPATON TPYAOCMO-
COGHOCTM OQHOTO U3 poauTeNel pebeHka, B CBA3N C OTCYTCTBUEM BO3MOXHO-
cTu pebeHka 3a60TnTbCA 0 cebe. [1ns naumeHToB cTapiue 18 net notepm BBl
Y4UTbIBANM TONMbKO [HW NAQHOBOW rOCAMTANM3auun 1 OANH AeHb AHEBHOrO
CTaUMOHapa, CBA3aHHbIA C BBEAEHWMEM (PepMeHTHOro npenapara. CornacHo
MM P® Ne95 20.02.2006 (pen. ot 04.06.2019) [22] naumeHTsI, CTpafatoLL1e
CWHAPOMOM XaHTepa mnagwe 18 net, Npu3HaKOTCA AeTbMU-UHBANUAAMU W
NOy4aloT COOTBETCTBYIOLLYIO COLMANbHYIO NEHCUI0. bbino caenaHo fonyue-
HWE 0 TOM, YTO NPM JOCTVXXEHWUI COBEPLUEHHONETUS BCE MALMEHTbI NEPexo-
OAT BO 2-10 PYNny WHBANUAHOCTU W NOSY4AOT TPYLOBYIO NEHCUIO NO WUHBA-
NNAHOCTW. 3aTpaTbl HA KOMNEHCALMOHHbIE BbINAATbl FOCYAAPCTBOM OJHOMY
13 poauTeneii pebetka, ctpagatowiero MMC [l Tuna y4uTbIBaOTCA TONLKO NpK
pacyeTe HenpsMbIx 3aTpart Ans naumeHToB mnage 18 net. ICTOYHUKOM MH-
chopmaunu o BennynHe BBI 6bina MeaepanbHas cnyx6a rocyaapcTBEHHON
CTaTUCTUKM [23], pasMep MeHCMN U KOMMEHCALMOHHbIX BbINAAT ObINN B3ATbI
13 lMeHcnoHHOro choHaa [24]. [Ins OUeHKN UTOrOBOI CTOMMOCTM Tepanum Ha
K2XX[0/ CPaBHNBAEMOII aNbTePHATIBE NPAMbIE U HENPAMbIe 3aTPaTbl PacCcyu-
TbIBANMCb OTAENbHO, 11 3aTeM CYMMUPOBAMNCh.

Takum 06pa3om, CymMma 3aTpar Ha Tepanuto 0AHOr0 YCPeAHEHHOro na-
umeHTa B rog, ctpagatowiero MIC Il Tuna Ha naypcynbase 1 naypcynbgase
6eta coctasnset 36 490 935 py6. n 29 113 189 py6. co0TBETCTBEHHO. 3a
5-NeTHUIA BPEMEHHOW FrOPU3OHT CTOUMOCTb Tepanuu 1S OJHOM0 YCPeAHEeH-
HOrO MauMeHTa Ha npenapate uaypcynbasa 6eta cocrasnser 145 565 947
py6., Ha npenapate naypcynbasa 182 454 675 py6.

KpatHocTb BBEjEHUA CTOMMOCTb YNaKoBKM, py6

MNaypcynbasa 2

1 pas B Hegento 173 405

MNaypcynbasa 6eta 2

1 pa3 B Hegento 137 238
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Tabnuuya 3. CTOMMOCTb OHOr0 3aKOHYEHHOr0 cny4as nevequs M3

Mo6o4Hbiit aththexT Naypeynbihasa Nnypcynbthasa 6eta CToMMOCTbL 0IHOTO 3aKOHYEHHOTO Cny4as, py6.
AHadmnakTnyeckas peakums [7,8] HenaBecTHO - 15755
[onosHas 60nb [7,8] 0,1 - 532
Muanrus [7,8] - 0,055 20 229
Aputmms [7,8] 0,055 - 18 880
Bo Bpems nHdy3un 1M nuxopanka u otek [7,8] 0,1 0,1 14 256
bpoHxocnasm (kawens) [7,8] 0,055 0,055 17 339
[ncnencuyeckue paccTpoiictea [7,8] 0,1 0,055 17 146
Kpanusxuua [7,8] 0,1 0,1 11 958
dputema [7,8] 0,055 0,055 11172
Aptpanrus [7,8] 0,055 - 20 229
VHdhekuma fbixatensHbix nyten [7,8] - 0,1 22 016
Annepruyeckuit punnt [7,8] - 0,055 15 623
MHbekums rmas, KOHbIOHKTMBKT [7,8] - 0,055 7513
HTepuT [7,8] - 0,1 14 838
CHuxenue AL [7,8] 0,055 - 18 881
bonv B rpyam [7,8] 0,1 - 17 339

2

$

S 35 736 665 pyb 754 270 py6
28358 919 pyb 754 270 py6

Uaypcynbdasa
6eTa

Mpsamble 3aTpaThl

PucyHoK 1. Pe3ynbrar aHanu3a 3aTpar Ha OfHOr0 NauueHTa B rog

AHanu3 «MMHUMU3aLWKM 3aTpaT»

AHann3 «MUHUMU3AUMKM 3aTpaT» MoApasymeBaeT ONpedeneHue Hau-
MeHee 3aTpaTHOM anbTepHaTuBbl U 6a3nupyeTcs Ha AOMYyLEeHNN paBHON 3d-
(PEKTUBHOCTM UCCreflyeMblX NIeKapcTBEHHbIX npenapatos [15]. Mpu aHanuse
«MWHUMW3ALMKM 3aTpaT» PaccMaTpuBanmnch NPsmble U HenpsMble 3aTparbl. B
pesynbTate NPOBEEHHOr0 aHanu3a «MUHUMIU3ALIMKN 3aTpaT» ObIN0 YCTaHOB-
JIEHO, 4TO B PacyeTe Ha OAHOI0 NaLuyeHTa B rof UCnoNb30BaHMe naypeynba-
3bl 6eTa CONPOBOXAETCA 3KOHOMUEN [EHEXHbIX CPEACTB B pasmepe 7 377
746 py6. B cpaBHeHun ¢ uaypcynbdasoi (puc. 2). C y4eToM BPeMEHHOro
rOPU30HTA B 5 NET 3KOHOMUA GIOKETHbIX CPEACTB HA OHOMO NaLueHTa ao-
cturaet 36 888 728 py6. (puc. 3)

AHanu3 «BNUAHNS Ha OHOAXET»

CneaytoLwmm 3Tanom UccnefoBaHns CTan aHanna «BAUSIHUS Ha BIOKET>.
AHann3 y4nTbiBan YUCNEHHOCTb nauueHToB, cTpapatowmx MIC Il Tuna, un
TONbKO NpsAMble 3aTpaThl A151 OLEHKN SKOHOMMYECKNX NOCNEeLCTBUIA Ha 610A-
XKET CUCTeMbl 3LpaBOOXpaHeHus [24]. BpeMeHHOU ropu3oHT UCcneaoBaHus
ObIn B3AT 5 N1eT, NOCKOMbKY 6bl0 BAXXHO OLEHUTb SKOHOMUYECKME NOCNe-
CTBWS BHEAPEHUS npenapata naypcynbdasa 6eT1a B KNNHUYECKYIO NPaKTUKY
B AaNbHeli NepcnekTuBee.

Henpsamble 3aTpartbl

Y1cno naumeHToB C CMHAPOMOM XaHTepa, nonyyawowmx O3T Ha Tep-
putopun Poccuiickoit ®enepaunn coctasnset 108 venosek [9]. CornacHo
CTaHAAPTY OKa3aHus MeaULMHCKO nomowym [16], 4acTota Ha3HaveHus npe-
napata uaypcynbasa coctasnser 90%, npenapata uaypcynbgasza 6eta
10%, 4TO 6bINO B3ATO 32 OCHOBY TEKYLUEH CTpaTerMn pacnpegeneHus na-
umneHTOB. Mpn MOAennpyemoii cTpaTerum Mbl NPeanonoXnuaN, YTO KaXAbIA
rog 10% nauueHTOB MepeknYannch Ha npenapat uaypcynbasa 6eta Ha
NPOTSHXEHUM 5 NET, 3a UCKNKOYEHEM NepBOro roga uccneaoBanHns. Mo oKoH-
YaHWW BPEMEHHOr0 ropyu3oHTa MOJENMpyeMoe pacnpefeneHne nawuueHToB
BbIMMALENO0 TakUM 06Pa30M: 4acTOTa Ha3Ha4yeHUs npenapara uaypcynbdasa
cocTaenset 50%, npenapata naypcynbgasa 6eta 50%. Takum 06pa3om, oc-
HOBbIBAsACb Ha MONYYEHHbIX pe3ysbTatax, CTOMMOCTb JIe4eHUs BCEN KOrop-
Thl NAUMEHTOB NMPW TeKyLLer cTpaterum coctasuna 18 899 400 629 py6. B
MOAENMpyemoii cTpaterum cymma obmx sarpar Ha Tepanuto MMC Il tuna
6bina pasHa 18 102 555 359 py6. Ans Bceil KOropTbl MaLMeHTOB 3a 5 NeT.
Mpn MoAenupyemon cTpaTern 3KOHOMMS B KETHbIX CPEACTB A1 CUCTEMbI
3[1paBooOXpaHeHuns coctasuna 796 845 270 py6. 3a 5 net. NpoBeAEHHbIN aHa-
NN3 «yNyLLEHHbIX BO3MOXHOCTEI» N0Ka3an, YT0 Ha CIKOHOMIEHHbIE JEHbIM
BCEACTBME CMEHbI CTpaTerun Tepanuum MOXXHO 6bIi0 6bl NPONEYMTL JONOM-
HUTENbHO 28 NauneHTOoB C CUHAPOMOM XaHTepa.
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PucyHok 3. Pe3ynbtar aHanmsa «MUHUMU3aLNK 3aTpaT» Ha OAHOrO NauueHTa 3a 5 net

AHanu3 4yBCTBUTENbLHOCTH

AHanu3 4yBCTBUTENBHOCTK 6bIN NPOBEAEH C LIENbIO OLIEHKM HALEXHOCTI
NONYYEHHbIX PEe3ynbTaToB (hapMakO3KOHOMUYECKOro uccrnefoBanus [26].
3atparbl Ha NeKapCTBEHHbIE Npenaparbl ABNANACL HaMbOmMee CyLLECTBEHHOI,
NO3TOMY UMEHHO W3MEHEHWE LieH Ha 3T KOMMOHEHTbI W NIErN0 B OCHOBY NpPO-
BOAMMOro aHanu3a. OTKMOHeHMe 0T U3Ha4aNbHO 3afaHHbIX NoKazaTeneii co-
cTaBnano +/- 20%. Jledenune MIIC Il Tvna ¢ ncnonb3oBaHnem naypcynbhasbl
6eTa B CpaBHEHUM C NAypCcynb(a3on BbIAEPKMBAET aHANN3 YyBCTBUTENIbHO-
¢t B 20% ¥ 0CTaeTci JOMUHAHTHON Tepanuen (1a6.4). YBenuyeHue LeHbl
Ha 20% Ha nekapcTBeHHbI npenapar naypcynbasa 6eta 6yaer conposo-
XAATbCA 9KOHOMUEN 6I0KEeTHbIX B pasmepe 1 705 962 py6.

Pe3ynbTatbl UCCNEA0BAHUA

« B pesynbrarte aHanusa agheKTMBHOCTU He ObIII0 HARAEHO AaHHbIX O CTa-
TUCTUYECKOI pasHuLe B 3ChEKTUBHOCTM MEXY NeKapCTBEHHbIMU npena-
patamu ugypcynbason 6eta n naypcynbgasoii.

B pesynbrate aHanusa 3atpar, CTOMMOCTb Tepanuu Mykononucaxapugosa |l
TMNa C NPUMEHeHeM aypcynbasbl 6eTa ANS 0AHOMO YCPEAHEHHOrO naun-
eHTa B rog coctasnset 29 113 189 py6. B cpaBHeHue C MAypcynbgason, CTom-
MOCTb TEpaniin ¢ NpUMeHeHnem koTopoid coctasnsieT 36 490 935 py6. C y4eTom
5-NeTHero BpEMEHHOr0 rOPM30HTA Tepanus OFHOTO YCPEAHEHHOrO nauueHTa
uaypcynbasoii 6eta xapakTepuayeTcs 3arpatamu B pasmepe 145 565 947
py6., Ha naypcynbase 182 454 675 py6. 3a 5 neT COOTBETCTBEHHO.
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PucyHoK 4. Pe3ynbtar aHanmsa «BAuSHUSA Ha BI0KeT»

Ta6nuua 4. Pesynbrar aHanm3a YyBCTBUTENbHOCTI

CtoumocTb Tepanuu Ha

O[JHOr0 NaunenTa B rop, pyé.

PasHuua 3atpar, py6.

CtoMmocTb Tepanum Ha

M3MEHEHHE LiEHbl, %
O[JHOrO0 NauuenTa B rof, pyo

Pasuuua 3atpar, py6.

Maypcynbasa 35 736 665

7377 746

Maypcynbhasa beta 28 358 919

0% 35 736 665

1705 962

+20% 34030703

« B pesynbrate aHanu3a «MUHUMU3ALNN 3aTpaT>» ObINI0 YCTAHOBMEHO, YTO B
pacyeTe Ha OAHOrO MauueHTa B rof UCNoNb3oBaHMe Maypcynbdasbl 6eTa
COMPOBOXAAEBTCA 3KOHOMMEN [EeHeXHbIX CPeACTB B pasmepe 7 377 746
py6. B CpaBHeHWN C maypcynbgaszoii. C y4eTOM BPEMEHHOTO FOpPM30HTa
B 5 NeT 9KOHOMMSA BIOKETHbIX CPEACTB HA OAHOrO MauueHTa JOCTUraeT
36 888 728 pyo6.

« B pesynbrate aHanusa «BANSHUA Ha BHOXET», COMMAcHO MOAENNPYeEMON
ctpaterun Tepanun MMC Il Tuna B Te4eHUM 5-TU NeT, BbIABMEHO, YTO ne-
pesos 50% nauMeHTOB Ha Tepanuio C UCMNOSIb30BAHNEM NEKAPCTBEHHO-
ro npenapatra umaypcynbgasza 6eta NpMBOAUT K 3KOHOMWW [EHEXHbIX B
pasmepe 796 845 270 py6. Hnucno nauneHToB, KOTOPbIX MOXHO 6blf0 6bl
JOMNOSTHATENBHO NPOEYMTb Ha CIKOHOMIIEHHbIE BIO[KETHbIE CPELCTBA CO-
CcTaBsifeT 28 4YenoBekK 3a 5 feT.

3aknioyenue

Pe3ynbtaThl NpOBEAEHHOI (HapMaKOIKOHOMUYECKOW OLIEHKM NeveHuns
nauueHTos, ctpagatowmx MIC Il Tuna B Poccwiickoit deaepaumn  nekap-
CTBEHHbIM NpenapaTtoM uaypcynbgasza 6eTa, NPOAEMOHCTPUPOBANU €ro
YCTOMYMBOE NPEUMYLLECTBO C TOYKU 3PEHUS aHANM3a 3aTpart, aHanm3a «Mu-
HUMU3ALNN 3aTpaT» W aHanu3a «BAMAHWSA Ha 6I0KET» B CPABHEHUM C Mpe-
napatom uaypcynbasa. OueHka pesynbTaToB NOCPeACTBOM aHann3a 4ys-
CTBMTENIbHOCTM aHann3a «MUHUMWU3ALMK 3aTpaT» MPU YBENMYEHUN LIeHbI Ha
naypcynbasy 6eta Ha 20% COXpaHAeTCs W 0CTaeTCs NPEUMYLLECTBEHHbIM
NeKapCTBEHHbIM NpenapaTtom B (DEPMEHTHOI 3aMeCTUTENbHOM Tepanuu na-
LIMEHTOB C CMHAPOMOM XaHTepa.
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Abstract: As part of this work, a pharmacoeconomic study of drugs used in
enzyme replacement therapy (ERT) of patients with mucopolysaccharidosis
(MPS) type Il: idursulfase and idursulfase beta was carried out. As a result, it was
found that the use of the drug idursulfase beta, is a more pharmacoeconomically
beneficial treatment regimen for patients with MPS type Il. Saving money when
switching one patient from idursulfase to idursulfase beta makes up for one year
-7 377 746 rubles, for 5 years - 36 888 728 rubles. During the budget impact
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analysis, it was determined that an increase in the proportion of patients up to
50% in the idursulfase beta will make it possible to achieve an overall savings
of 796 845 270 rubles. for 5 years. The missed opportunities analysis showed
that an additional 28 patients could be treated with money saved as a result of a
change in treatment strategy.

Keywords: mucopolysaccharidosis type Il, Hunter syndrome, cost analysis, cost
minimization analysis, budget impact analysis, pharmacoeconomic.
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