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The analysis of the legislative framework regarding
pharmaceutical provision of orphan patients in Ukraine

Arare (orphan) disease is a disease that threatens a person’s life or chronically progresses; it leads to a reduction
in life expectancy or disability, which prevalence among the population is not more than 1:2000 in Ukraine and not
more than 1:5000-8000 in other countries.

Aim. To analyze the current legal framework on pharmaceutical provision of orphan patients in Ukraine.

Materials and methods. The current regulatory framework on pharmaceutical provision of orphan patients in
Ukraine was analyzed by constructing and studying the hierarchy of legislative acts regulating the issues of manage-
ment of orphan (rare) diseases in the world and in Ukraine.

Results and discussion. The article describes the main stages of the legislation formation, starting from the USA
in 1983 to the EU and Ukraine in 2021. The practical value of the article consists in the current list of normative acts
regulating the provision of patients with orphan diseases. The scientific significance is in the use of the results of pre-
vious studies of others domestic researchers (2016). The analysis of the legislation and the main issues of providing
orphan patients allowed us to formulate the basic problems of the national healthcare system listed in the article.

Conclusions. The current state of the legal regulation of orphan patients in Ukraine has been studied. It has
been found that the legislative regulation of the issue under study has been actively carried out over the past 7 years
by implementing the adopted Law of Ukraine, resolutions of the Cabinet of Ministers and orders of the Ministry of
Health. The results of the study of international experience in introducing the basic concepts of orphan diseases and
orphan patients into the healthcare system in the United States (since 1983), EU countries (since 1999), Japan (since 1993),
etc., have been summarized. It has been found that 275 nosologies of orphan diseases have been approved in Ukraine;
they are grouped by 11 nosological categories, there are 104 nosologies (+40 %) more than in 2016. A positive trend
towards intensification of the process of improving the provision of orphan patients in Ukraine has been revealed.
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M. B. MNMogranHa, H. A. CninuoBa
HauioHanbHun bapmaveBTuyHMI yHiBepcuteT MiHicTepcTBa OXOPOHM 300POB’A YKpaiHu

AHani3 3akoHogaB4oi 6a3u Wwoao dapmaueBTUYHOro 3abesnevyeHHA opdaHHUX

nauieHTiB B YKpaiHi

PigkicHe (opdaHHe) 3axBOPIOBaHHA — XBOPOOa, L0 3arpoXye XUTTIO NoguH1 abo XpOoHIYHO nporpecye, npu3Bo-
ONTb 0O CKOPOYEHHS TPUBANOCTI XXMUTTS YK iHBaNiAHOCTI 1 NOLUMPEHICTb SIKOT cepef HaceneHHs1 CTaHOBUTL He Binblue
1:2000 B YkpaiHi Ta He GinbLue 1:5000-8000 B iHLWIMX kpaiHaX.

MeToto gocnigkeHHA OyB aHani3 YMHHOI 3aKOHOA4aBY0i 6a3un 3 NMTaHb hapmaLeBTUYHOIO 3abesneyeHHs opdaH-
HWUX NauieHTiB B YKpaiHi.

Matepianu Ta meToaum. lNpoaHanizoBaHO YvHHY HOpMaTMBHY 6a3y LWoA0 hapMaLeBTUYHOro 3abe3neyeHHs opdaH-
HWUX NauieHTiB B YKpaiHi Wnsxom nobyaoBu Ta BUBYEHHS iepapXii 3aKOHOAABYMX aKTiB, O PEryrioTb MMTaHHS Kepy-
BaHHSA opdaHHMMK (PigKICHUMK) 3aXBOPIOBaAHHSIMU Y CBITi Ta B YKpaiHi.

Pe3ynbraTti Ta ix 06roBopeHHsA. Y CTaTTi ONMCcaHO OCHOBHI eTany (hoOpMyBaHHS 3aKOHOL4ABCTBA, NMOYMHAKYN
Bifg CLUA B 1983 p. oo €C T1a Ykpainu B 2021 p. NpakTuyHa LiHHICTb CTaTTi Nonsirae B HABeAeHOMY Nepeniky YMHHNX
HOpPMaTUBHKX akKTiB, O PerynoTb 3abesnevyeHHs XBoprx Ha opdaHHi 3axBoptoBaHHs. MpoBeaeHWn aHani3 3akoHo-
[aBCTBa Ta OCHOBHWX NUTaHb 3abe3neveHHsA opdhaHHMX NauieHTiB O3BONMB CPOPMYOBaTH rONOBHI Npobrnemu BiT4M3-
HSAHOI CUCTEMW OXOPOHMW 340POB’A.

BucHoBkuM. Po3rnsHyTO cyyacHWi cTaH NpaBoBOro perynoBaHHA opdaHHMX nauieHTiB B YkpaiHi. 3'acoBaHo, Lo
3aKoHO4aBYe perynioBaHHsS 3a3Ha4YeHOro MUTaHHSA aKTMBHO 3/INCHIOETLCA NPOTArOM OCTaHHIX 7 POKIB LUMSIXOM BU-
KOHaHHS 3aTBepmxeHoro 3akoHy YkpaiHu, noctaHoB KabiHeTy MiHicTpiB Ta HakasiB MO3. Y cTtaTTi y3aranbHeHO pe-
3ynbTaTh BUBYEHHSA MiPXKHAPOAHOIO A0CBIAY OO0 BNPOBaKEHHS B CUCTEMY OXOPOHU 340POB’S OCHOBHUX MOHATH, LLIO
CTOCYHTbCS opdaHHMX 3axBoptoBaHb i nauieHTiB y CLUA (3 1983 p.), kpaiHax €C (3 1999 p.), Anowii (3 1993 p.) Ta
iHWKMX. 3'AC0oBaHo, WO B YKpaiHi BU3HAHO 275 HO30MN0ri opdaHHMX 3aXBOPIOBaHb i 3rpynoBaHo ix 3a 11 HO30morivYHuMu
karteropisimu. Lle Ha 104 Hosonorii (+40 %) GinbLue, Hix y 2016 poui. BusiBneHo no3uTuBHY TEHAEHLiO 40 akTuBi3auil
npouecy nokpalleHHs 3abe3neveHHss opdaHHUX XBOPUX B YKpaiHi.

Knrovoei cnoea: pidkicHi xeopobu; opghaHHi xeopobu; 3akoH0dascmeo,; thapMayesmuyHe 3abe3neyeHHs;
Minicmepcmeo oxopoHu 300poe’s
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M. B. MNogrannas, H. A. CnenuoBa
HauwnoHanbHbIN hapmaueBTuyecknii yHmuBepcenteT MnHucTepcTea 3gpaBooXpaHeHnst YkpanHbl

AHanus 3akoHogaTtenbHOM 6a3bl OCTHOCUTENbLHO papmMaLeBTUYECKOro obecneyeHus
opdaHHbIX NauMeHTOB B YKpauHe

Pegnkoe (opchaHHoe) 3aboneBaHne — 6onesHb, KoTopasi YrpoXaeT XKM3HU YernoBeKa U XPOHUYECKM NPOrpeccupyer,
NPUBOAUT K COKPALLEHWNIO NMPOAOIMKUTENBHOCTU XXU3HW U MHBANUAHOCTU U pacnpoCTPaHEHHOCTb KOTOPOW Cpeau Ha-
cenexusi cocTaensieT He 6onee 1:2000 B YkpauHe u He 6onee 1:5000-8000 B opyrnx cTpaHax.

Llenbto uccnegoBaHus Obin aHanM3 A4eNCTBYOLWEN 3aKOHOAATENbHOM 6a3bl Mo BonpocaM dapmaueBTUYECKOro
obecneyeHns opaHHbIX NALMEHTOB B YKpauHe.

Matepuanbi u metoabl. [poaHanuavpoBaHa AeNCTBYIOLWAs HopMaTuBHasi 6a3a OTHOCUTENBHO dhapMaLIEBTUHECKOTO
obecneyeHns opdaHHbIX NaUMEHTOB B YKpauHe nyTeM NOCTPOEHUS U U3YHEHUS MepapXMM 3aKOHOOATENbHbIX aKTOB,
perynupyoLLMx BONpPOChl PyKOBOACTBa opdhaHHbIMK (peakMmmn) 3abonesaHusiMm B MUpe 1 B YKpanHe.

PesynbraThl n nx obecyxaeHue. B ctatbe onvcaHbl OCHOBHbIE 3Tarnbl (hOPMUPOBaHNS 3aKOHOAATENbCTBA, Hauu-
Has ot CLUA B 1983 1. o EC n YkpauHbl B 2021 r. NpakTnyeckas LEeHHOCTb CTaTby COCTOUT B NPUBEAEHHOM NepeyHe
OENCTBYOLLMX HOPMATUBHbIX aKTOB, perynupyoLimx obecneveHne naumeHToB ¢ opdaHHbiMy 3abonesaHunsimu. Mpose-
OEeHHbIN aHanu3 3akoHodaTenbCTBa M OCHOBHBLIX BONPOCOB obecneveHnst opaHHbIX NaunmeHToB No3Bonuni cpopmy-
NMpoBaTb OCHOBHbIE NPOGNEMbI OTEHECTBEHHOW CUCTEMbI 34 PABOOXPAHEHNS.

BbiBoabl. ViccnegoBaHo coBpeMeHHOE COCTOSIHME NPaBOBOrO perynmpoBaHns opdaHHbIX NaunueHToB B YKpanHe.
YCcTaHOBMNEHO, YTO 3aKOHOAATENbHOE PerynnpoBaHme NccneayemMoro Bonpoca akTUBHO OCYLLIECTBMSETCS B TeYeHne
nocnegHux 7 neT nyTem BbINOMHEHUS NPUHATOro 3akoHa YkpavHbl, noctaHoBneHni KabnHeta MMHMCTPOB 1 nprkasos
MS3. B ctatbe 0600LeHbl pe3ynsTaThl U3yYeHUs MEeXAYHApOAHOro onbiTa Mo BHEAPEHMUIO B CUCTEMY 34paBOOXpaHe-
HMS OCHOBHBbIX MOHATUI NO opdaHHbIM 3abonesaHnamM 1 naumeHtam B CLUA (c 1983 r.), ctpaHax EC (¢ 1999 r.), AnoHnun
(c 1993 r.) 1 npou. YcTaHOBNEHO, YTO B YKpauHe yTBepXAeHo 275 Ho30Mmoruin opdaHHbix 3aboneBaHui, KoTopble
crpynnupoBaHbl No 11 Ho3onornyeckum kateropusiM, 4to Ha 104 Hosomnorum (+40 %) Gonblue, Yem BbiNo yTBEPXAEHO
B 2016 rogy. ABTOpamMu ykasaHo Ha NONoXUTENbHY TEHAEHLMIO K aKTUBMU3aLMmM npouecca yny4yeHus obecnedyeHnsi

opdaHHbIX 60MbHbBIX B YKpaunHe.

Knrodeenle cnoea: pedkue 6one3Hu, opchaHHble b6ome3HU; 3akoHOOamernbcmeo; ghapmMayesmuyeckoe

obecnevyeHue; MuHucmepcmeo 30pagooxpaHeHusi

Introduction. A disease is considered to be rare when
the number of people affected is less than 5 per 10 000.
There are between 5 000 and 8 000 rare diseases, most of
them with a genetic basis. A very rough estimate would
be that 1 out of 15 persons worldwide could be affected
by arare (“orphan”) disease — 400 million people world-
wide. Rare diseases are serious chronic diseases, and may
be life-threatening [1-3].

In recent decades, considerable attention has been
paid worldwide to efforts to stimulate the research, de-
velopment and marketing of medicinal products for rare
diseases, including the use of various regulatory incen-
tives in the world [1, 2].

Rare diseases present fundamentally different chal-
lenges from those of more common diseases [4]. Basic
problems include the small number of patients, the lo-
gistics involved in reaching widely dispersed patients,
limited clinical expertise and expert centers [1, 3].

In Ukraine, a rare (orphan) disease is a disease that
threatens a person’s life or chronically progresses; it leads
to a reduction in life expectancy or disability, which pre-
valence among the population is not more than one case
per 2,000 people (according to the EUROCERD Euro-
pean Committee of Experts), rare diseases are life-threa-
tening or cause the development of a progressive dise-
ase [5-7].

The world statistics of orphan diseases show that 50 %
of patients with rare diseases are children, 10 % of them
live only up to five years, 12 % — up to fifteen years [2-3,
5, 6]. About 50 % of rare diseases lead to disability, every
fifth patient suffers from pain, every third one can not
lead an independent life [6-8]. It is a well-known fact
that 80 % of orphan diseases are genetically determined,

last a lifetime and require constant treatment. All this
defines orphan diseases as a significant economic and
social problem in the world and in Ukraine in particular [8].

The problem of the quality treatment of orphan disea-
ses is determined by the need for the centralized state
control, which will provide an opportunity to improve
the procedure of medical and pharmaceutical care of pa-
tients.

The aim of this study was to analyze the current legal
framework on pharmaceutical provision of orphan pa-
tients in Ukraine.

Materials and methods. The current regulatory frame-
work on pharmaceutical provision of orphan patients
in Ukraine was analyzed by constructing and studying
the hierarchy of legislative acts regulating the issues of
management of orphan (rare) diseases in the world and
in Ukraine.

Results and discussion. A rare (orphan) disease is
a disease that threatens a person’s life or chronically
progresses; it leads to a reduction in life expectancy or
disability, which prevalence among the population is not
more than 1:2000 [1-7]. Today, there are no general cri-
teria for classifying a particular nosological unit as orphan,
and therefore, there are own requirements for the inclu-
sion of the disease in the list of rare diseases in different
parts of the world.

The first legal document that defined the concept of
an “orphan disease” was the “Orphan Drug Act” in
the United States in 1983 (Table). In addition to the ap-
proved terms, the terms of the legislation defined grants
and contracts with manufacturers of orphan drugs, the term
of their patent protection and financial motivation for
manufacturers [2-3]. As early as 2002, the United States
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approved the Rare Diseases Acts, which planned to in-
crease the financial capital to develop the production of
orphan drugs. Following the adoption of the first Orphan
Disease Regulation in the United States, it was joined
by the Japan’s Orphan Drug Regulation in 1993 and
the Australia’s Orphan Drug Policy in 1998. Both regu-
lations were harmonized with the US program. The docu-
ments defined the concepts of “orphan disease” and
“orphan drug”, periods of the patent protection, prefe-
rential systems and simplified registration of orphan
drugs [2, 5].

To take measures for regulating the provision of or-
phan patients in European countries, the EU Council
Recommendation on Rare Diseases 2009/C 151/02 of
8 June 2009 was created. According to these Recom-
mendations, rare diseases are a priority of the Seventh
Framework Program of the Community for Research
and Development as medical and diagnostic programs

for orphan disorders are developed. In order to conduct
epidemiological studies of rare diseases, a nationwide
approach is needed to increase the number of patients in
each study. The concepts of “orphan drug” and “orphan
disease”, as well as the requirements for the status of an
orphan drug, were defined in the Regulation of the Euro-
pean Parliament and the Council of the European Union
141/2000 of 16 December 1999 “On orphan drugs”.
According to this document, drugs are called “orphan”
when certain diseases are so rare that the cost of deve-
lopment and marketing of drugs, diagnosis, prevention
or treatment of the disease is not covered by the profit
from the expected sales of the drug; when it is unprofi-
table for the pharmaceutical industry to develop a drug
under normal market conditions. Summary data on
the development of the concept of «orphan diseases»
in some regions and countries of the world are given in
Table.

Table

Regulatory documents of pharmaceutical provision of patients with orphan diseases in different regions

The title of the regulation, country, year; Content, basis points

Orphan Drug Act of 1983, USA

were approved.

Concepts of “orphan disease” and “orphan drug” were regulated.

The conditions for granting the drug the “orphan” status and the conditions of its use were determined.

It was proposed to amend federal laws in order to reduce the cost of drug production.

The proposal for financial incentives for the production of orphan drugs was approved.

The period of the patent protection of orphan drugs was agreed.

The grants and terms of the manufacturer’s contract with organizations for the development of orphan medicines

The procedure for research of orphan medicines and the quality monitoring were developed

Rare Diseases Act of 2002, USA

To increase investment in the production of orphan drugs was proposed.
The number of orphan drugs under development and production was increased.
The criterion for classifying the disease as orphan was approved

REGULATION (EC) No 141/2000 OF THE EUROPEAN PARLIAMENT AND OF THE COUNCIL of 16 December 1999, EU countries

and promotion were approved

The terms “orphan diseases” and “orphan drug” were approved.
The procedure for granting the drug the “orphan” status, the term of the patent protection and benefits for production

COUNCIL RECOMMENDATION of 8 June 2009 on an action in the field of rare diseases (2009/C 151/02), EU countries

Europe was determined.

The effectiveness of cooperation between different centers of expertise for the treatment of orphan conditions in

Strategy plans in the field of orphan diseases were substantiated

Orphan Drug Regulation of 1993, Japan

The concept of “orphan disease” was approved.

The term of the patent protection for 10 years was approved.
The regulated procedure for granting tax benefits for the production of orphan medicines

Orphan Drug Policy of 1998, Australia

The term “orphan disease” was approved.
Conditions of the patent protection were determined.
Harmonization of orphan diseases with the US legislation

Order of the Minister of Health of the Republic of Kazakhstan dated May 11, 2011 No. 285
On the approval of the List of the orphan medical technologies intended for the treatment of rare diseases in the Republic of
Kazakhstan (additions from 06/26/2014), Republic of Kazakhstan

The List of orphan medical technologies intended for the treatment of orphan diseases was adopted.
The use and purchase of orphan medicines, which did not pass the state registration procedure, but were included in
the Order, were regulated; the controlling body for health issues was created

Code of the Republic of Kazakhstan of September 18, 2009 No.193-1V “On the health of people and the healthcare system»
(as amended and supplemented as of 04.07.2018), Republic of Kazakhstan

The terms “orphan disease” and “orphan drug” were adopted
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Currently, Ukraine is in the process of implementing
the above principles and priorities, Ukraine has com-
mitted itself to providing orphan patients with orphan
prevention measures, organizing the appropriate pharma-
ceutical care, permanent and free access to necessary
medicines and related food products for special dietary
consumption (hereinafter — special products of medical
nutrition). On June, 8, 2009, the EU Council adopted
the Recommendation on orphan diseases — the Action
No. 2009/C 151/02, in which one of the tasks for EU
Member States was to develop and implement a natio-
nal program document with conceptual frameworks for
orphan disease actions within the national health system
by the end of 2013. Thus, implementing EU approaches
the Ministry of Health of Ukraine has set the following
tasks at the national level:

» to use definitions, codifications and classifications
of orphan diseases;

* to organize the research work;

* to create reference centers and networks dealing with
orphan diseases, develop the mechanism of exami-
nation for orphan diseases;

* to create and establish intersectoral cooperation of
public authorities;

* to create public associations and communities, etc.
[1,9-10].

Ukraine has not yet adopted a comprehensive program
as a document with conceptual principles for the provi-
sion of medical assistance to citizens suffering from or-
phan diseases. This situation does not allow our state to
qualitatively, comprehensively and effectively implement
state guarantees and policies in the field of providing
medical services to citizens suffering from orphan diseases,
as well as to solve urgent problems, such as prevention
of new cases of orphan diseases among the population
of Ukraine; improvement the quality of life of people
suffering from orphan diseases; full integration of such
persons into the society; ensuring the possibility of their
active labor and other socially useful activities [11].

In fairness, it should be noted that the legislative re-
gulation of the organization of medical and pharmaceu-
tical care for patients with rare diseases in Ukraine has
been carried out since 15.04.2014 by the Law of Ukraine
“On Amendments to the Fundamentals of Legislation of
Ukraine on Healthcare to Ensure Prevention and Treat-
ment of Rare (Orphan) Diseases” No. 1213-VII (Law)
[7,10].

Improving the procedure of medical and pharmaceu-
tical care for orphan patients is possible due to a clear un-
derstanding of an orphan disease definition. According
to the Law of Ukraine “On Amendments to the Funda-
mentals of Legislation of Ukraine on Healthcare to Ensure
Prevention and Treatment of Rare (Orphan) Diseases”
the main points of orphan patients supply can be identi-
fied [5, 9]. An important aspect of the support of orphan
patients is the provision of the necessary orphan drugs
used in orphan diseases. To ensure the quality and safe
therapy, the drugs must be approved for use in Ukraine.
The registration procedure and permission to use orphan
medicines is regulated by the Law of Ukraine “On Amend-

ments to the Law of Ukraine on Medicinal Products”
to improve the procedure for providing the population
with medicines intended for the treatment of socially
dangerous and serious diseases.

The state regulation of orphan patients in Ukraine
covers not only the legal framework for medicines, but
also for the provision of dietary food. These needs are
regulated in accordance with the Resolution of the Cabi-
net of Ministers of March 31, 2015, No. 160, Kyiv “On ap-
proval of the Procedure for providing drugs and related
products for special dietary consumption to citizens suf-
fering from rare (orphan) diseases” [5, 10].

To determine the need for prescribing, withdrawing,
redistributing drugs and related food products for special
dietary consumption, a commission was appointed, which
activities were regulated by the Order of the Ministry of
Health of Ukraine from 05.02.2015 No. 50 Kyiv “On ap-
proval of the Regulations, withdrawal, redistribution of
medicines and related food products for special dietary
consumption purchased at the expense of the state budget,
as well as other sources not prohibited by the law, in-
cluding humanitarian aid, to citizens suffering from rare
(orphan) diseases” [9].

To understand the importance and danger of orphan
diseases in the state, there must be a clear system of pa-
tient care. To do this, it is necessary to determine whether
a certain disease belongs to the group of orphan disea-
ses and whether it is included in the State list of rare
diseases. Today, for the purpose of the state regulation,
the current legal act on the list of rare (orphan) diseases
is the Order of the Ministry of Health of Ukraine No. 731
from 29.06.2017 “On amendments to the List of rare
(orphan) diseases that reduce the life expectancy of pa-
tients or their disability and for which there are recog-
nized treatments” (Order of the Ministry of Health of
Ukraine No. 778 of 27.10. 2014) [10]. The updated list
of rare (orphan) diseases contains 275 items with the co-
des of the International Statistical Classification of Disea-
ses and Related Health Problems — ICD-10 [10]. Accor-
ding to the Order, all orphan diseases are divided by no-
sologies (Fig.).

Over the past few years, there has been a significant
improvement in providing patients with the necessary
medicines at public expense. Drugs for orphan diseases
are included in the Public Procurement of Medicines in
accordance with the Law of Ukraine “On Amendments
to Certain Laws of Ukraine on Ensuring Timely Access
of Patients to Necessary Medicines and Medical Devices
through Public Procurement with the Involvement of
Specialized Procurement Organizations”. Ukraine has
approved a List of medicines and medical devices that
are purchased on the basis of procurement contracts with
specialized organizations carrying out purchases in the areas
of use of budget funds in 2019 within the framework
of the program “Provision of medical measures of in-
dividual state programs and comprehensive measures
of a program nature” (the CMU Resolution of March
13, 2019 No. 255, latest changes of the Resolution of
the Cabinet of Ministers of Ukraine No. 984 of Sep-
tember 22, 2021) [9, 12].
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|. Rare endocrine diseases, eating disorders and metabolic disorders

Il. Rare diseases of blood and hematopoietic organs and some disorders involving the immune mechanism

11l. Rare mental and behavioral disorders

IV. Rare diseases of the nervous system

V. Rare diseases of the circulatory system

VI. Rare diseases of the skin and subcutaneous tissue

VII. Rare congenital malformations, deformities and chromosomal abnormalities

VIII. Rare diseases of the musculoskeletal system and comnective tissue

IX. Some rare infectious and parasitic diseases

X. Rare neoplasms

XI. Rare diseases of the sclera, comea, iris and ciliary body

The latest improvement in the legislation concerning
orphan patients was last year — the project of “The Concept
of the development of a system of assistance to persons
suffering from rare (orphan) diseases for 2020-2025” was
presented. It was prepared in accordance with the goals
of sustainable development for 2016-2030, in line with
the objectives approved by the Summit Development
Agenda UN, held in September 2015 as part of the 70th
session of the General UN Assembly [11]. In fact, the Con-
cept is a system of actions, measures, guarantees and
priorities aimed at ensuring the rights of patients with
rare (orphan) diseases in the field of healthcare, social
protection, and education.

The analysis of the legislation and the main issues
of providing orphan patients allowed us to formulate
the basic problems of the national healthcare system:

» the lack of a unique information space for exchan-
ging information about patients with orphan diseases,
in particular, systems of registration and accounting
of patients with orphan diseases;

+ difficulties in diagnosing rare diseases;

» the limited access of patients to the required medical
care, including medicines, medical devices, special
products of medical nutrition;

* the lack of information and psychological support
for patients and their families;

* ahigh cost of the necessary medicines for the treat-
ment of orphan diseases, medical devices and pro-
ducts of special medical nutrition.

The problems of medical care for orphan patients
in Ukraine are aggravated by the annual budget deficit.

Conclusions and prospects of further research
1. The current state of the legal regulation of orphan pa-

tients in Ukraine has been studied. It has been found

that the legislative regulation of the issue under study

Fig. Nosological categories of orphan diseases

has been actively carried out over the past 7 years

by implementing the adopted Law of Ukraine, reso-

lutions of the Cabinet of Ministers and orders of
the Ministry of Health.

2. The results of the study of international experience
in introducing the basic concepts of orphan diseases
and orphan patients into the healthcare system in
the United States (since 1983), EU countries (since 1999),
Japan (since 1993), etc., have been summarized.

3. It has been found that 275 nosologies of orphan dis-
eases have been approved in Ukraine; they are grou-
ped by 11 nosological categories, there are 104 no-
sologies (+ 40 %) more than in 2016. However, due
to the lack of a register of orphan patients, the pro-
cess of full provision of all citizens suffering from
rare diseases is complicated.

4. A positive trend towards intensification of the pro-
cess of improving the provision of orphan patients
in Ukraine has been revealed. In particular, a con-
cept for the development of the system of care for
people suffering from rare (orphan) diseases for
2020-2025 has been created by the Ministry of Health
(not approved yet). Since 2018, the public provision
for the needs of orphan patients has been regulated;
in particular, a list of drugs and medical devices for
public procurements is formed.

This result has shown the need for future research
in the issues of improving public procurement, sci-
entific and practical substantiation of the formation of
the Register of orphan patients, etc. Considering high
social end economic influence of orphan diseases it is
important to combine scientific and practical approaches
in improving the quality of life for orphan patients.
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