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Indr é Spokieng

LEGAL REGULATION OF ACCESS TO ORPHAN MEDICINAL PROD UCTS IN HEALTH
LAW

Summary

The problem under scrutiny and its relevanceThe problematic questions related to medicinal
products are addressed by biomedical sciences aofiare than by social sciences, and even more so,
by legal scientific works. Therefore, at a firsagte the topic of this dissertation may appearerath
unusual. Legal analysis and evaluation of problamsing in the sphere of health care, requiring
interdisciplinary approach, is not yet popular iithuanian legal doctrine. However, taking into
consideration today’s tendencies: development ofnbkidical science and the areas of its practical
application, such as personal and public healte ead pharmacy, and the development of the law
itself (e.g.: modern concept of social human riglstsengthening of patients’ rights institute),ist
obvious that lawyers must actively address andudséssues emerging from the fusion of these areas,
those issues, which are important because of thdlfat they relate to protection of persons’ réghnd
interests. One of such questions, recognized asgoaity one in European Union and worldwide
generally, is the access to medicinal products tsedreatment of rare diseases (so-calepghan
medicinal products

Despite the progress of the biomedical sciencedetinology, and pharmaceutical industry, at
the end of 20th century rare diseases were usuedited only symptomatically (i.e., through
suppression of pain), since pharmaceutical andetiwiology companies were not interested in
development of medicinal products intended forttremt of rare diseases due to the necessity of
considerable investments into development of sueldicmal products and low demand. Even the
active substances already discovered which potntiauld improve the health of seriously ill peepl
or even save lives, were not improved and werepabton the market because of lack of financial
interest. Therefore, rare diseases, which incliaetic (hereditary) diseases, rare cancers, automam
diseases, congenital malformations, toxic and tidas (ropical) diseases, became known as orphan
diseases and the affected patients — as healthmsfgrphan patients.

Although in the United States of America the prablef development of medicinal products

intended for treatment of rare diseases was tadijelgal means already almost three decades ago



(the “Orphan Drug Act® was adopted in 1983), and this example was shfmfitywed by some other
countries, including the EU, which adopted the Ratpn (EC) No 141/2000 of the European
Parliament and of the Council on Orphan MedicinaldRcts, the question of availability of orphan
medicinal products poses one of the acutest prableinthe health care system because for thousands
of rare diseases medical products do not yet earsd; because the already created ones are hardly
accessible to the patients due to various reasons.

Presently 27-36 million patients with rare disedses on the territory of the EU, and about 25
million in the USA. It is estimated that there approximately 200,000-240,000 such patients in
Lithuania. Of these, about 160,000 people areitlh\genetic diseases. These patients face diffesult
as consumers of health care services and it israoed by the ongoing court cases: for examplehén t
United States — regarding the prohibition of usee#k investigational medicinal products in treatmen
of life-threatening diseases after Phase | of ddihitrial$, in the UK — regarding the refusal to
reimburse effective but very expensive medicinaldpicts intended for treatment of breast cahder
ltaly — regarding reimbursement of experimental itied! products intended for treatment of cafcer
The petition§” with tens of thousands of signatures requiringueng high quality and non-
discriminatory treatment of patients with rare fgrof cancer, submitted to the highest authorities o
the Republic of Lithuania in 2006 and 2007, as welthe headlines of articles published in Lithaani
dailies and weeklies (for example: “Rare diseasgéstims and money” “Rare disease patients —

outsiders for life®, “Patients in labyrinths of rare diseas@s™Rare diseases plague not only the

! Orphan Drug Act of 1983ub. L 1983, No. 97-414.

2 Regulation (EC) No 141/2000 of the European Pmgiat and the Council of 16 December 1999 on orphadicinal
products. [2000] Ol 18.

3 Abigail Alliance for Better Access to DevelopmerRaligs v. von Eschenbacho. 445 F.3d 470, D.C. Cir. 200@&v'd,
no. 495 F.3d 695, D.C. Cir 200&pigail Alliance for Better Access to Developmemalgs v. von Eschenbacho. 495
F.3d 695, 697, D.C. Cir. 2007 (en barcgrt. denied128 S. Ct. 1069 (2008).

* Ann Marie Rogers v Swindon Primary Care Trust &r8&ny of State for Healtfi2006] EWCA Civ 392. Judiciary of
England and Wales.Court of Appeal (Civil Division) [interactive]. 12April 2006 [accessed 2008-02-02].
<http://www.judiciary.gov.uk/judgment_guidance/judgnts/summaries/annmarie_ rogers.htm>.

® Ernst, E., Barnes, J., Abbot, C. N., Armstrong@\.et. al. The Di Bella story: emotion as opposed to f&ectcus Altern
Complement Thed998, 3: 143.

® In 2006, the National association of organizatiafisvomen with breast diseases, Lithuanian reptesen of the
international coalition against breast cancer “par®onna” collected signatures to petition for psmn of equal treatment
capabilities by modern biological therapy to allmen affected by breast cancer. The petition withrartban 55 000
signatures was submitted to the President of thruBlE of Lithuania, the Prime Minister of the Réia of Lithuania and
the Minister of Health of the Republic of Lithuania

"In 2007 S. Narbutas suffering from chronic myelédemia submitted the 80,000 signatures petitionh wibr
reimbursement of medicinal products to people sunffefrom chronic myeloleukemia to the Speakerhaf Parliament, the
Prime Minister and the Minister of Health.

8 Skbaliers, A. Retos ligos: aukos ir pinigai. Ekstra. Vilnji004-12-13, p. 50-52.

° Budvytiere, G. Sergantieji retomis ligomis — gyvenimo uZriayfauno dienaKaunas, 2005-04-06.

% Taraskeutiene, M. Pacientai ret ligy labirintuose Valstie®iy laikrastis. Vilnius, 2008-04-05.



patients™, “Rare diseases — a puzzle to doctors in proviicéDiagnosed late, treatment is extremely
expensive’®, “Utterly alone with a serious illnes§’ “Exclusive treatment — for exceptional
personalities’, “Medicine against cancer — only to every thifd™Doctors’ headaches: how not to
condemn a patient to deatf)’ eloquently testify about the painful experienoéd.ithuanian patients
and their relatives faced with a rare disease disign

The conclusions of the studies performed in EUrdprecent yeat8 also confirm the relevance
of the topic. These studies conclude that espgdialnew EU Member States, including Lithuania,
territorial and economic accessibility to medicipabducts intended for treatment of rare diseases i
ensured insufficiently: e. g. medicinal productswwat be bought in the country, very expensive
medicinal products are not reimbursed, patienteeepce difficulties even upon consent to take part
in clinical trials of orphan medicinal products, go abroad for consultations (diagnostics) and (or)
treatment. It is established that in different E@rivber States the possibilities of treatment wiffhan
medicinal products are not equal.

This shows insufficient protection of the rightspaftients with rare diseases, as well as the need
to improve legal regulation of accessibility of nedal products intended for treatment of orphan
diseases both at EU and national levels. Sincé @xlay the topic of legal regulation of availatyilof
orphan medicinal products was not considered frioenlégal point of view neither in Lithuania nor
abroad — this proves the necessity of scientifseaech of this problem within the framework of the
health law doctrine.

The object of the research:regulation of availability of orphan medicinal diets in health
law.

The availability of medicinal products as a concisphot established precisely, thus, in most

general sense, this concept may be defined asitiietg of conditions that ensure that patientsadrie

M Juskewtiere, J. Reta liga vargina ne tik ligorlaipéda. Klaipeda, 2006-06-08.

12 Kurtkute, A. Retos ligos — galva&is provincijos medikams. 2006-09-OBews portal alfa.lt[interactive] [accessed
2009-03-14]. <http://www.alfa.lt/straipsnis/50582>.

13 Bernotait, J. Diagnozuojamos péuotai, gydymas nepaprastai brangigtuvos medicinos kronik&008-03-05.

14 Zickus, E., Alasauskyt G. Vienui vieni su sunkia ligd/akaro ZiniosVilnius, 2007-09-22.

15 Kuginskait, J. 18skirtinis gydymas — i$skirims asmenyéms. Veidas.Vilnius, 2006, Nr. 23.

18 Jargoriere, M. Vaistai nuo ¥Zio — tik kas tréiam. Valstie’iy laikrastis. Vilnius, 2009-02-21.

" saukier, I. Mediky galvos skausmas: kaip Zmogaus nepasmerkti my2i@@9-07-05News portal Delfi.lfinteractive]
[accessed 2009-07-05]. <http://www.delfi.lt/newshdelealth/article.php?id=22962273>.

18 Bignami, F. Eurordis survey on orphan drugs atdits in Europe. 6th Eurordis Round Table of Comijes Workshop.
Barcelona 9 July, 2007 [interactive] [accessed 200@1]. <http://www.eurordis.org/ IMG/pdf/2007 Olrseyeurordis
.pdf>; De Varax, A., Lerellier, M., Bértlein, G. @wiew of the conditions for marketing orphan drig<€urope. Paris:
Alcimed, 2005; Rare diseases: understanding thidigunealth priority. Eurordis, November 2005, p.[ifiteractive]
[accessed 2008-10-21]. <http://www.eurordis.org@ddf/princeps_document-EN.pdf>; Taruscio, D., [zoizA., Loizzo,
S., et al. Report on mutual availability of medesnfor RD in EU countries. 4 April 2007 [interae]accessed 2008-10-
21]. <http://www.teddyoung.org/download/10_Reportmtual availability ofmedicinesfor RDinEUcountripdf>.



to obtain in their home country, on time and withooterference safe, innovative, affordable
medications. In short — as territorially and ecoratly efficient supply of medications to the
populatiort®?° The main concept of this dissertation is the ohavailability of orphan medicinal
products Compared to the one provided earlier, in additiorihe mentioned aspects it includes the
issue of legal regulation of development and pgton the market of orphan medicinal products as an
essential precondition of availability of orphandi@nal products as goods (products).

Further specifying the object of the researchhdutd be noted that the research concentrates on
regulation of the availability of orphan medicimabductsin European Union and Lithuanian lawnd
that the legal norms governing the availabilityopphan medicinal products are attributable to healt
law.

The purpose of research— to examine the regulation of availability of bgm medicinal
products in EU and Lithuanian law, to evaluate tBmtionship of this regulation with the state
obligation to ensure that the patients are supphétl the needed medicinal products; and, having
established the regulatory dysfunction in natidaal — to propose possible solutions.

The objectives of research:

1. To examine the historical and legal characteristiod theoretical aspects of legal regulation of
availability of orphan medicinal products in EU lagspecially with regard to special features
of concepts of “rare diseases” and “orphan medicpraducts” established by Regulation
141/2000/EC.

2. To determine the legal basis of the state’s olhibgatp the patients to ensure the availability of
orphan medical products; at the same time to etalthe legal validity of expectations and
interests of a patient affected by a rare disdasethe existing medicinal products are available.

3. To identify the measures aimed at ensuring avaitaand promotion of orphan medicinal
products under EU law, to examine the peculiaritiesuch legal framework, to evaluate how
these measures are implemented under relevant noirrhghuanian law, and to formulate
proposals of improvement of regulation of availdpilof orphan medicinal products in

Lithuania.

19 Jankauskie) D., P&iiira, R.Sveikatos politika ir valdyma¥ilnius: MRU, 2007, p. 125130.

%0 The Order of the Minister of Health of the Repahiif Lithuania of 10 July 2009 No V-572 “On Imprawent of

Availability of Medications and Approval of the PRlaof Reduction of Prices”, establishes the follayvidirections and
measures of improving the availability of medicipabducts: improvement of the reimbursement systemrovement of
regulation of activities of apothecaries and whalepharmaceutical distribution firms, strengthgniri control of sales of
pharmaceutical to the population, improving theutation of work of doctors.(fficial Gazette2009, No. 87-3715].



The sources of the researchi-or the purposes of the research the US, Europeaontand
Lithuanian legal acts were analyzed, as well asjuheprudence of the Constitutional Court of the
Republic of Lithuania and the international scigofiterature.

The main sources of deep analysis of the spdafciof the EU regulation of the orphan
medicinal products are EU Regulations, Directivths, case law of the European Court of Justice; the
European Commission’s communications, consultatiand guidelines; the Council of the European
Communities recommendations and resolutions; eapbey notes, reports and guidelines of other
competent EU institutions (European Medicines Age@ommittee for Orphan Medicinal Products) —
albeit not legally binding, but critical in integting and understanding the content of certainiprans
of those EU legal acts, which regulate the matéisccessibility of orphan medicinal products. Qthe
information sources were used too: inventories,tainimg information on availability of orphan
medicinal products in EU Member Steteshe 2007 report of the Heads of Medicines AgenofeEU
Member States on problems of availability of mathtiproducts intended for human consumption in
EU?% the document approved by the Working Group ortifgi of the Pharmaceutical Forum —
“Improving Access to Orphan Medicines for all Affed EU Citizens®. The research is also based on
the results of three recent empirical studies:G852and 2007 European Organisation for Rare Disease
(EURORDIS) ordered continuous comparative studiethe availability of orphan medicinal products
in European Unioff, European Commission’s ordered study by indepenebeperts from France A.
De Varax, M. Letellier and G. Bortlein on condit®for marketing of orphan medicinal products in
Europe, published in 208% and the report of scientists Taruscio A. Loiz80,Loizzo and others on

the situation of availability of orphan medicinabgucts in EU countries, published in 2607

21 |nventory of Community and Member States incemtiveeasures to aid the research, marketing, develupand
availability of orphan medicinal products. 2001 vig@n 2002; Revision 2005.

22 Availability of human medicinal products. RepoftTask Force of HMA MG. Adopted by HMA 5th Noventh2007
[interactive] [accessed 2009-04-28]. <http://wwwahau/uploads/media/Availability_medicines HMAMG_TF _
Report.pdf > .

% Improving access to orphan medicines for all affécEU citizens. Working Group on Pricing of theaRhaceutical
Forum, 2008 [interactive] [accessed 2009-05-29tp<Hec.europa.eu/pharmaforum/docs/pricing_ orghan.pdf>.

4 Rare diseases: understanding this public heaidhifyr Eurordis, November 2005, p. 7 [interactijapcessed 2008-10-
21]. <http://www.eurordis.org/IMG/pdf/princeps_daecant-EN.pdf>; Bignami, F. Eurordis survey on orphdrugs
availability in Europe. 6th Eurordis Round Table@dmpanies Workshop. Barcelona 9 July, 2007 [ictera] [accessed
2008-10-21]. <http://www.eurordis.org/IMG/pdf/20@Dsurvey-eurordis.pdf>.

% De Varax A., Lerellier, M., Bortlein, G. Overvienf the conditions for marketing orphan drugs in dpe. Paris:
Alcimed, 2005.

%6 Taruscio, D., Loizzo A., Loizzo, Set al Report on mutual availability of medicines for RDEU countries. 4 April
2007 [interactive] [accessed 2008-10-21khttp://www.teddyoung.org/download/10_Reportonmutualailabilityof
medicinesfor RDinEUcountries.pdf>.



For the purposes of analyzing Lithuanian legal famrk on availability of orphan medicinal
products the main sources were the official ordd#rehe Minister of Health of the Republic of
Lithuania and of the director of the State Patigfhtsid at the Ministry of Health.

For the specific questions touched upon in theediaBon, not only the works of health law
scientists are of value, but also publications okerm#ists in the fields of health policy, health
economics, medical ethics, public health, medieine other fields.

The historical aspects of adopting the Orphan Medidroducts Act in 1983 were examined by
P. J. Kenney, J. T. O'Reilly, and D. Brown-Grossmantheir articles published ifrood Drug
Cosmetic Law Journdl M. E. Haffner, J. Whitley and others assessed tite decades long
experience of legal regulation of orphan medicipaducts in the United StaféslLegal aspects of
Japanese regulation of orphan medicinal producte wedressed by K. Uchida, M. Shiragami and K.
Nakai, A. S. MeyerS. The Canadian regulation of access to orphan rmadiproducts has been
reviewed by doctoral student in legal sciences &lPRulsen from the University of Tororfto

The historical and legal analysis into the fieldtioé EU legal regulation of orphan medicinal
products has been made in the doctoral thesis @.MostilleLes Medicaments Orphelins al'heure de
I'Europe: une longue histoir@vhich was defended at Claude Bernard UniversitgrLin Francebut
was not published as a monograph$ince the thesis was defended in 2000, M.B.Cesti&s able to
examine only the draft Regulation 141/2000/EC, & and Japanese legal acts that legitimized
incentives for development of orphan medicinal piid, and French national legal acts regulating
certain features of availability of orphan medi¢ipeoducts. It was not possible to find other tlsese
extensive studies on similar topics; consequerttg, regulatory changes regarding availability of

orphan medicinal products that took place in EU ¢awing the last decade have not been addressed.

2" Kenney, P. J. The Orphan Drug Aets it a barrier to innovation? Does it create ummted windfalls#ood Drug
Cosmetic Law Journall998, 43: 66#679; O'Reilly, J. T. Orphan Drugs: the strange aafsbaby M.Food Drug Cosmetic
Law Journal. 1987, 42: 516526; Brown-Grossman, D. The Orphan Drug Act: aidopbr foster careFood Drug
Cosmetic Law Journall984, 39: 128151.

8 Haffner, M. E. Adopting orphan drugs: two dozerangeof treating rare diseasé$.Engl J Med.2006, 35: 445447;
Haffner, M. E., Whitley, J., Moses, M. Two decaad orphan product developmeN&at Rev Drug Discaw2002, No. 1.

29 Uchida, K. Orphan drugs in Japdrug Information Journal1996, 30: 174175; Shiragami, M., Nakai, K. Development
of orphan drug in Japan: characteristics of orptharg development in Japabrug Information Journal2000, 34: 839
846; Meyers, A. S. Orphan drugs: the current sitnain the United States, Europe and A&laug Information Journal.
1997, 31: 102.

%0 De Paulsen, N. Abandonment or Access: Canada'fid@drprug Policy. Working paper [interactive]. Unisiéy of
Toronto Health Law and Policy Group. 2004 [acces28@8-10-13]. <http://www.law. utoronto.ca/healtlildocs/
student_dePaulson-OrphanDrugs.pdf>.

31 Costille, M. B. Les Medicaments Orphelins a I'heute I'Europe: une longue histoiféhese pour le diplome d'etat
docteur en pharmacie [interactivd]lyon : Universite Claude Bernard — Lyon |, Facu& pharmacie, Institut des sciences
pharmaceutiques et biologiques, 2000 [accessed -PB{BD]. <http://ispb.univ-lyonl.fr/theses/thesdegicastilleb/
thesecostille.pdf>.



With the entry into force of Regulation 141/2000/Ee& first few insights on gaps in legal
regulation of availability of orphan medicinal prads were provided in two small articles by A.
Rappagliosi. One of them was publishedJaurnal of Commercial Biotechnolofyalmost ten years
ago.The other one, wholly dedicated to the Regulatiét/2000/EC, was published in thd Bsue of
2001 ofPharmaceuticals Policy and L&#which was which came into force a year beforeet tis
journal also published several articles on topi€degal regulation of the availability of orphan
medicinal product.

So far there is no comprehensive study that woidduds the issue of legal preconditions of
availability of orphan medicinal products. Indivaluauthors connect the patients’ legal expectations
related with these expensive medicinal producthé¢oright to health care, principles of solidaiyd
health care equality; however, so far these insigigre not further developed and founded from the
legal standpoint.

So far, the question of EU legal regulation aimédo@motion and ensuring availability of
orphan medicinal products has not been studiedoire rdetail elsewhere. However, B. M. Buckley, E.
Tambuyzer et al., R. Joppi, et al., M. E. Haffiesrote about the problems and challenges of the
clinical trials of the orphan medicinal productdieTdilemma of funding of development of costly
orphan medicinal products and their reimbursemexst siscussed by C. A. Gericke et al., C. Mgldrup,
R. Joppi, et af®, professor A. Hollis of University of Calgary (Cada}’, prominent economist M. F
Drummond?®. A particularly interesting academic discussiontioa subject of economic availability of

%2 Rappagliosi, A. Patient access to innovation: beéomaceuticals, "™ hurdles and socioeconomic issudsurnal of
Commercial Biotechnolog001, 7(4): 299308.

%3 Rappagliosi, A. Patient access to orphan drugjserEuropean UnioPharmaceuticals Policy and La®001, 3: 5561.

3% Westermark, K. The Regulation of OrpHhdedicines in the EU: objectives reached and maailehges when facing the
future. Pharmaceuticals Policy and Law®007, 9(3/4): 324342; Trama, A., Pierannunzio, D., Loizzo, A., Taios D.,
Ceci, A. Availability of medicines for rare disease EU countriesPharmaceuticals Policy and La®009, 11(1/2): 104
109.

% Buckley, B. M. Cinical trials of orphan medicinésincet.2008, 371: 20542055; Tambuyzer, E., Mooney, P., Incerti, C.
The new EU clinical trials directive and orphan megthl products: current status and recommendati®dhs Quality
Assurance Journal2004, 8: 102109; Joppi, R., Bertele, V, Garratini, S. Orphangddevelopment is progressing too
slowly. British Journal of Clinical Pharmacology006, 61: 355360; Joppi, R., Bertele, V, Garratini, S. Disapyioig
biotech.BMJ. 2005, 331: 898397; Haffner, M. E. Adopting orphan drugs: two dozears of treating rare diseasdsEngl|

J Med.2006, 354(2): 445447.

% Gericke, C. A., Riesberg, A., Busse, R. Ethicaliss in funding orphan drug research and developriévied Ethics.
2005, 31: 164168; Mgldrup, C. No cure, no pagMJ. 2005, 330: 12621264; Joppi, R., Bertele, V., Garratini, S. Orphan
drug development is progressing too slovsitish Journal of Clinical Pharmacolog006, 61: 355360.

3" Hollis, A. Drugs for rare diseases: paying foniation. Calgary, Canada: University of Calgary, Bower 2005, p.-116
[interactive] [accessed 2008-07-01]. <http://wwpprorg/books/archive/IRPP-JDI/hollis.pdf>.

% Drummond, M. F., Wilson, D. A., Kanavos, Rt al. Assesing the economic challenges posed by orphagsd
International Journal of Technology Assessmentéalth Care 2007, 23(11): 3&42.



orphan medicinal products took place between tligsBrhealth economists D. A. Hud@set al. and

C. McCabe et al., which was published in the jou@aM: an International Journal of Medicine
2005-2008°. One of the newest publications, which discuskesissue of availability of expensive
new medicines (including orphan medicinal produatgpnded for treatment of cancer on the market
and for the patients, was published in the jouAmaials of Oncologin 2009

Recently, both in the USA and the EU the topic ehdfits and risks associated with legalizing
the availability of not authorized orphan medicipabduct is being discussed ever so actively. The
works of US authors show that among EU lawyersatitention to this topic should also increase: A
work of Georgetown University (USA) Law Centre sttist J. N. Vale of more than 30 pages in
length, discussing features and evolution of UXlleggulation of availability of investigational
medicinal products, was published in 260&lso, an article by L. V. Romano and P. D. Jacnbs
“Patient access to unapproved therapies: the lgaddge of medicine and law”, examining and
discussing the latest trends in this field, hasnbmablished in 2009 in théournal of Health & Life
Sciences Laff.

A publication titled “Orphan Drugs in Europe: prig, reimbursement, funding and market
access issues” (published in 2008 in the UK) closely relates ke ttopic of the dissertation. It
structures and compares information on the incestifor orphan medicinal products, as well as
financing and reimbursement thereof in GermanytééhKingdom, France, Italy and Spain; the work
presents various tables and a lot of other useéiistcal information. However, the nature of this
publication written by an international pharmaceaitibusiness consultant and independent analyst D.
Machartur is not scientific-investigational, butnomercial-informative. It is more addressed to the

pharmaceutical and biotechnology companies.

% Huges, D. A., Tunnage, B., Yeo, St. T. Drugserceptionally rare diseases: do they deserve dpsaias for funding?
Q J Med 2005, 98: 829836; Huges, D. A. Orphan drug revisited: authog'sponsQJM. 2006, 99(5): 35a351.

4% McCabe, C., Tsuchiya, A., Claxton, Kt al. Orphan drug revisited) J Med.2006, 99: 341345,

“1 McCabe, C., Bergmann, L., Bosanquet, N., Ellis, Bhzmann, H., von Euler, Met al. Market and patient access to new
oncology products in Europe: a current, multidingry perspectiveAnnals of Oncologyinteractive] 2009, 20: 403-412
[accessed 2009-06-14]. <http://annonc.oxfordjowgmaty/cgi/reprint/20/3/ 403>.

2 vale, J. Expanding expanded access: how the Fonddaug Administration can achieve better accessxfgerimental
drugs for seriously ill patientdhe Georgetown Law Journfihteractive]. 2008, 96: 2142175 [accessed 2009-02-21].
<http://www.georgetownlawjournal.org/issues/pdf@&-ale.PDF>.

“3Romano, L. V., Jacobson, P. D. Patient acceasapproved therapies: the leading edge of medanmaelaw.Journal of
Health & Life Sciences Law009, 2(2): 4472.

4 Machartur, D. Orphan Drugs in Europe: pricingneirsement, funding and market access issMesarthur West
Sussex, UK: Justpharmareports, 2008 [interactivatcgssed 2009-08-13]<http://www.researchandmarkets.com/
reports/607381>.



Defended theses:

1. Global trends of legal regulation of availability orphan medicinal products, as well as
the EU’s attention to the question of treatmentrafe diseases (albeit EU’s limited
competence in the sphere of health care) show tthatissue of availability of orphan
medicinal products cannot be left to the free madeadf-regulatory processes. In EU it can
be best ensured by interaction of Community legistanitiatives and national measures of the
Member States.

2. The availability of medicines is the element of lerpentation of the right to health care, and
the state’s role in providing for the health caréniseparable from the principles of equality and
solidarity, therefore, theoretically, the expeaias of patients affected by rare diseases that the
necessary medicinal products are available shaikhhued as legitimate and justified.

3. Current Lithuanian legal regulation of availabildforphan medicinal products does not ensure
that the patients affected by rare diseases hdlvand equal possibilities to access high quality
health care services, therefore this legal framkwaust be improved.

The methodology and structure of the dissertationThe research is based on the following
methods: analysis of documentation, logical-anedyti analytical-critical, systematic analysis,
comparative, historical-legal, philosophical coyat and linguistic. The dissertation is composéd o
introduction, three analytical-instructive partsivided into sections, subsections and divisions,
conclusions, and recommendations. At the end oflisgertation the list of references is provided an
the annexes are attached.

The first part of the studyThe trends and peculiarities in global and EU regidn of the
availability of the orphan medicinal produttexplores the historical and legal aspects, as asthe
theoretical characteristics of adoption of Reguolati41/2000/EC. Since the EU legislative initiative
regarding the availability of orphan medicinal puots are associated with US and Japanese experience
in this field, firstly the study considers the f@a&s of the 1983 US “Orphan Drug Act” and the clesng
in the criteria of prescription of new investigata& medicinal products to patients in US law, and
provides an overview of the amendments to the J&bemmmaceutical Affairs Law regarding orphan
medicinal products, adopted in 1993. Exploring idsie of preparation and adoption of Regulation
141/2000/EC, the most significant historical angalefacts and events are presented in chronological
order; the legal grounds of Community level regolaf availability of orphan medicinal productear
established. For the first time in legal science tpeculiarities of the concepts of “rare

disease/condition” and “orphan medicinal produc”legal categories are examined. The question of



EU law regulation of availability of medicinal procts intended for treatment of tropical diseases is
analyzed at the end of the section.

The second part of the study -tegal preconditions of availability of orphan medal
product$ aims at establishing, firstly, the legal grourmfsthe state’s obligation to ensure patients’
access to orphan medicinal products and, secoadtgblishing the legal validity of expectations and
interests of a patient affected by a rare disdasietihe existing medicinal products are accesstlee
in the relevant literature the right to health canel its availability is indicated as the key arguinfor
ensuring the availability of orphan medicinal prodh, firstly, the opportunities and limits of
implementation of this right are defined: its stin human rights doctrine, the Community and
national law. To that end, the corresponding piouss of international human rights instruments are
examined, the Community competence in spheres ofahurights and health care is assessed, the
jurisprudence of the Constitutional Court of thepRic of Lithuania and constitutional law doctrine
are analyzed, the corresponding articles of the bawthe Rights of Patients and Compensation for
Damage to their Health of the Republic of Lithuanidich establishes these rights, as well as the
proposed amendments of these articles in the Bnafthat is being currently prepared, are examined.
The logical-legal links connecting a patient’s tigh health care and the concept of availability of
medicinal products are highlighted by elaboratimgtbe content of the concept of availability of
medicinal products in the national legal acts rating the health promotion activities.

Since the second and the third legal presumptibas presuppose state obligation to ensure
access to orphan medicinal products derive fronttimeent of principles of equality and solidaritye
essential features of implementation of these [pies are established at the end of section. The
Council recommendation on a European action in fibled of rare diseases, adopted in 2809
stipulates that the Member States, on the basgiotiples of equality and solidarity adopted asros
the EU, must take steps to ensure within theiittey that patients with rare diseases have actess
high-quality care, including diagnostics, treatnseméhabilitation for those living with the diseas®l,
if possible, effective orphan medicinal productvési the fact the Convention on Human Rights and
Biomediciné® obliges the States to provide equitable accebsatih care of appropriate quality within
their jurisdictions, and the person’s right to hdkie best possible health care equality regardiéss
his/her gender, race, ethnicity, nationality, sbstatus and profession is a principle of legautation

of health promotion activities of many Europeantestathe latter recommendation of the Council

“5 Council Recommendation of 8 June 2009 on an adtidime field of rare diseases. [2009] OJ C 151/02.
46 Convention for the protection of human rights aighity of the human being with regard to the aggtion of biology
and medicine: Convention on human rights and biocireel Oviedo, 4.4.1997.



means that the state should take all appropriatesuanes so that the patients with rare diseases/eece
treatment, which is adequate to the standardseaf biealth needs and scientific progress, and wisich
inseparable from the orphan medicinal productsti@ medicines to treat the disease are already
created and their effectiveness is scientificaltgven). In this case equality should be interpreted
sufficiently broadly: both as absence of discriniima between normal and rare diseases patienth (bot
should receive treatment appropriate to their headeds), and between the patients with rare diseas
(e.g., as regards reimbursements of medicines,jregfor medical treatment abroad, etc.). Similarly,
this concept should include state’s orientationaxs advanced models of regulating and ensuring the
availability of orphan medicinal products to pateeemployed in other EU Member States. Ensuring
equality in health care is primarily attributabtea person’s health needs, therefore, the arguofent
“state’s available resources” should not negatendeessity for a state to “take appropriate measure
so that the patients’ “needs” would be fulfilledthe case at hand cannot justify indifference, gaps
regulatory framework in the areas related to higality of treatment of patients with rare diseases.

The state’ role in ensuring health care is insdgar&dom solidarity being a fundamental value,
as represented by the provisions of the Chart€uafiamental Rights of the European Ufiloin the
preamble to the Charter the principle of solidar#tyaccorded the status of fundamental value, upon
which the Union is “founded” and which it seeks“preserve and develop”. Charter's Chapter IV
“Solidarity” among other social rights establiste®ryone’s “right of access to preventive healtte ca
and the right to benefit from medical treatmentemithe conditions established by national laws and
practices”. It could be argued that this right ireplthe person’s duty of solidarity.

In the context of health care the principle of dafity reflects the whole society’s responsibility
for its members, who in case of illness may incantipularly high expenses for health care servioes,
even not receive these services at all. Thus, ifkeep in mind the question of ensuring economic
availability of expensive orphan medicinal produdtslogically follows that, since spending on
medicines tens of thousands Litas (and more) peitims an unbearable financial burden for seriously
il patients, they have a reason to believe thaeasive, but compliant with the standards of sdient
progress, effective medicinal products would bdyfur at least partially compensated. Clearly,
fulfilment of such patients’ expectations by und&img appropriate commitments is a significant
challenge for a state because treatment of evepatrent ill with very rare disease can cost milso

In the third part of dissertation -Eliropean and Lithuanian legal regulation aimed edrpotion

and ensuring availability of orphan medicinal pratsi the conceptual model of European and

7 Charter of fundamental rights of the European dnja000] OJ C 364.



Lithuanian legal regulation aimed at promotion @anguring availability of orphan medicinal products
is formulated. Examining the provisions of EU lathe measures aimed at promotion of availability of
medicinal products intended for treatment of orpliiseases are distinguished according to the
subjectivity factor. The first one — the incentiies sponsors of orphan medicinal products. With th
adoption of Regulation 141/2000/EC, favourable d@ors promoting the development of orphan
medicinal products and putting them on the marketewcreated to sponsors of orphan medicinal
products, and to the patients — conditions to wectaieatment; therefore, the incentives of grantihg
marketing rights of orphan medicinal products (caited Community authorization procedure;
conditional marketing authorisation; marketing awikation under exceptional circumstances) and ten
years of market exclusivity for registered orphaadminal products are carefully analyzed. Other
incentives, such as protocol assistance, finarstipport for rare diseases and research of medicinal
products received less attention, although theseniives are also important to the sponsors.

For the purposes of development and coordinatiojoiaf approach of EU Member States to
availability of orphan medicinal products, EU lawopides exceptions regarding prescription to
patients of medicinal products that are not ausigatiin the country and new investigational medicina
products. Upon introduction of these exceptions idtional law, orphan medicinal products can reach
patients more quickly and easily, therefore, theepkions are isolated and examined as means of
ensuring patients’ access to orphan medicinal prsdult is examined which substantive legal
guarantees of availability of not authorised mewitproducts are in force in Lithuania.

In this section of the dissertation the questiorregfulation of economic availability of orphan
medicinal products is examined. It is clearly rauagd in the relevant literature that compensatibn
treatment of rare diseases, which requires allocaif huge resources from the health insurancediudg
and the resulting limitations on possibilities matment with these medications, is both an etlaindl
a legal problem. Ethical aspects are considerengusie theories of allocative justice, as well lzes t
insights of modern medical ethics professionalDBniels and R. Veatch, C. A. Gericke, A. Hollis,
etc., the controversial academic debate over thestipn of health economists J. McKie et al, D. A.
Huge etal., C. McCabe et al. Practical and legal aspects af phoblem are illustrated by the legal
analysis and evaluation of the order of reimbursemné medicinal products intended for treatment of
rare diseases and sending patients abroad for aldd@atment procedures, presently effective in
Lithuania.

Finally, the promotion of the availability of orpthamedicinal products by improving the
implementation of the patients’ right to accesiformation is discussed. Article 10 “Private |dad

right to information” of the Convention on HumangRis and Biomedicine states that “everyone is



entitled to know any information collected abous loir her health”. The Explanatory Report to the
Conventiof® explains that a person’s “right to know” encompeasall information collected about his
or her health, whether it be a diagnosis, prognosiany other relevant fact”, such as the medical
investigation data, the proposed treatment andnfiatetreatment/research alternatives, the risks,
treatment stages and the like. The implementatiothis patient’s right is bound by the counter-
obligation of the doctor: to provide the patientiwtorrect information. In case of rare diseasess, i
more difficult for the doctors to implement theibligation to inform the patient, because the rare
diseases are complex and often damage various Soagahbody systems, because of their rarity the
doctors do not have or have very little informatmnsome of these diseases. In order to ensurectorr
implementation of this patient’s right, the mostvdarable conditions facilitating exchange of
knowledge and information must be created for mtiériested parties (medical doctors, researchers,
medicinal products developers and researchergdtients and their relatives). The best meandatr t

— possibilities provided by modern telecommuniaatioand Internet. Consequently, established
networks must be promoted and new ones createidnahtegistries for rare diseases must be set up,
etc. Patient organizations at both a member statetlae EU level have proved to be invaluable
partners in raising the visibility of rare diseas@sl improving quality of information about availélp

of rare diseases and orphan drugs; they likewiieeimce the decisions regarding patients’ welfare,
therefore they should also be supported.

The last subsection of the dissertation is devtdeviewing and summarizing legal and other
initiatives of the EU member states aimed at pramgothe development, research, and availability of
orphan medicinal products.

At the end of the dissertation the conclusions frenulated, the recommendations on
improvement of regulation of availability of orphamedicinal products intended for treatment of rare
diseases and conditions in Lithuania are propoBeel lists of cited literature and the author’s stifec
publications are provided. The annexes contain méirand Lithuanian legal acts regulating access to
orphan medicinal products, and a table, which coegpkegal regulation of orphan medicinal products
in different countries and the EU.

“8 Explanatory Report to the Convention for the prtta of Human Rights and dignity of the human eivith regard to
the application of biology and medicine: Conventmm Human Rights and Biomedicine [interactive] jegsed 2009-01-
20]. <http://conventions.coe.int/treaty/EN/Repdtitsil/164.htm>.



Conclusions

1. The question of availability of orphan medicipabducts cannot be left to the free market self-
regulatory processes, because the unavailabilisuoh medicinal products (lack of production due to
lack of financial interest, limited possibilitiesrfdoctors to prescribe such medicinal productd, (an)
lack of legal measures ensuring patients’ post#slito receive, use, purchase such medicinal
products) is not fair from the perspective of thaignts affected by rare diseases, who are equal
participants of the health care system. The adopifoRegulation 141/2000/EC and its contents were
influenced by US and Japan experience in legitimgzihe incentives to pharmaceutical and
biotechnology industry to invest in the developmamd marketing of orphan medicinal products. The
relatively late adoption of this Regulation, as Ivad the Community’s limited role in regulating the
availability of orphan medicinal products was arsd daused by the limitations of Community
competence in spheres of health care and humats.righ

2. The legal preconditions for a state to ensuck(an) for a rare disease patient to expect or to
demand that the territorial and economic availgbdf existing orphan medicinal products is ensured
is a patient’s right to health care, principleseglality and solidarity. In Lithuania, which is acgal
state respecting the rule of law, these preconditexist, however, their validity and content agale
arguments (e.g. claiming the state’s obligatioretsure availability of such medicinal products or
discussing the legality and validity of a rare dse patient's expectations and interests in the
availability of such medicinal products) are afegtby: a) poorly developed doctrine of concepthef t
right to health care and its accessibility, b) eacldifferences of subjective and legal capacitglof
this right, c) attempts to eliminate the right @icass to health care from the catalogue of patients
rights d) the volume and limits of Compulsory Healhsurance Fund budget, e) legal uncertainty of
definition of “access to medicinal products”, f)suificiently clearly established content of the
solidarity principle in the constitutional doctrine

3. The EU legislation regulating the availabilityy @rphan medicinal products could be divided
according to its content, purpose and subjectiwitg legislation: 1) establishing the incentivesian
benefits for the development and registration ghan medicinal products (the subjects — sponsors of
orphan medicinal products), 2) aimed at facilitgtend (or) speeding up access to already existing
orphan medicinal products: via an opportunity fopadient to participate in clinical trials; to rece
medicinal products, which are not authorised in ¢bantry; in the absence of alternatives — to be
treated with investigational medicinal productse(8ubjects — patients). Therefore, the availabdity

orphan medicinal products can be defined as theegnof legal and organizational measures aimed at



promoting the development of orphan medicinal potsl@and providing opportunities for use of such
medicinal products for treatment on condition afence of corresponding medical indications. kn th
absence of competence in the sphere of individealtih care, the Community only promotes the
availability of orphan medicinal products. Whetlpeoperly authorised and/or not authorised orphan
medicinal products are available to the patiengsedds on the scope of each EU Member State’s
commitments in this sphere.

4. In Lithuania the regulation of availability ofghan medicinal products is inspired by EU law.
The implementation of its provisions on incentiies sponsors of orphan medicinal products in
Lithuania is less relevant. It is more importanetsure high quality of health care of patienthwétre
diseases. Although in our country measures aimeenatiring that patients with rare diseases are
provided with required medicinal products existevant national provisions and procedures based on
them have deficiencies, and the legal frameworkegung these issues is generally rather fragmented,
confusing, and incomplete. Therefore, Lithuanidfsres to ensure rare disease patients’ rightshan t
sphere of health care should be regarded as iomulfj and may be regarded as limiting the
availability of medicinal products and the patiémright to quality health care services, and their
equality.

4.1. The treatment with investigational medicinabgucts of life-threatening diseases of
individual patients or groups of patients, who areble to participate in clinical trials (so-called
compassionate use programms), is not regulated.

4.2. The procedures of individual reimbursemenmetiicinal products intended for treatment of
very rare diseases and conditions should be eealuaitically: a) the current procedure is inefici
in cases where the patient requires the medicatigantly; b) the decision-making criteria used hg t
Commissioft’ in order to decide on reimbursement of such méidius are not established, thus the
procedure is unclear; c) a patient’s possibility simomit a request regarding the availability of
medicinal products on his/her own initiative is ilied; d) the appeal procedure against negative
decisions of the Commission regarding reimburseroéntedicinal products is not established; e) the
definition of the concept of a “very rare diseasecondition” is not perfect from the perspective of
linguistic structure and thus provides wide podisies of interpretation and subjective evaluation,
which in turn presupposes insufficient legal cetiairegarding the implementation of the rights of

patients affected by rare diseases.

*® The decisions regarding reimbursement of medicpraducts and medical aid intended for treatmenverfy rare
diseases and conditions, as well as regarding esden cases, are adopted by the commission elstabliy the order of
the director of the State Patient under the MigisfrHealth.



4.3. The procedures for sending patients abroadtrEmtment and corresponding funding
procedures have deficiencies: a) the criteria fecisions on reimbursement of medical expenses
incurred due to consultations (testing) abroadrarteestablished; b) one year — is a too long tefm o
consideration of repeat application; c) the proceslwf appeal of the decisions of the Commissien ar
open to partiality.

Recommendations

1. To improve secondary legislation that estab8shiee procedures of reimbursement of
medicinal products intended for treatment of raseases and conditions:

1.1. To clarify the legal definition of “rare dissaand condition” concept, establishing that a rare
disease is a severe, debilitating or life-threatgrdisease, which affects no more than 5 persons pe
10,000 residents. The epidemiological indicatoad¥ery rare disease or condition” should be set at
less than 100 cases per million residents.

1.2. To specify the criteria under which the Conwsigs decides on reimbursement of medicinal
products intended for treatment of rare diseaséth &Wiew of ensuring transparency and publidity t
minutes of Commission’s meetings can be made pgpkcifying the reasons for individual decisions.

1.3. To establish the appeals procedure again€dhamission’s decisions.

1.4.With a view of ensuring adequate access to expemsedicinal products for each patient to
whom they should be administered, along with miaing the opportunity of wasting limited health
care resources to regulate the application of therses of risk sharing between the state (patérmt)
the manufacturer of the medicinal product (e.g. wiiee medicinal products are reimbursed for all
patients in full or together with the manufactu@rthe first two or three months, and the posgibadf
further reimbursement is determined according t@hepatient’'s progress, having conducted
corresponding tests after a reasonable periodred.tin case the effect of the administered medicina
product is not sufficient, the manufacturer mustpensate the state the sums spent to the patient’s
treatment. If the medicinal product is effectivedahe effect is long-lasting, the state undertakes
fully reimburse the costs of treatment).

2. The Law on Pharmacy of the Republic of Lithaamiust be supplemented with exceptions
regarding the use of new investigational medicipedducts (after Phase Il/lll clinical trial) by
individual patients and groups of patients withhaoaically or seriously debilitating disease or wéo
disease is considered to be life-threatening, and @an not be treated satisfactorily by an autkdris
medicinal product and have no possibility to pgpate in clinical trial of the medicinal product in

question. To adopt appropriate secondary legal @ctgiding criteria that should be satisfied by the



medicinal product under investigation and the tepgdients groups.

3. To develop and adopt a comprehensive and lastiragegy for diagnosis, prevention and
treatment of hereditary and non-hereditary rareatiss (National Plan for Rare Diseases). To include
in the Plan specific actions on: epidemiologicalsillance of rare diseases, neonatal testing, tgene
counselling, scientific research of rare diseagesyision of training and information to doctorisimg
of public awareness, organization of patients irgggn, organization of patient support, creatidn o
competence centres for rare diseases, cooperatittn other EU Member States in exchanging
information on rare diseases. It is necessary tabbsh a clear timetable for implementing of these
actions, management structures, adequate and efeied funding and regular reporting schedule.

Practical significance of the dissertationThe study conducted in the dissertation as wethas
provided conclusions and proposals are importantiégislative development and improvement of
national legislation regulating the availability ¢fie medicinal products intended for diagnosis,
treatment and prevention of rare diseases. Thdtsestithe study can be used in forming of the
national strategy of improvement of accessibilitymphan medicinal products. The dissertation s® al
useful for patients, individuals or organizatioepresenting patients, because it provides systemati
information on legal regulation of availability ofphan medicinal products in EU and Lithuania and
evaluation of this legal framework. The legal praditions of availability of orphan medicinal prodsic
established in the dissertation, as well as theaysis may be used as legal arguments callinghior
increase of funding for reimbursement of orphan igiedl products in the budget of Compulsory
Health Insurance Fund, or seeking to protect ptieights by claiming violations of patient’s rigghto
health care, as regards the unavailability of onpgin@dicinal products.

The dissertation is also important as the contidoutof Lithuanian legal science to the
recommendation of the Commission of the Europeammr@onities (hereinafter — European
Commission) and the Council of Ministers to theiabscientists to pay more attention to different
issues related to treatment of rare diseds@he results of the study regarding the regulatibn
availability of orphan medicinal products regulation Lithuania may be used in Lithuanian 2010
report to the European Commission on initiativessupport of the development, research, and
availability to patients of orphan medicinal prothic

The study conducted in the dissertation can bentdrést to Lithuanian biotechnological or

biopharmaceutical scientific and business entezpyisvhich are potentially capable of developing or

*0 Council Recommendation of 8 June 2009 on an aatitime field of rare diseases. [2009] OL C 151/02.



co-developing orphan medicinal products, especiallythe context of anticipated Santara valley
development programmie

This dissertation is also socially significant, cgnit facilitates the debate on the topic of
importance of ensuring the availability of treathefh rare diseases to the patients, which so far

enjoyed little attention in Lithuania, and the néadbetter regulation in this area.

®1 Health care, medical, educational, academic irtiits and businesses located on the territoryaottaiskes - Visoriai
are united into Vilnius Medical and Pharmaceuti¢alley. The goal of development of the Valley —ntyihealth care,
education, training and innovative business fotoegromote health care development in Lithuaniae €ktablishment of
the Valley will allow more effective use of the bé&#thuanian medical educational, scientific, preat and pharmaceutical
biotechnological entities located in this aread&velop new medicinal products and treatment methbobugh closer
cooperation. [More: Resolution of the Governmenttltd Republic of Lithuania of 24 November 2008 N263 “On
approval of the development programme of the imtesgt science, study and business centre (vallegfte®a™. Official
Gazette 2008, N0.140-5561.].
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Indr é Spokieng
RETUJU VAIST U PRIEINAMUMO REGLAMENTAVIMAS SVEIKATOS TEIS EJE
Santrauka

Tiriamoji problema ir jos aktualumas. Su vaistais susij probleminiai klausimai dazniau
gvildenami biomedicinos moksluose, nei socialimoksly srities, juolab teis krypties darbuose.
Todkl iS pirmo zvilgsnio Sio disertacinio darbo temdi gasirodyti Siek tiek ngorasta: Lietuvos teés
doktrinoje sveikatos prieiios srityje iSkylagiy problemy analiz ir teisinis vertinimas, reikalaujantis
tarpdisciplininio poZirio kol kas rra populiaiis. T&iau atsizvelgianti nadienos tendencijas:
biomedicinos moksl plétra bei verzly jos praktinio taikymo stiy, tokiy kaip asmens, visuomées
sveikatos priefira, farmacija gitote, o ir pa&ios teigs raid (pvz.: dabartia socialiniy Zmogaus teisi
koncepciy; pacient teisiy instituto stipgjima), akivaizdu, jog teisininkamsiabina aktyviai diskutuoti
ir spresti Siy sriciy samplaikoje kylaius klausimus, kurie yra aktded, nes susijsu asmens teisiir
interes; apsauga. Siuo metu vienas iS toKilausimy, prioritetiniu pripaistamas tiek Europos
Sajungos, tiek apskritai pasauliniu mastd, retoms ligoms gydyti skigt vaisting preparai
(vadinamyju retyjy vaist) prieinamumas.

XX amziaus pabaigoje nepaisant biomedicinos mpksiotechnologiy, farmacijos pramass
pazangos retos ligos paprastai gydytos tik simptkani(pvz., malSinant skauginnes @l naup vaisiy
karimui reikalingy dideliy investiciy ir siauros paklausos farmacijos ir biotechnol@ginoniy ilgai
nedomino retoms ligoms gydyti skirtvaisiy kirimas. Netgi jau atrastos veikliosios medziagos,
potencialiai galidios pagerinti sunkiai sergémju sveikat ar net iSgeléti gyvybes, netobulintos ir
neteiktos rinkai @ finansinio nesuinteresuotumo. Tédetas ligas kurioms priskiriamos genetia
(paveldimos) ligos, retoséxio formos, autoimunis ligos, igimtos ydos, apsinuodijimo sukeltos
buklés ir kai kurios infekcias (atogrqzy) ligos, imta vadinti ,naslaémis“ (angl. orphan diseasgso
jomis sergadius pacientus-,,naslatiais” (angl.health orphans/orphan patients

Nors teisiny priemoni; sprendziant retoms ligoms gydyti skirvaisy kiirimo problema pries
beveik tris deSimtm#us imtasi Jungtiesse Amerikos Valstijose (1983 metaim priimtas ,,Retju

vaisty aktas®®), o neuZilgo ameriki#y pavyzdziu pasekir kai kurios kitos pasaulio 3alys, taip pat ir

®2 Orphan Drug Act of 198Fub. L 1983, No. 97-414.



ES, priimdama Europos Parlamento ir Tarybos reghamn@B) Nr. 141/2000 ,.Bl retyjy vaisy“>?
retyju vaisiy prieinamumo klausimas téta viena iS opiausgisveikatos sistemproblemy: ir dél to, jog
takstartiams ret; ligu gydyti vaistai vis dar nesukurti; irebto, jog jau sukurtieji é jvairiy priezasiy
pacientams sunkiai pasiekiami.

Siuo metu ES teritorijoje gyvena-236 milijonai retomis ligomis sergaiy pacient, JAV — apie
25 milijonus. Paskéiuota, jog Lietuvoje tokj ligoniy yra mazdaug apie 200 000-240 000.us |
genetirtmis ligomis serga apie 160 000 asmpefSie pacientai kaip sveikatos prigis paslaug
vartotojai susiduria su sunkumais ir tai patvirtingstantys teisminiai gitai: pavyzdziui, JAV — d
draudimo naudoti neregistruotus vaistus gyvybesigréioms ligoms gydyti po | klinikink tyrimu
fazes®, DidZiojoje Britanijoje — @l atsisakymo kompensuoti veiksmingusiia labai brangius vaistus
kraties eZiui gydyt, ltalijoje — bl eksperimentinj vaisy véZiui gydyti kompensavini§. Apie
Lietuvos pacient bei ju artimyju skaudzias patirtis susitus su retos ligos diagnoze iSkalbingai byloja
2006-aisiais ir 2007 metais su keliasdeSimitstartiy parag auk&iausi Lietuvos Respublikos

3"°8 rejkalaujant retomis éZio formomis sergantiems

valdzios instituciy vadovamsiteiktos peticijo
pacientams uZztikrinti kokybisk gydyma bei lygiateisiSk sveikatos priefira, taip pat Salies
dienragiuose ir savaitra$uose publikuai straipsni antrads: ,,Retos ligos: aukos ir pinigaf

,,Sergantieji retomis ligomis — gyvenimo uZribyje“, Pacientai ret ligy labirintuose®, ,,Reta liga

(62

vargina ne tik ligoif®, , Retos ligos — galvagis provincijos medikam$® , Diagnozuojamos

pawluotai, gydymas nepaprastai brandis®,Vienui vieni su sunkia lig&®, ,,15skirtinis gydymas —

*3 Regulation (EC) No 141/2000 of the European Paiat and the Council of 16 December 1999 on orphedicinal
products. [2000] Ol1 18.

>4 Abigail Alliance for Better Access to Developmemaligs v. von Eschenbacho. 445 F.3d 470, D.C. Cir. 200@&v'd,
no. 495 F.3d 695, D.C. Cir 200Abigail Alliance for Better Access to Developmeraligs v. von Eschenbacho. 495
F.3d 695, 697, D.C. Cir. 2007 (en barcgrt. denied128 S. Ct. 1069 (2008).

%5 Ann Marie Rogers v Swindon Primary Care Trust &rStary of State for Healtf2006] EWCA Civ 392. Judiciary of
England and Wales.Court of Appeal (Civil Division) [interaktyvus]. 12April 2006 [ziaréta 2008-02-02].
<http://www.judiciary.gov.uk/judgment_guidance/judgnts/summaries/annmarie_ rogers.htm>.

*¢ Ernst, E., Barnes, J., Abbot, C. N., Armstrong\.et. al. The Di Bella story: emotion as oposed to f&eicus Altern
Complement Thef 998, 3: 143.

72006 metais Nacionakirmoten;, sergatiy krities ligomis organizacij asociacija bei tarptautis koalicijos prie$ kities
véZi ,Europa Donna“ atstovyb Lietuvoje surinko paraSus po peticija uZz lyglydymo galimybi modernia biologine
terapija suteikim visoms kiities \Ziu sergatioms moterims. Peticija su daugiau nei 55 000 pait&ikta Lietuvos
Respublikos Prezidentui, Ministrui pirmininkui iv&katos apsaugos ministrui.

8 2007 metaislétine mieloleukemijasergantis S. Narbutas peticipél vaisty kompensavimo étine mieloleukemija
sergantiems Zzm@ms su 80 000 para§teiké Seimo Pirmininkui, Ministrui Pirmininkui ir Sveikas apsaugos ministrui.

*9 Skbaliere, A. Retos ligos: aukos ir pinigdEkstra. Vilnius, 2004-12-13, p. 5&2.

®0 Budvytiere, G. Sergantieji retomis ligomisgyvenimo uZribyjeKauno dienaKaunas, 2005-04-06.

®1 Taraskewtiene, M. Pacientai ret ligy labirintuose Valstie®iy laikrastis. Vilnius, 2008-04-05.

62 Juskewtiene, J. Reta liga vargina ne tik ligorKlaipeda. Klaipeda, 2006-06-08.

83 Kurtkut, A. Retos ligos — galvokis provincijos medikams. 2006-09-08. Naujieportalas Alfa.lt. [interaktyvus]
[zidréta 2009-03-14]. <http://www.alfa.lt/straipsnis/5@58

°4 Bernotait, J. Diagnozuojamos péuotai, gydymas nepaprastai brangListuvos medicinos kronik2008-03-05.
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ISskirtinems asmenywms™®, ,,Vaistai nuo ¥zio — tik kas tréiam™’, ,,Mediky galvos skausmas: kaip
Zmogaus nepasmerkti myrid:

Pastaraisiais metais ES atliktyrimy®® i§vados irgi patvirtina temos aktualamlose teigiama,
jog yp& naujosiose valstyise ES naise, tarpy ir Lietuvoje, registruat retoms ligoms gydyti skiugt
vaisty teritorinis bei ekonominis prieinamumas yra nepdédaanai uztikrinamas: pvz.yjneémanoma
isigyti Salyje, labai brang vaistai nekompensuojami, pacientai patiria sunkirmorédami dalyvauti
retyjy vaisty klinikiniuose tyrimuose, vykti konsultuotis (iSstt) ir (ar) gydytisi uzsien. Konstatuota,
kad skirtingose ES Salyse pacientams galiimydydytis retaisiais vaistais yra nevienodos.

Tai rodo nepakankampacient;, sergatiy retomis ligomis, teisi apsaug bei retoms ligoms
gydyti skirty vaisty prieinamumo teisinio reglamentavimo tobulinimo gikr tiek ES, tiek nacionaliniu
lygiu. Kadangi teisiniu po#riu retyjy vaisy prieinamumo reglamentavimo tema iki Siol nei Liadje
nei uzsienyje nebuvo nagéta — tai byloja ir apie Sios problemos mokslinioityo sveikatos teis
doktrinoje reikalingura.

Tyrimo objektas: retyju vaisyy prieinamumo reglamentavimas sveikatoséfeis

Vaisty prieinamumodefinicija rera konkreiai apibkzta, to@dl bendriausia prasme ji galiat
nusakyta kaip gygos, uztikrinadios pacientams galimybes savo Salyje laiku, nepatirtrukdziy
gauti saugius, naujoviSkugperkamus vaistus. Trumpiau, — kaip teritoriniu bkonominiu poAiriu
sklandus gyventgj apfipinimas vaistai$'’ Siame darbe pagrindin- retyjy vaist; prieinamumo
samprata. Ji, lyginant sw kik nusakyta, iSpkama, be pamittyjy aspekl apgpiant ir retjy vaisi
karimo bei teikimo rinkai skatinimo teisinreguliaviny kaip esmig retyju vaisiy kaip preki

(produkiy) prieinamumo prielaig

8 Zickus, E., Alasauskyt G. Vienui vieni su sunkia lig&/akaro ZiniosVilnius, 2007-09-22.

% Kucinskait, J. I13skirtinis gydymas iSskirtinems asmenyéms. Veidas Vilnius, 2006, Nr. 23.

67 Jargoriere, M. Vaistai nuo ¥Zio — tik kas tréiam. Valstie’iy laikrastis. Vilnius, 2009-02-21.

® Saukier, I. Mediky galvos skausmas: kaip Z?mogaus nepasmerkti my20p9-07-05. Naujiem portalas Delfi.lt
[interaktyvus] [ziiréta 2009-07-05]. <http://www.delfi.lt/news/daily/Hé&article.php?id=22962273>.

%9 Bignami, F. Eurordis survey on orphan drugs atdity in Europe. 6 th Eurordis Round Table of Canjes Workshop.
Barcelona 9 July, 2007 [interaktyvus] @#ta 2008-10-21]. <http://www.eurordis.org/ IMG/pdf/2007 ODsurvey-
eurordis.pdf; De Varax, A., Lerellier, M., Bortlein, G. Overvieof the conditions for marketing orphan drugs urdpe
Paris: Alcimed, 2005; Rare diseases: understantlisgublic health priority. Eurordis, November B0@. 7 [interaktyvus]
[Zziaréta 2008-10-21]. <http://www.eurordis.org/IMG/pdfifpceps_document-EN.pdf>; Taruscio, D., Loizzo, Bojzzo,
S.,et al Report on mutual availability of medicines for RDEU countries. 4 April 2007 [interaktyvus] {iféta 2008-10-
21]. <http://www.teddyoung.org/download/10_ReportonmuaumallabilityofmedicinesforRdinEU countries.pdf>.

0 Jankauskieh) D., P&iiira, R.Sveikatos politika ir valdyma¥ilnius: MRU, 2007, p. 125130.

" Lietuvos Respublikos Sveikatos apsaugos minisb@2m. liepos 10 dsakyme Nr. V-572 , Bl Vaisty prieinamumo
gerinimo ir y kaing mazinimo priemoni plano patvirtinimo* iSskirtos tokios pagrinds vaist, prieinamumo gerinimo
kryptys ir priemoRs kaip: vaisi kompensavimo sistemos tobulinimas, vaistiiti vaisty didmeninio platinimoimoniy
veiklos reguliavimo tobulinimas, vaistpardavimo gyventojams kontésl stiprinimas, gydytej darbo reglamentavimo
tobulinimas ir kt. Yalstykes Zinios 2009, Nr. 87-3715.].



Toliau konkretinant tyrimo objektpazyngtina tai, jog atliekant tyrimp koncentruojamasivaisiy
prieinamumo reglamentavymES ir Lietuvos teige, o teigs normos, reguliuojamos retjuy vaisy
prieinamuna yra priskirtinos sveikatos teisei.

Tyrimo tikslas — iSanalizuoti refjy vaistyy prieinamumo reguliavig ES ir Lietuvos teige,
ivertinti jo santyk su valstybs pareiga uZztikrinti paciemtapipinima jiems reikalingais vaistais ir
nusta&ius Sio reguliavimo disfunkejjnacionalirje teisje pasiilyti galimus sprendimoidus.

Tyrimo uzdaviniai:

1. iSnagrireti retyju vaisty prieinamumo reglamentavimo ES tggsistorinius-teisinius bruozus bei
teorinius aspektus, ypakiek tai susig su 141/2000/EB reglamenttvirtinty ,,retos ligos” ir
,,retojo vaisto” samprat kaip teisini kategorij ypatumais.

2. iSsiaiskinti valstybs isipareigojimy pacientams uztikrinti refy vaisyy prieinamum teisinius
pagrindus ir tuo pAu jvertinti reta liga sergai paciento iike<iu ir interes, jog
egzistuojantys vaistaitlby prieinami teisifpagistum.

3. iSskirti ES teigje numatytus refu vaisty prieinamumo skatinimo ir uZtikrinimo tus,
iSnagrireti ju teisinio reglamentavimo ypatumugjertinti kaip jie igyvendinami remiantis
atitinkamomis Lietuvos teés normomis bei suformuluoti pagrmus S vaisyy prieinamumui
Lietuvoje gerinti.

Tyrimo Saltiniai. Tyrimui atlikti buvo naudojami JAV, ES ir Lietuvoises aktai, Lietuvos
Respublikos Konstitucinio Teismo jurisprudencijasaulio mokslias literafiros Saltiniai.

Gilinantis { retyjuy vaisty reglamentavimo ES tei® ypatumus pagrindiniai Saltiniai — ES
reglamentai, direktyvos, Europos Bendrijeisingumo Teismo jurisprudencija, taip pat Eupo
Komisijos komunikatai, konsultacijos, gét Europos Benduj Tarybos rekomendacijos, rezoliucijos,
kitu kompetenting ES institucij, (Europos vaist agentiros, Retju vaisty komiteto) aiSkinamieji
raStai, ataskaitos ir gas, nors ir nesamos teisiSkai privalomomis, &&au itin svarbios, aiSkinantis
retyju vaistyy prieinamumo klausimu reikSmingatskiy, ES teigs akty nuostaf turinio galimas
interpretacijas. Pasinaudota ir kitais informatywidaltiniais: apraSais, skelbtaais duomenis apie
retyjy vaisyy prieinamung valstyttse ES narse€? 2007 mei valstyby ES nanj vaisy agentiry
vadow, ataskaita @ Zmoniy vartojimui skirty vaisy prieinamumo problem ES™>; Auksto lygio
farmacijos forumo patvirtintu dokumentu ,,Improviagcess to orphan medicines for all affected EU

2 Inventory of Community and Member States incemtiveeasures to aid the research, marketing, develupand
availability of orphan medicinal products. 2001 vig@n 2002; Revision 2005.

73 Availability of human medicinal products. RepoftTask Force of HMA MG. Adopted by HMA"SNovember 2007
[interaktyvus] [ztiréta 2009-04-28]. <http://www.hma.eu/uploads/mediaiability medicines_ HMAMG_TF_
Report.pdf> .



citizens* (liet. ,Galimybiy visiems sergantiems ES pifiems gauti retjy vaisy gerinimas?)’. Taip
pat remtasi trii neseniai atliki empiriniy tyrimy rezultatais: 2005 ir 2007 metais retomis ligomis
sergadiy pacieniy organizaciy aljanso Eurordis (angEuropean Organisation for Rare Diseases,
EURORDIS uZsakytu ¢stiniu lyginamuoju tyrimu d retyjy vaisy, prieinamumo Europosafsingoje’,
Europos Komisijos uzsakymu nepriklauspekspent iS Pranazijos A. De Varax, M. Letellier ir G.
Bortlein tyrimu cl prekybos retaisiais vaistaisalggy Europoje, paskelbtu 2006-aisidisbei
mokslininky D. Taruscio, A. Loizzo, S. Loizzo ir kt. tyrimoaakaita apie reju vaisty prieinamumo
situacip ES $alyse paskelbta 2007-aisfais

Tiriant retoms ligoms gydyti skigt vaisy prieinamumo teisin reglamentavim Lietuvoje,
pagrindiniai Saltiniai Lietuvos Respublikos Svetstpsaugos ministro bei Valstytsnligoniy kasos
prie Sveikatos apsaugos ministerijos direktorigagymai.

Atskirais disertacijoje nagréjamais klausimais vertingi ne tik sveikatos ¢sismokslinink;
darbai, bet ir sveikatos politikos, sveikatos ekuoil@ms, medicinos etikos, visuomen sveikatos,
medicinos ir kit sriciuy mokslininky publikacijos.

I 1983 metais JAV priimto ,,Rgy vaisty akto® teigkaros istorinius aspektus gilinosi P. J.
Kenney, J. T. O'Reilly, D. Brown-Grossman straipsse, paskelbtuose zurn&eod Drug Cosmetic
Law Journal®. Dviejy deSimtmeiy JAV retyjy vaisty reglamentavimo patirvertino M. E. Haffner, J.

Whitley ir kt.”®. Japonijos refiy vaisy, teisinio reglamentavimo aspektus nagonautoriai: K. Uchida,

" Improving access to orphan medicines for all afécEU citizens. Working Group on Pricing of theaRhaceutical
Forum, 2008 [interaktyvus] [&réta 2009-05-29]. <http://ec.europa.eu/pharmaforuegwicing_ orphans_en.pdf>.

'S Rare diseases: understanding this public heaithmityr Eurordis, November 2005, p. 7 [interaktyy{i&aréta 2008-10-
21]. <http://www.eurordis.org/IMG/pdf/princeps_daoant-EN.pdf>; Bignami, F. Eurordis survey on orphdrugs

availability in Europe. 6 th Eurordis Round TableGompanies Workshop. Barcelona 9 July, 2007 [akBvus] [Ziiréta

2008-10-21]<http://www.eurordis.org/IMG/pdf/2007 ODsurvey-eulis.pdf>.

® De Varax, A., Lerellier, M., Bértlein, G. Overvieof the conditions for marketing orphan drugs iardpe Paris:

Alcimed, 2005.

" Taruscio, D., Loizzo, A., Loizzo, Set al Report on mutual availability of medicines for RDEU countries. 4 April
2007 [interaktyvus] [4iréta 2008-10-21]. <http://www.teddyoung.org/download/10_Reportonmutualailabilityof

medicinesfor RDinEUcountries.pdf>.

8 Kenney, P. J. The Orphan Drug Aetis it a barrier to innovation? Does it create umited windfallsFood Drug

Cosmetic Law Journall998, 43: 664679; O'Reilly, J. T. Orphan Drugs: the strange aafsbaby M.Food Drug Cosmetic
Law Journal. 1987, 42: 516526; Brown-Grossman, D. The Orphan Drug Act: adopbor foster careFood Drug

Cosmetic Law Journall984, 39: 128151.

9 Haffner, M. E. Adopting orphan drugs: two dozerangeof treating rare diseasé$.Engl J Med.2006, 35: 445447;

Haffner, M. E., Whiitley, J., Moses, M. Two decadé®rphan product developmeitat Rev Drug Discav2002, No. 1.



M. Shiragami ir K. Nakai, A. S. Meydfs Kanados rejjy vaisy prieinamumo reglamentavimas
apzvelgtas Toronto universiteto teigmoksl; doktoranés N. De Paulséh

Retyjy vaisty srities reglamentavimo ES istorinis-teisinis eksks atliktas Prameijos Liono
Claude Bernard universitete apgintoje M. B. Castillaktaro disertacijoje pavadinimu ,,Les
Medicaments Orphelins a I'heure de I'Europe: unegie histoire® (liet. ,,Retjy vaisy istorija
Europoje®), kuri liko neiSspausdinta kaip monografija. Kagiadisertacija apginta 2000 metais M. B.
Costille gilinosi tik { 141/2000/EB reglamento projakttaip pat paskatas gt vaisty karimui
iteisinusius atititinkamus JAV, Japonijos taisaktus, Pranzijos nacionaligs teigs reglamentuojant
retyjy vaisty prieinamumna ypatumus. Ki disertaciy; ar iSsamesnityrimy panaSia tematika nepavyko
aptikti, taigi per pastaji deSimtmet ES teigje ivyke retyjy vaisyy prieinamumo reglamentavimo
pokyciai platiau nebuvo nagrii.

Vos jsigaliojus 141/2000/EB reglamentui pirmoji kalékvalgy dél teisinio reglamentavimo
sprag, retyju vaisyy prieinamumo srityje pateik A. Rappagliosi dviejuose nedidsl apimties
straipsniuose. Vienas beveik prieS deSimimpublikuotas ZurnaleJournal of Commercial
Biotechnolog§?. Kitas — Zurnald®harmaceuticals Policy and La?001 met 3 numeryjé*, kuris, beje,
visas skirtas temoms, susijusioms su prieS mgigaliojusiu 141/2000/EB reglamentuéhdu Siame
zurnale taip pat yra publikuota keletas straipsnsusijusi Su retju vaisyy prieinamumo
reglamentavimo tematifa

Kol kas rera jokio iSsamesnio tyrimo, kuriam@t svarstytas refy vaist prieinamumo teisimi
prielaidy klausimas. Pavieniai autoriai paciehikesiu dél Siy brangi; vaist; teisstumg tiesiog susieja
su teisei sveikatos priedra, solidarumo, lygyks sveikatos prie#iroje principais, t&iau teisiniu

poziariu Siosizvalgos iki Siol niekur nebuvo pieu iSpktotos ir pagistos.

8 Uchida, K. Orphan drugs in Japdrug Information Journal1996, 30: 174175; Shiragami, M., Nakai, K. Development
of orphan drug in Japan: characteristics of orpiay development in Japabrug Information Journal2000, 34: 839
846; Meyers, A. S. Orphan drugs: the current sitmain the United States, Europe and A$daug Information Journal.
1997, 31: 102.

81 De Paulsen, N. Abandonment or Access: Canada’sa@riprug Policy. Working paper [interaktyvus]. Uaisity of
Toronto Health Law and Policy Group. 2004 aféta 2008-10-13]. <http://www.law. utoronto.ca/hekdttvdocs/
student_dePaulson-OrphanDrugs.pdf>.

82 Costille, M. B. Les Medicaments Orphelins a I'heute I'Europe: une longue histoiféhese pour le diplome d’etat
docteur en pharmacie [interaktyvuslLyon : Universite Claude Bernard — Lyon |, Facutte pharmacie, Institut des
sciences pharmaceutiques et biologiques, 200@refai 2007-12-30].  <http://ispb.univ-lyonl.fr/thesbgke_integ/
castilleb/thesecostille.pdf>.

8 Rappagliosi, A. Patient access to innovation: biasmaceuticals, "4 hurdles and socioeconomic issuésurnal of
Commercial Biotechnolog001, 7(4): 299308.

8 Rappagliosi, A. Patient access to orphan drugserEuropean UnioPharmaceuticals Policy and La®001, 3: 5561.

8 Westermark, K. The Regulation of OrpHdedicines in the EU: objectives reached and maailehges when facing the
future. Pharmaceuticals Policy and Law®007, 9(3/4): 324342; Trama, A., Pierannunzio, D., Loizzo, A., Tsuio, D.,
Ceci, A. Availability of medicines for rare disease EU countriesPharmaceuticals Policy and La®009, 11(1/2): 102
109.



Iki Siol niekur iSsamiau nebuvo nagttas ir retyu vaisty prieinamumo skatinimo bei uztikrinimo
teisinio reguliavimo ES klausimas. diau apie problemas ir i8Kius atliekant refjy vaist klinikinius
tyrimus savo straipsniuose ¢aB. M. Buckley, E. Tambuyzer ir kt., R. Joppi ir,kM. E. Haffnef®.
Daug ESy reikalaujaio retyjuy vaistyy kirimo finansavimo iry kompensavimo dilemyra svarst C.
A. Gericke ir kt., C. Mgldrup, R. Joppi ir K, Kalgario universiteto (Kanada) prof. A. Hofflszymus
ekonomikos specialistas M. F. Drumm&hdtin jdomi akademia diskusija retjy vaisy ekonominio
prieinamumo tema vyko tarp DidZiosios Britanijoeikatos ekonomikos specialisD. A. Huges ir
kt.? bei C. McCabe ir kt*, kuri 20052006 metais iSspausdinta Zurn@ldM: an International Journal
of Medicine Viena naujausi publikacip, kur svarstomas brangnhauj vaisyy véziui gydyti (tarp ji ir
retyju) prieinamumo rinkoje ir pacientams klausimas 2006tais iSspausdinta zurnafnals of
Oncology?.

Pastaruoju metu tiek JAV, tiek ES vis aktyviau disiojama dl neregistruai vaisty retoms
ligoms gydyti prieinamumateisinimo privalum ir pavopy. Kad ir tarp ES teisinink turéty iSaugti
démesys Siai temai rodo JAV auteridarbai: DZzordztauno universiteto (JAV) tas centro
mokslininkes J. N. VALE 2008 metais publikuotas daugiau nsdgSimties puslapiapimties darbas
apie tiriamyju vaisty (angl.new investigational druggrieinamumo reglamentavimo ypatumus ir gaid
JAV® ir naujausias tendencijas Sioje srityje apZveligair diskutuojantis L. V. Romano ir P. D.

Jacobson straipsnis pavadinimu ,,Patient accessapproved therapies: the leading edge of medicine

8 Buckley, B. M. Cinical trials of orphan medicinésancet.2008, 371: 20532055; Tambuyzer, E., Mooney, P., Incerti,
C. The new EU clinical trials directive and orphaedicinal products: current status and recommeoigtihe Quality
Assurance Journalk004, 8: 102109; Joppi, R., Bertele, V., Garrattini, S. Orpldmg development is progressing too
slowly. British Journal of Clinical Pharmacology006, 61: 355360; Joppi, R., Bertele, V, Garrattini, S. Disajnping
biotech.BMJ. 2005, 331: 8958397; HAFFNER, M. E. Adopting orphan drugs: two dozears of treating rare diseashs.
Engl J Med2006, 354(2): 445447.

87 Gericke, C. A., Riesberg, A., Busse, R. Ethicaliss in funding orphan drug research and developriévied Ethics.
2005, 31: 164168; Mgldrup, C. No cure, no pagMJ. 2005, 330: 12621264; Joppi, R., Bertele, V, Garrattini, S. Orphan
drug development is progressing too slovidsitish Journal of Clinical Pharmacolog006, 61: 355360.

8 Hollis, A. Drugs for rare diseases: paying fomiation. Calgary, Canada: University of CalgaryyBimber 2005, p.4
16 [interaktyvus] [4iréta 2008-07-01]. <http://www.irpp.org/books/archivi?P-JDI/hollis.pdf>.

8 Drummond, M. F., Wilson, D. A., Kanavos, Rt al. Assesing the economic challenges posed by orphagsd
International Journal of Technology Assessmentéalth Care 2007, 23(11): 3&42.
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and law* (liet. ,,Neregistruat vaist; prieinamumas pacientams: téssir medicinos pazangd™,
paskelbtas 2009 metais zurnatairnal of Health & Life Sciences Law

Glaudziai su disertacijoje nagéilama problematika sugg ir 2008 metais Jungtije Karalystje
iSleistas leidinys pavadinimu ,,Orphan drugs indper pricing, reimbursement, funding and market
access issuegliet. ,,Retieji vaistai Europoje: kainodaros, kompensayj finansavimo ir patekimo
rinkg klausimai)®. Jame susisteminta ir palyginta informacija amiesiems vaistams taikomas
paskatas, finansavian kompensavim Vokietijoje, DidZiojoje Britanijoje, Pranizijoje, Italijoje bei
Ispanijoje; sudarytosvairios lentets, daug kitos naudingos statigninformacijos. T&au Sis
tarptautinio farmacijos verslo konsultanto ir n&aiusomo analitiko D. Machartur parengtas leidinys
yra ne mokslinio-tiiamojo, o komercinio-informawmn pobidzio. Daugiau skirtas farmacijos ir
biotechnologiy imorems.

Ginamieji teiginiai:

1. Pasauligs retyjuy vaisty prieinamumo reglamentavimo tendencijos bei ESntiws ribot
kompetencij sveikatos priediros srityje, @mesys rai ligu gydymo klausimui rodo, kad
retyju vaisty prieinamumas negali ab paliktas laisvosios rinkos savireguliaciniams
procesams. ES teritorijoje jis geriausiai galitibuZztikrintas tik Bendrijos teisimi
iniciatyvy ir valstybiy nariy nacionalini priemoni Sioje srityje gveikoje.

2. Vaisty prieinamumas yra teis | sveikatos priefira igyvendinimo elementas, o valségh
vaidmuo fipinantis sveikatos priefia neatsiejamas nuo lygiateisiSkumo ir solidarumo
principy, tockl teoriSkai retomis ligomis sergén pacient lake<iai dél jiems reikaling vaisiy
prieinamumo uZztikrinimo vertintini kaip teis ir pagiisti.

3. Dabartinis rai ligy gydymui skirty vaisty prieinamumo teisinis reguliavimas Lietuvoje
nepakankamai uztikrina Siomis ligomis sergan pacienty galimybes visapusisSkai bei
lygiateisiai naudotis aukStos kokdgsveikatos prie#iros paslaugomis, tétlyra tobulintinas.

Disertacijos metodologija ir struktara. Tyrimas atliekamas remiantis dokumerdnalizs,
loginiu-analitiniu, analitiniu-kritiniu, sistemis analizs, lyginamuoju, istoriniu-teisiniu, filosofinio
pazinimo, lingvistiniu metodais. Disertacijsudaro: jvadas, trys tiriamosiosedtomosios dalys,
skirstomosj skyrius, poskyrius ir skirsnius, iSvados ir p@ginai. Darbo pabaigoje pateiktas naudotos

literatiiros siraSasjseqgti priedai.

% Romano, L. V., Jacobson, P. D. Patient accesaapproved therapies: the leading edge of mediaiddaw.Journal of
Health & Life Sciences Law009, 2(2): 4#72.

% Machartur, D. Orphan Drugs in Europe: pricingnteiirsement, funding and market access issMesarthur West
Sussex, UK: Justpharmareports, 2008 [interaktyvUdjuréta 2009-08-13]. <http://www.researchandmarkets.
com/reports/607381>.



Pirmojoje tyrimo dalyje,Retyjy vaist; prieinamumo reglamentavimo pasadbntendencijos ir
ypatumai Europos fpungoje” yra gilinamasii 141/2000/EB reglamento pmimo istorinius-teisinius
aspektus ir teorinius ypatumus. Kadangijeetvaisty prieinamumo gerinimo teisés iniciatyvos ES
sietinos su pazangia JAV ir Japonijos patirtimijisrityje, pirmiausia nagréjami 1983 mat JAV
,,Retju vaisty akto“ bruozai ir nauwj dar tiriamy vaisyy skyrimo pacientams kritetjkaita JAV teigje,
taip pat apzvelgiamos Japonijos farmasineiklosistatymo pataisosétiretyjy vaisty, priimtos 1993-
aisiais. Gilinantis 141/2000/EB reglamento rengimo bei¢primo klausim, iSskirti ir chronologine
seka surikiuoti reikSmingiausi istoriniai-teisinidaktai ir jvykiai, taip pat nustatyti refy vaist
prieinamumo reglamentavimo Bendrijos lygiu #sno pagrindai. Pirm kary teis moksle
iSnagrireti samprat, ,,reta liga / bkl¢" ir ,,retasis vaistas” kaip teisupikategorijy ypatumai. Vaist,
skirty atogazy ligoms gydyti prieinamumo reglamentavimo ES deisklausimas iSalizuotas skyriaus
pabaigoje.

Antrtojoje disertacijos dalyjeRetyjy vaisy prieinamumo teisigs prielaidos” siekiama nustatyti
viena vertus, valstyds isipareigojimy pacientams uztikrinti refu vaisy prieinamum teisinius
pagrindus ir, antra vertus, iSsiaiSkinti reta ligergadio paciento idke<iy ir interes, jog
egzistuojantys vaistaitly prieinami teisip pagistuny. Kadangi teig | sveikatos prie#ira ir jos
prieinamuna literatiroje nurodoma kaip pagrindinis argumentad cetyy vaisyy prieinamumo
uztikrinimo, pirmiausia apikziamos Sios tets jgyvendinimo galimybs ir ribos: statusas Zmogaus
teisiy doktrinoje, Bendrijos ir nacionakje teigje. Tuo tikslu nagrigjamos atitinkamos tarptautini
Zmogaus teisi dokumeni nuostatos, vertinama Bendrijos kompetencija Zzmedaisi, bei sveikatos
prieziiros srityse, analizuojama Lietuvos Respublikos HKamsnio Teismo jurisprudencija,
konstitucires teigs doktrina, Sias teisatvirtinantys atitinkami Lietuvos Respublikos padigteisiy ir
zalos sveikatai atlyginimgstatymo straipsniai beijpokyiai Siuo metu rengiamame Sistatymo
projekte. Paciento teig sveikatos priedira ir vaisty prieinamumo samprasiejantys loginiai-teisiniai
saitai iSrySkinami detalizuojant vaist prieinamumo sampratos turinsveikatinimo veikd
reglamentuojatiuose nacionaliniuose tés aktuose.

Kadangi antroji ir tréioji teisinés prielaidos, suponuojaios valstyles pareig uztikrinti retyju
vaisty prieinamum, iSvedamos iS lygiateisiSkumo ir solidarumo pnocturinio, skyriaus pabaigoje
atskleidziami §j principy igyvendinimo esminiai bruozai.

2009 metais priimtoje Tarybos rekomendacijajeElropos veiksm rety ligy srityje® teigiama,
kad valstyls naés remdamosi visoje ES priimtais lygiateisiSkumsdlidarumo principais savo Salies

% Tarybos 2009 m. birzelio 8 d. rekomendacihretyjy ligy srities veiksm. [2009] OL C 151/02.



teritorijoje turi imtis veiksm siekdamos retomis ligomis sergantiems ligonianisuititi visapusiskas
bei vienodas galimybes naudotis aukStos keégylsveikatos prie#iros paslaugomisjtraukiant
diagnostila, gydyma ir retuosius vaistus. Atsizvelgiaptai, jog savo jurisdikcijoje asmenims sudaryti
,lygiateisiSkas galimybes gauti atitinkamos kodg/lBveikatos priefira* jpareigoja Zmogaus teisir
biomedicinos konvencij4, o asmens teistureti kuo geresa sveikat lygybe, nesvarbu, kokios jisiy
lyties, rass, tautyles, pilietykes, socialigs padties ir profesijos yra daugelio Europos gali
sveikatinimo veiklos teisinio reguliavimo principas pastaroji Tarybos rekomendacija reiskia, kad
valstyle turéty déti visas imanomaspastangaskad retomis ligomis sergantys pacientai gajut
sveikatos reikmes ir mokska pazangos standartus atitinkagydyma, kuris neatsiejamas nuo ugt
vaisty (jei atitinkamai ligai gydyti jie jau sukurti iryj veiksmingumas moksliSkajrodytas).
LygiateisiSkumas Siuo atveju #ig bati traktuojamas pakankamai plai: ir kaip diskriminacijos
nebuvimas tarp retomis jprastomis ligomis sergdiy pacieny (tiek vieni, tiek kiti tugty gauti u
svekatos reikmes atitinkangydyma), ir p&iy retomis ligomis serg&n pacieny tarpe (pvz.,
kompensuojant vaistus, sitiat gydytisi uzsien ir pan.). Taip pat Si samprata &ur apimti valstylés
orientacij | pazangius pavyzdzius reguliuojant ir uztikrinaetyjy vaisy prieinamum pacientams
kitose valstybse ES naise. LygiateisiSkumo sveikatos prigidje uztikrinimas pirmiausia sietinas su
asmens sveikatingumo reikmis, tocl ,valstykes turimy iStekliy® argumentas netéty paneigti
butinybés valstybei dti ,,visasimanomas pastangas”, kad tos pacieneikmes” baty patenkintos, —
aptriamu atveju negali pateisinti abejingumo, tesireguliavimo sprag srityse sietinose su auksSta
retomis ligomis serga pacient gydymo kokybe.

Tai, jog valstylss vaidmuo @ipinantis sveikatos apsauga yra neatsiejamas irsolidarumo kaip
esmires vertyles rodo Europosdungos pagrindinj teisiy chartijos® nuostatos. Solidarumo principui
Chartijos preambgje suteikta esmigs vertylgs, kuria $junga ,,remiasi“ ir kud ,,siekia iSsaugoti ir
plétoti“ rangas. Chartijos IV skyriuje ,Solidarumagirp kity socialiniy teisiy itvirtinta ir kiekvieno
asmens ,teisi prevencig sveikatos apsaggdr gydyma pagal nacionalimi jStatymy ir nusistojusios
praktikos reikalavimus*®. Tiktina, kad Si socialih asmens teéskartu implikuoja asmens solidarumo
pareigas. Sveikatos pri@zos kontekste solidarumo principas atspindi visssiameris atsakomy®
uZ savo narius, kuriems susirgus gresia patirtt ydeles iSlaidas uz teikiamas sveikatos piies
paslaugas ar netyjiS viso negauti. Taigi jei tésime omenyje brangiretyjuy vaisiy ekonominio

prieinamumo uztikrinimo klausig logiSkai seki, kad atsizvelgiani tai, jog sunkiai serg&mm

7 Konvencija @l Zmogaus teisiir orumo apsaugos biologijos ir medicinos taikysmityje (Zmogaus teisiir biomedicinos
konvencija).Valstyl¥s zinios2002, Nr. 97-4258.
%8 Charter of fundamental rights of the European bnja000] OJ C 364.



pacientui savoéBomisisigyti deSimtimis ir daugiauikstartiy lity per neneg kainuojagius vaistus
buty nepakeliama finansénnasta, pacientai turi pagrindo dils, kad jiems reikalingi brang, tafiau
mokslo pazangos standartus atitinkatys, veiksmiwastai ity visiSkai ar bent jau iS dalies
kompensuojami. Suprantama, kad togacient; like<iy pateisinimas valstybei prisiimant atitinkamus
isipareigojimas yra nemazasikss, nes kartais net ir vieno labai reta liga se¢gapaciento gydymas
gali kainuoti milijonus.

Treciojoje dalyje ,Retyjy vaisy prieinamumo skatinimo ir uZztikrinimo teisinis réigwimas
Europos Gjungoje ir Lietuvoje“formuluojamas rejy vaisty prieinamumo skatinimo bei uztikrinimo
reguliavimo ES ir Lietuvos teige koncepcinis modelis. Nagg@ant ES teids nuostatas, pagal
subjektiSkumo pozymisskiriamosc¢ia numatytos retoms ligoms gydyti skirtzaisty prieinamumo
gerinimo priemoss. Pirmoji — paskatos ngt; vaisyy réméjams. Prémus 141/2000/EB reglament
retyjy vaistyy reméjams buvo sudarytos palankiogygos kurti retuosius vaistus, gégu juos pateikti
rinkai, o pacientams — sulaukti gydymo, ébdSsamiai iSanalizuotos rinkodaros teisietiesiems
vaistams suteikimo lengvatos (prieiga prie cerdualtos vaist registravimo proceados, ,,alyginiy
leidimy®, ,,iSskirtinemis slygomis® suteikiana leidimy iSdavimas) bei deSimties mgetrinkos
iSimtinumo registruotam retajam vaistiniam prepargiaskata. Kitoms paskatoms, tokioms kaip
protokolire pagalba, finansinparama ref ligy ir vaisty moksliniams tyrimams, nors joéméjams taip
pat svarbios, gnesio skirta maziau.

Siekiant formuoti ir koordinuoti bengvalstyby ES nany poziirj i retyjy vaisty prieinamun,
ES teigje yraijteisintos iSimtys él Salyje neregistruatvaisiy bei tiriamyju vaisti skyrimo pacientams.
Sias iSimtisdiegus nacionalije teissje, retieji vaistai pacientus gali pasiekti giau ir lengviau, tod
jos taip pat iSskirtos ir iSnaggtos kaip refju vaisty prieinamumo uZztikrinimo pacientamsidas.
IStirta, kokios materialiés teisires garantijos é neregistruai vaisty pasiekiamumo galioja Lietuvoje.

Siame disertacijos skyriuje i$samiai nagi@mas ir ekonominio refy vaist prieinamumo
reglamentavimo klausimas. Litefiabje vienareikSmisSkai pripgtama, kad milzinisk sveikatos
draudimo biudzeto resurseikalaujantis ret ligy gydymo kompensavimas ir iS to sekantys galimybi
gydytis Siais vaistais apribojimai yra ir efjnir teisine problema. Etiniai aspektai apsvarstyti
pasitelkiant paskirstomojo teisingumo teorijasofikinés medicinos etikos specialisN. Daniels ir
R. Veatch, C. A. Gericke, A. Hollis ir kizvalgas, prieStarirgsveikatos ekonomist J. McKie ir kt.,
D. A. Huges ir kt., C. McCabe ir kt. akademidiskusip Siuo klausimu. Teisinius praktinius Sios
problemos aspektus iliustruoja Lietuvoje galigias retoms ligoms gydyti skirt vaisy

kompensavimo ir paciemssiuntimo gydyti§ uzsien tvarkos analig bei teisinis vertinimas.



PrieSpaskutiniame t@sios disertacijos dalies poskyryje aptariamaguetaisiy prieinamumo
skatinimas gerinant paciento tsgauti informacij igyvendinim. Zmogaus teisi ir biomedicinos
konvencijos 10 straipsnyje, pavadintame ,,Privgigenimas ir teis gauti informaciy” teigiama, jog
,,kiekvienas turi teis Zinoti, kokia informacija yra surinkta apie jo jas sveikag“. Sios konvencijos
Aigkinamoji ataskait® patikslina, jog , teisZinoti“ apima ,,vig informacii apie paciento sveikatar
tai baty diagnoz, prognoz ar bet koks kitas su ja sugjfaktas” kaip pavyzdziui medicininio tyrimo
duomenys, silomas gydymas bei galimos gydymo/tyrimo alternagyviozika, gydymo eiga ir pan.
Sios paciento tets jgyvendinimas yra saistomas priespriéSimydytojo pareigos: suteikti pacientui
teisingy informacip. Ret; ligy atveju gydytojams tinkamagyvendinti pareig informuoti pacierg yra
sunkiau, nes retos ligos siithgos, daznai pazeidzi&os jvairius organus bei organizmo sistemas, d
ju retumo zini apie kai kurias iSyj gydytojai neturi arba turi labai nedaug. Tam, Kagaciento teis
buty igyvendinama tinkamai visoms suinteresuotomseémgs (medikams, mokslininkams, vaist
karéjams ir tygjams, patiems pacientams i @rtimiesiems) tuty bati sudaromos kuo palankiausios
salygos tarpusavyje keistis Zziniomis ir informacijdam patraukliausia erdv — Siuolaikires
elektronikos ir interneto galimygl. Todl turi bati teikiama parama jau veikiantiems tinklams, mauj
karimui, remiamas nacionalipirety ligu registi kirimas ir t.t. Pacient organizacijos valstyhinariy
ir ES lygmeniu pasiteisina kaip ikainojami partneriai didinant netligu matomum ir gerinant
kokybiskos informacijos apie retas ligas ir retugsvaistus prieinamuanitakoja @l pacient; gerovs
priimamus sprendimus, téldas taip pat reiéty remti.

Paskutinis disertacijos poskyris skirtas valaiyBiS nany teisiniy ir kitokiy iniciatyvu remiant
retyjy vaisty kiirima, tyrimus ir prieinamurg apzvalgai ir apibendrinimui.

Disertacijos gale suformuluotos iSvados, plgsnai cl vaisty retoms ligoms ir tkléms gydyti
prieinamumo reglamentavimo tobulinimo Lietuvojed&tytas cituotos literatos ir autoés mokslini
publikacijy saraSai. Prieduose pateikti svarbiausiypetvaisty prieinamum reglamentuojantys ES ir
Lietuvos teigs aktai, lente, kurioje palyginti refjuy vaisty reglamentavimo ypatumai skirtingose

pasaulio Salyse ir ES.

% Explanatory Report to the Convention for the priee of Human Rights and dignity of the human lyeivith regard to
the application of biology and medicine: Convention Human Rights and Biomedicine fi&ita 2009-01-20].
<http://conventions.coe.int/treaty/EN/Reports/Htt6H4 .htm>.



ISvados

1. Retyjy vaist prieinamumo klausimas negalitbpaliktas laisvosios rinkos savireguliacijai, nes
tokiy vaisyy neprieinamumas (né@kmas al finansinio nesuinteresuotumo, apribotos gydytoj
galimyhés tokius vaistus skirti, ir (ar) teisimis priemogmis neuztikrintos galimys pacientams
tokiy vaisty gauti, naudotijpirkti) néra teisingas retomis ligomis sergan pacient; kaip lygiateisi
sveikatos priefiros sistemos dalyyiatzvilgiu. 141/2000/EB reglamento gmima ir jo turin; itakojo
JAV bei Japonijos pazangi patiriteisinant paskatas farmacijos ir biotechnolpgifamonei investuoti
i retuju vaisy karima ir pardavim. Tai, jog Sis reglamentas buvo priimtas palyginéigi, taip pat ir
Bendrijos vaidmepn reglamentuojant refy vaisyy prieinamum salygojo ir tebesglygoja jos
kompetencijos sveikatos pri@#os bei Zzmogaus teigbrityse ribotumas.

2. Teisires prielaidos valstybei uztikrinti, o (arba) retgdi sergatiam pacientui tiktis ar
reikalauti, kad bty uztikrintas teritorinis bei ekonominis egzistuajanvaisy retoms ligoms gydyti
prieinamumas — paciento téissveikatos priefira, lygiateisiSkumo ir solidarumo principai. Lietueoj
kaip socialirtje teisireje valstykeje Sios prielaidos egzistuojagiau ju kaip teisiny argumeni turing ir
svarum (pvz., argumentuojant valst® pareig uZztikrinti tokiy vaisty prieinamum ar svarstant reta
liga sergatio pacientoiike<iy ir interesg, dél vaisto prieinamumo tetsumyg ir pagistum) itakoja: a)
doktrinoje menkai iSglota teigs | sveikatos prietira bei jos prieinamumkoncepcija; b) neaiski Sios
teists subjektinio ir teisnumo lygmaenskirtis; ¢) néginimas eliminuoti teis i sveikatos priefiros
prieinamuna iS pacieni teisi katalogo; d) PSDF biudZeto apimtis bei ribos;\&isti prieinamumo*
definicijos teisinis neapibZtumas; f) konstituciéje doktrinoje pléiau nereflektuotas solidarumo
principo turinys.

3. Retyjy vaisyy prieinamum reglamentuojatios ES teigs nuostatos pagail jturini, tiksla bei
subjektiSkumo pozyinskirstytinosi: 1) jteisinaias paskatas ir lengvatas yjet vaisyy kiirimui bei
registravimui (subjektas — gty vaisyy remejai); 2) skirtas palengvinti ir (ar) pagreitintiipmamuna,
prie jau egzistuogiy retyjy vaisty: per galimyle pacientui dalyvauti klinikiniuose tyrimuose; gauti
Salyje neregistruatvaisty; nesant kii alternatyw gydytis tiriamaisiais vaistais (subjektas — pataén
Todkl retyjy vaisyy prieinamum galima nusakyti kaip visumteisiniy ir organizacini priemoni,
skatinagiu kurti vaistus retoms ligoms gydyti ir uztikrindn galimybes esant medicirims
indikacijoms jais gydyti bei gydytis. Nettdama kompetencijos asmens sveikatos pmnegi srityje
Bendrija tik skatina reju vaist prieinamum. Kiek deramai registruatir neregistruai vaist; retoms
ligoms gydyti prieinamumas uZztikrinamas pacientgmklauso nuo kiekvienos iS valstybES nani

prisiimty isipareigojiny Sioje srityje apimties.



4. Lietuvoje retoms ligoms gydyti skirtvaisiy prieinamumo reguliavimas yra inspiruotas ES
teists. Jos nuostatigyvendinimas @ paskat; retyjy vaistyy reméjams Lietuvoje yra maziau aktualus.
Kur kas svarbiau, jogilty uztikrintas retomis ligomis sergén pacient; sveikatos prieZiros kokyle.
Nors misy Salyje imtasi priemonj jog pacientai, sergantys retomis ligomigtubapiipinti reikiamais
vaistais, téiau atitinkamos nacionaks nuostatos ir jomigeisintos procetos turi ttikumy, o teigs
akty ir normy, reguliuojakiy Siuos klausimus visuma yra gana padrika, paini, gprag;. Todl
Lietuvoje pastangos uztikrinant retomis ligomisgsetiu pacient; teises sveikatos prigdps srityje
vertintinos kaip nepakankamos, galitibtraktuojamos kaip ribojaios vaisty prieinamum bei
pacient; teis; i kokybiSky sveikatos priefira, jos paslauglygiateisiSkum.

4.1. Nateisintas gyvybei gresidgmmis ligomissergadiy pavieniy pacient, ar pacieni grupiy,
negalirtiy dalyvauti Klinikiniuose tyrimuose gydymas tiriarsiaiis vaistais (vadinamosios labdaringos
vaisty programos).

4.2. KritiSkai vertintina individuali vaigt skirty labai retoms ligoms artkléms gydyti
kompensavimo tvarka: a) esama tvarka neefektyvipaeientui vaisi reikia skubiai; b) nenurodyti,
todkl neaiskis Komisijos® priimartios sprendimus @ tokiy vaisy kompensavimo, sprendimo
priemimo kriterijai; c) ribojama paties paciento inityi@a teikti praSym dél vaisty prieinamumo; d)
nenumatyta Komisijos neigiamo sprendima daisto kompensavimo apskundimo tvarka; e) kaibin
strukfiros atzvilgiu netobulasagsokos ,labai reta liga araklé” apibrézimas suteikia pkaas jo
interpretavimo ir subjektyvaus vertinimo galimybedai savo ruoztu suponuoja nepakankaetomis
ligomis sergatiy pacient teisiy igyvendinimo teisipapibgztuma.

4.3. Pacient siuntimo ir finansavimo gydytis uzsienyje tvarkaittrikumy: a) nenurodyti
kriterijai, kuriais remiantis priimami sprendimaéldkonsultavimo (iStyrimo) ir/ar gydymo iSlaid
uzsienyje kompensavimo; b) metai per ilgas pakartotinio praSymo svarstymo laikasgrx)
Komisijos sprendimo apskundimo tvarka sukuria pigs SaliSkumui.

100 sprendim dél vaisty ir medicinos pagalbos priemanlabai retoms ligoms iritkiems gydyti kompensavimo iretl
nenumatyg atvejy priemimo komisija, sudaryta Valstyhis ligoniy kasos prie Sveikatos apsaugos ministerijos diriis
isakymu.



Pasiilymai

1. Tobulinti vaist, skirty retoms ligoms ir Bklems gydyti kompensavimo tvagk
poistatyminiuose teis aktuose:

1.1. Patikslinti teisinsavokos ,,reta liga ir iikl¢* apibrézima, nurodant, kad reta laikoma sunki,
sekinanti ar gyvybei gresianti liga, kuria sergadaegiau nei 5 asmenys iS 10 000 Lietuvos gyventoj
,,Labai retos ligos artilés” epidemiologinis rodiklis tuty bati nurodytas — maziau nei 100 atwes
milijono gyventoj.

1.2. Nurodyti kriterijus, kuriais remdamasi Komasipriima sprendimus étl retoms ligoms
gydyti skirty vaisiy kompensavimo. Skaidrumui ir vieSumui uztikrinti idsijos pogdziy protokolai,
nurodant atskiy sprendina motyvus, gaitu bati skelbiami vieSai.

1.3. Nustatyti Komisijos sprendipapskundimo tvark

1.4. Siekiant uztikrinti reikaling brangi vaisty prieinamung kiekvienam pacientui, kuriany
reikia kartu minimizuojant ribet sveikatos priefirai skirty 1éSy iSSvaistymo galimyly reglamentuoti
rizikos pasidalijimo tarp valst@s (paciento) ir vaisto gamintojo schertaikyma (pvz., kai vaistai
visiems pacientams kompensuojami pilnai ar per @us gamintoju pirmus du-tris émesius, o d
tolesnio kompensavimo sprendziama atsizvelgigkiekvieno paciento ligos progrepo atitinkamo
laikotarpio atlikus tyrimus. Jei vaisto poveikiscptui nepakankamas, gamintojas turi gamti
valstyles iSleistas d5as jo gydymui. Jei vaistai veiksmingiy poveikis ilgalaikis — valstyb juos
iSipareigoja pilnai kompensuoti).

2. Lietuvos RespublikofFarmacijosstatymeijteisinti iSimtis @l naup tiriamyju vaisty (po Il ar
[l Klinikini y tyrimy fazés) naudojimo pavieniams pacientams ir paciegtupems, sergantiems
létinemis arba labai sunkiomis arba gyvybei gre&iamis ligomis, kai &ra kity gydymo alternatyy ir
pacientai neturi galimyds dalyvauti to vaisto klinikiniame tyrime. Priimaititinkamas pgstatymines
nuostatas, numata&as kriterijus, kuriuos tuty atitikti tiriamasis vaistas ir tikslis pacieni grupss.

3. Parengti ir priimti iSsamj ilgalaikg paveldimy ir nepaveldim rety ligu diagnozavimo,
profilaktikos ir gydymo strategij (Nacionalin rety ligu plam). Jame numatyti konk&éais veiksmus
dél: rety ligu epidemiologigs prieziiros, naujagimj tikrinimo, genetinio konsultavimo, mokslinrety
ligu tyrimy, gydytop mokymo ir informavimo, visuomeés smoningumo klimo, paciend
integracijos organizavimo, paramos paaieatganizacijoms, ratligu kompetencijos cenirkirimo,
bendradarbiavimo su kitomis ES valstglis naémis ketiantis informacija apie retas ligasatiha
nustatyti aisSkius & veiksmy igyvendinimo terminus, valdymo strakéas, pakankam ir aiskiai

apibrzta finansavim bei regulian; ataskai grafika.



Disertacijos praktiné reikSme. Disertacijoje atliktas tyrimas, pateiktos iSvadospasiilymai
svarhis teigkiroje rengiant ir tobulinant nacionalinteisss akty normas dl vaisty, skirty rety ligy
diagnozavimui, profilaktikai ir gydymui prieinamungerinimo. Tyrimo rezultatai galitih panaudoti
formuojant nacionalig rety ligu gydymui skirty vaisty prieinamumo gerinimo strategij Taip pat
disertacija naudinga pacientams, juos atstovagarstiasmenims ar organizacijoms, digspateikta
susisteminta informacija apie g@i vaistyy prieinamumo reglamentaviarES ir Lietuvoje, atliktas jo
teisinis vertinimas. Nustatytas w@i vaisty prieinamumo teisines prielaidas w pnaliz galima
panaudoti kaip teisinius argumentus raginant Roivajo sveikatos draudimo fondo biudzete skirti
daugiau ¢3u retyju vaist kompensavimui ar manant, jog pacientodwisveikatos prie#iros srityje,
kiek tai susi su vaist, skirty retai ligai gydyti neprieinamumu, yra pazeidzianamsbuvo pazeistos,
siekiant jas ginti.

Disertacija reikSminga ir kaip Lietuvos té&ss mokslo atliepis ir ingdis i Europos Bendrij
Komisijos (toliau — Europos Komisija) bei MinigtTarybos rekomendagijsocialiniy moksl; srityje
dirbantiems mokslininkams skirti daugiawengesio jvairiems su ret ligu gydymu susijusiems
klausimam&®. Tyrimo rezultatai @ retyjy vaisty prieinamumo reglamentavimo Lietuvoje gatitib
panaudoti 2010 metais teikiant ataskaitas Europmwigijai apie Lietuvos kaip ES ri@r iniciatyvas
remiant rejy vaisty kairima, tyrimus ir prieinamurp pacientams.

Disertacijoje atliktas tyrimas galiah jdomus ir Lietuvos biotechnologijar biofarmacijos
mokslo ir versloimoréms, kurios yra potencialiai gajios kurti ar bendradarbiauti kuriant retuosius
vaistus, ypa turint omenyje numatogrplétoti ,Santaros® sinio pktros program'%2

Si disertacija yra ir socialiai reikSminga, nésaukia i Lietuvoje kol kas maZai éthesio
sulaukusi diskusip apie rett ligu gydymo prieinamumo pacientams uztikrinimo swyarb teisinio

reglamentavimo tobulinimo poreiKioje srityje.

191 Tarybos 2009 m. birzelio 8 d. rekomendacihretyjy ligy srities veiksm. [2009] OL C 151/02.

192 santarigki — Visoriy teritorijoje isikirusios gydymo, medicinos mokslo, studitaigos bei verslgmonss vienijasii
Vilniaus medicinos ir farmacijos @li. Sknio karimo tikslas — telkiant sveikatos pri@#dbs, mokslo, studi, inovatyvaus
verslo paigas skatinti sveikatos prigZbs pktra Lietuvoje. Sénio ikarimas leis efektyviau iSnaudoti Sioje teritorijoje
sutelktas geriausias Lietuvos medicinos stydipokslo, praktikos ir biotechnologis farmacijos pramas paggas,
glaudziau bendradarbiauti kuriant naujausius vaidtei gydymo metodus. [Riau: Lietuvos Respublikos Vyriausih
2008 m. lapkdio 24 d. nutarimas Nr. 1263¢ldintegruoto mokslo, studjj ir verslo centro (shio) ,,Santara“ gitros
programos patvirtinimo. Integruoto mokslo, studij verslo centro (ghio) ,,Santara“ gtros programaValstylés Zinios.
2008, Nr.140-5561.].
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