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lieky urcené na diagnostiku, prevenciu alebo terapiu zivot
ohrozujucich alebo chronicky invalidizujucich ochoreni, ktoré
postihuju menej ako 5 z 10 000 obyvatelov v EU alebo lieky,
ktoré by sa z ekonomickych dévodov bez vyhod nevyvijali
141/2000

6.000 az 8.000 zriedkavych ochoreni, ktoré pocas zivota
postihuju 6 aZ 8 % populdcie, ¢o v EU predstavuje 27 - 36
milionov ludi

v SR bolo v roku 2005 zaznamenanych 2.700 chorych na
zriedkavé ochorenia z 5,4 miliéna obyvatelov
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Ciel:

podpora vyskumu ako aj vyvoja novych liekov v oblasti
zriedkavych ochoreni na trovni EU - Framework VII

narodné programy

podpora malych a strednych farmaceutickych
vyrobcov (Small and medium enterprises — SME) $



* COMP

Committee for Orphan
Medicinal Products

Komisia pre lieky na zriedkavé
ochorenia

* jedna zo 6 vedeckych komisii
EMA







e designacia

e prehodnotenie orphan statutu pri registracii

e odborna pomoc pri vyvoji (Protokol
assistance)

=



1. Administrative data

2. Application sections A-E

A. Description of the condition
Al. Details of the condition

A2.Proposed orphan indication
A3. Medical plausibility
A4, Justification of the life-threatening or debilitating nature of the condition

B. Prevalence of the condition

B1. Prevalence of the orphan disease or condition in the European Union
B2. Prevalence and incidence of the condition in the European Union

B3. Information on participation in other European Union projects

C. Potential for return on investment

D. Existence of other methods of diagnosis, prevention or treatment
D1. Details of any existing diagnosis, prevention or treatment methods

D2. Justification as to why methods are not satisfactory

D3. Justification of significant benefit

E. Description of the stage of development

E1l. Summary of the development of the product

E2. Details of current regulatory status and marketing history

F. Bibliography

3. COMP discussion and request for a list of issues

4. COMP discussion and conclusion at day x

5. Grounds for the opinion on orphan medicinal product designation




Ziadost

m—( validécia|—> predlozenie COMP

/ \ /CHMP+COMP

otazky na sponzora

de5|gnaC|a

l

COMP

navrh na negativne rozhodnutie

/

sponzor odstupi od ziadosti

N

negativne rozhodnutie




Year Applications Applications Positive Applications Final Designations
submitted discussed in COMP withdrawn negative granted by
reporting year opinions COMP Commission
opinions
2010 125 130 90 (69%) 37 (28%) 3 (2%) 69
2009 164 137 113 (82%) 23 (17%) 1 (1%) 106
2008 119 118 86 (73%) 31 (26%) 1 (1%) 73
2007 125 Lo 97 (83%) 19 (16%) 1 (1%) 98
2006 104 103 81 (79%) 20 (19%) 2 (2%) 80
2005 118 118 88 (75%) 30 (25%) 0 (0%) 88
2004 108 101 75 (74%) 22 (22%) 4 (4%) 72
2003 87 96 54 (56%) 41 (43%) 1 (1%) 55
2002 80 76 43 (57%) 30 (39%) 3 (4%) 49
2001 83 92 64 (70%) 27 (29%) 1 (1%) 64
2000 72 32 26 (81%) 6 (19%) 0 (0%) 14
Total 1185 1120 817 (73%) 286 (26%) 17 (2%) 768

k 1.10.2010
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Number of available OMPs

Eurordis survey http://www.eurordis.org/content/improving-patient-access-orphan-drugs-europe




liecba v ramci klinického vyskumu
(registre pacientov, orphanet) ???

nepriama — individualny dovoz ???

priama — liek je kategorizovany — 40,1 %

v nemocnichom formulari - ?7?
Cena
100 % uhrada z verejnych zdrojoy,
minimalny doplatok Rufinamid/Innovelon

l,'
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Averaged OMP price compared to European mean price

Ex factory price Users price
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Indikacie designacia registracia
Chronicka myeloidna leukémia (CML) 2000 2001
Maligne gastrointestinalne stromalne 2001 2002
nadory (GIST)

Akutna lymfoblasticka leukémia (ALL) 2005 2006
Dermatofibrosarkdém protuberans (DFSP) | 2005 2006
Chronicka eozinofilna leukémia (CEL) 2005 2006
Hypereozinofilny syndrém (HES)
Myelodysplastické/myeloprolioferativne 2005 2006

ochorenia (MDS/MPD)
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pocet baleni| - cps dur 120x100 mg tbl flm 60x100 mg
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~4—cps dur 120x100 mg —&— tbl flm 60x100 mg
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ATC skupina: L
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ATC skupina: LO1

inhibitory proteinkinazy
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ATC skupina: A16
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Naklady v skupine A
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Spotreba v skupine A (pocet baleni)
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e Eurdpska legislativa intenzivne podporuje vyskum a
vyvoj liekov pre zriedkavé ochorenia

(financne, odborne)
e v SR je zakategorizovanych 40 % OMP

=



ceny OMP v SR prevysuju ceny v ostatnych
clenskych statoch a to aj napriek tomu:

e 7e cena vyrobcu je porovnatelna s ostatnymi
clenskymi statmi
e OMP v SR su 100 % hradené zo statneho rozpoctu




OMP = najnakladnejsie lieky

* napriek tomu v SR chybaju kompletné informacie o
nakladoch spotrebe a pocte liecenych pacientov

* neexistuju osobitné regulacné mechanizmy
cenotvorby!!!
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