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Charakteristika

Prevalence 5/10 000

Velmi vzacné 1/10 000

Heterogenita

Obtizny nabor do KH

Nedostatek informaci o patogenezi
2/3 detska populace

Regulace EU- Narizeni EK, EP 1999



POCTY PACIENTU SE VZACNYM
ONEMOCNENIM

» Ceska republika 20 tisic i
* Evropa 30 milionu

e Celosvétové 350 milionu




Personalizovana medicina- noveé typy
onemocheni

A greater understanding of the molecular basis of disease has
transformed what was once known collectively as “disease of
the blood,” into multiple subtypes of leukemias and lymphomas
with a 5-year survival rate of 70% collectively.

Nearly 250

medicines are in development
for blood cancers

v

5 year survival rates have

grown to 70%

CancerOutlook_slide-01.jpg

“Disease of the Blood" Leukemia Chronic Leukemia 5 : 2 .
Lymphoma Acute Leukemia 40 Unique Leukemia types identified
Pre-leukemia

Indolent Lymphoma “"50 Unique Lymphoma types identified

Aggressive Lymphoma

Source: M Aspinal, former President Genzyme Genetics (cited at http://www.comtecmed.com/biomarker/2014/Uploads/Editor/PDF /ppt/Edward%20Abrahams Key%20Note¥20Lecture. |; National
Cancer Institute,; SEER Cancer Statistics Review, 1975-2011, http://seer.cancer.gov/csr/1975 2011/, based on November 2013 SEER data submission, posted to the SEER web site, April 2014; PhRMA,
“Medicines in Development for Leukemia & Lymphoma,” April 2015 (all cites accessed May 2015).



Legislativa

e \Vzacna onemocnéni poprve urcena prioritni v akce
ramci verejneho zdravi v EU ve sdéli Komise 11/1993

Narizeni (ES) €.141/2000 Evropského
parlamentu a Rady ze dne 16. prosince 1999

o lécivych pripravcich pro vzacha onemocneéni

 kritéria designace LPVO



Nafizeni (ES) ¢.141/2000- Lécive
< \_‘ pripravky pro vzacha onemocneni

e Zajistit pristup nemocnych se vzacnymi chorobami k
lécbe

Podporovat vyzkum, vyvoj a uvedeni na trh LPVO
Pobidky (incentives)
USA ( Orphan Drug Act) 1983, Japonsko 1993, Australie, Singapur

Snaha o koordinaci podpory na urovni EU



Narizeni EK N0.141/2000

« vysokeé naklady na vyvoj a uvedeni na trh leCivych
pripravku (LP) pro diagnostiku, prevenci a IéCbu

* bézné podminky trhu = nezajem farmaceutického
prumyslu o vyvoj takovychto IéCivych pFipravku

|

LP VO (Orphan Drugs, OD)




Nafizeni (ES) &.141/2000

Kritéria designace LPVO:

Pro diagnostiku, prevenci a léCbu
* Prevalence 5/10 000 obyvatel EU

. Zivot ohrozujici, chronicky invalidizujici &i zdvazna a
chronicka onemocneni

« Ustanoveni komise expertu- COMP, EMA



Kritéria dezignace
|l

* neexistuje jina uspokojiva metoda
diagnostiky, prevence nebo leChy
registrovany v EU

 pokud existuje LP musi prokazat vyznamny
uzitek pro pacienta (significant benefit, SB)



Committee for Orphan Medicinal
Products- COMP
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Zakon ¢€. 378/2007 Sb. § 11 zakona
o lécivech

 Cinit opatreni za ucelem zajisteni dostupnosti
léCivych pFipravku vyznamnych pro poskytovani
zdravotni pecCe a prijima opatreni na podporu
dostupnosti léCivych

pripravku pro vzacna onemocneéni a lécivych
pripravku, které mohou byt jako takové
stanoveny, jakoz i IéCivych pripravku pro pouziti
v detskem lékarstvi,



Novela zakona €. 48/1997 Sb. o
verejnem zdravotnim pojisteni- 2015

...., Na poskytnuti zdravotni péce hrazene
v rozsahu a za podminek stanovenych
timto zakonem souvisejicim s
onemocnénim s velmi nizkym
vyskytem®



Meziresortni pracovni skupina pro
vzacha onemocheni

« Ustanovena 2010

> Zastupci jednotlivych resortd- MZCR, MPSV,
UZIS,

» Odbornici

» Zastupci pacientu
» Zastupci platcu

> SUKL



VLADA CESKE REPUBLIKY

USNESENI

VLADY CESKE REPUBLIKY
ze dne 14. CGervna 2010 ¢&. 466

o Narodni strategii pro vzacna onemocnéni
na léta 2010-2020

Vlada

I. schvaluje Narodni strategii pro vzdcnad onemocnéni na léta 2010-2020,
obsazZenou v Casti III materidlu €.j. 593/10 (déle jen ,,Narodni strategie);

I1. uklada
1. ¢lentim vlady plnit Narodni strategii,

2. ministryni zdravotnictvi ustavit meziresortni a mezioborovou pracovni
skupinu, ktera pfipravi Narodni akéni plan pro vzacna onemocnéni na léta 2011-2013
a ktera bude koordinovat aktivity v oblasti vzdcnych onemocnéni,

3. ministryni zdravotnictvi ve spoluprédci s ostatnimi &leny vlddy pfedloZit
vliadé do 30. Cervna 2011 Narodni akéni plan pro vzdcnd onemocnéni na léta
2011-2013;

ITI. doporucuje hejtmantm ve spoluprdci s orgdny mistni samospravy a
nevladnimi organizacemi do krajskych rozvojovych pldntG zohlednit FeSeni
problematiky vzacnych onemocnéni.

Provedou:

¢lenove vlady

Na védomi:

hejtmani,

primator hlavniho mésta Prahy
Predseda vlady

Ing. Jan Fischern, €Se¢.; Vi r.




VLADA CESKE REPUBLIKY

USNESENI

VLADY CESKE REPUBLIKY
zedne 29, srpna 2012 €. 633

a Narodnim akénim planu pro vzacna onemocnéni
na léta 2012 - 2014

Vidda

l. schvaluje Narodni akéni plan pro vzacnd onemocnéni na
obsazeny v 2asti [l materialu £ j. 712/12 (dale jen Marodni akéni g

Il. uklada

1. minigtrevi zdravotnictei
a) koordinovat plnéni aktivit obsaZenych v Narodnim akénim plény
b) predloZit viadé do 31. prosince 2014

ba) zpravu o plnéni Narodniho akéniho planu,

bl Marodni akéni plan pro vzécnd onemocnéni na léta
a) koordinovat Einnost Meziresortni a mezioborové pracovni shu

onemocngni v souladu s aktivitami obsazenymiv Narodnim al

2. Elendm viady realizovat v rameci své plscbnosti aktivity obsaz
akénim planu;

VLADA CESKE REPUBLIKY

USNESENI

VLADY CESKE REPUBLIKY

zc dne 4, unars 2015 .76
ke Zprivé o plnéni Gkolia vyvplyvaiicich z Narodniho akéniho pline

pra vzacnd encinocndni na 1éta 2012 az 2014
a k Narodnimu akéninu planu pro vaziend ememocnéni na leta 20015 a2 2017

Vidda

L. sehvaluje Zprive o pinéni dkold vyplvvajicich z Ndrodniho akéniha plinu pri
VZAend omemacnEn na [éla 2012 aZ 2014 a Narodnf akéni pldn pro wiend pnemoecnéni na léa
20015 922017, uvedend v & [ marerialu & G915,

L. uklada ministri zdravoinictvi predloZit viade do 31. prosinee 2017

[, Zprivu « plngni tkeld vyplyvaileich 7 Nevodniho akénilio plinu pro vzicnd
onemocndni na léta 2015 a2 2017,

2. navrh Narodnihe ukéniha planu pro vzécna onemocnéni na 16w 2HK a7 2020,

Proveds:

ministr zdravoiniclvi

Predsceda viddy
Mgr. Bohuslay Sobutka, v. r



Distribution of Orphan MAA
100 granted to date*

vV J

R 4% 3% A

A Alimentary tract and
metabolism

B Haematology

C Cardiovascular system

H Systemic hormonal

J Antiinfectives for systemic
use

L Immunology

L Antineoplastic

M Musculo-skeletal system
N Nervous system

R Respiratory system

V Various

1%
H B
8%

8%

m H
L onco 3%

40%

B Limmuno
mA mB =C WH ®mLimmuno ®Lonco "M =N R =V ) 4%

Number of conditions: 81

(including extension of indications/variations)

* 5 withdrawn from the register of orphan medicinal products
4 withdrawn from register medicinal products human use
15 removed from register after expire of the market exclusivity period



New orphan medicines for rare diseases

EMA's orphan medicines programme aims to encourage the development of medicines for patients with
providing incentives for developers.

Among the 81 medicines recommended for centralised marketing authorisation, 16 had an orphan designation at the'&

Mew orphan medicines with the potential to significantly benefit patients included:

Haematology/
Haemostaseology

Coagadex

for patients with factor X deficiency, a rare
inherited bleeding disorder

Zalmoxis

an advanced therapy medicine for patients
receiving a haploidentical haematopoietic
stem cell transplant (HSCT)

Cancer

Darzalex

for patients with multiple myeloma

Lartruvo

for patients with soft tissue sarcoma

Hepatology

Ocaliva

for patients with primary biliary cholangitis

Immunology

Strimvelis

for patients with ADA-SCID who
have no suitable stem cell donor

Metabolism

Galafold

for patients with Fabry disease,
a rare genetic disorder



How early access to medicines has
helped patients from 2006 to

—

» an EU earty access route for medcnes
» for medcnes that fudil an unmet medical need
» Ondy Gracted i the Denefit of immedate
Availabilty for DITMNLS i groater than the
risk of less comprehensive cata than

normally required

= N
[PV AN
H
§

Address emergency situations |
1o & public Bealth threat

CMAs

» valic for & yesr; can be renewed annually

+ comprenensive data is generated By therapeutic area

POST-AULhOrSation, to agreed timelines

Scope includes By 17 ==~ 9 Q 1reectiovs snesses

» MedCines 10 target sonously dedsinating or
MMe-threatenng discases

» MeScnes to Nght DUbiic health threats in 3 Neurology 1 Opmhalmology
eMergency SILUMIONS (€.9. & Dandemic)
| » MeSONeS Lo reat rane GSeases I

107 post-authorisation obligations

(of these, 57 obligations have been fulfilled before June 2016)

Categovies of specific obligations imposed to companios Mow timely was the submission of specific obligotion results?
78 Finad resuts froms Shicscal atudias 33 Due dote +/- 1T month
or pool of studes
Interim results of @ chewcad trial 15 Eady (1-6 months)
ASGzional analtysrs 4 Eacty (6-12 months)

Quaiity cata >1 year eardy

Ceher measwes Late {1-5 mooths )
Loate (6-12 months)

O of compietoed specEic obhgations oia of specific oDAgations were
> o not have major changes 10 thair scope COMDiated within sgecified Umalines

'B i

- ~ ~ -~
y ye a r -
~ ~ —_ —
EMA's Committee for Medicinal Products for Human —
Use (CHMP) reviews a% data cofected annually to —-. .... - - —
deode aboust a further renewal of the CTMA or B

B Converted to full MA
e ind e O N O O O v (N M T LN O gmm Conations Ma
COn average, a CMA is Converted into 3 Standand O O O O O O O O o o o R S e d
marketing authorisation within 4 yecars. N N AN O AN N N AN oN o N MA withdrawn for

COMMErcial reasons

=
a

G EUROPEAN MEDICINES AGENCY » The cut-o ate for data collection is June 2016


http://www.ema.europa.eu/ema/pages/includes/document/open_document.jsp?webContentId=WC500219993

Na zaklade jakych dat jsou

schvalovany OD

A Levels of evidence

Hlevel 1
mlevel 2

mlevel 3

Of the 29 drugs approved for treatment of cancers, 7 (24.1%) had Level 1
evidence, 16 (55.2%) had Level 2, and 6 (20.7%) were Level 3. Of the 24
drugs approved for treatment of inborn errors of metabolism, 11 (45.8%)

had Level 1 evidence, 7(29.2%) had level 2, and 6 (25.0%) were Level 3.

B Quality of evidence

B Moderate
B Low

u Very low

None of the approved drugs showed evidence of high overall quality, Of
the 29 drugs approved for treatment of cancers, 18 (62.1%) had moderate
quality, 10 (34.5%) had low quality, and 1 (3.4%) was very low in quality.
Of the 24 drugs approved for treatment of inborn errors of metabolism, 17
(70.8%) had moderate quality, 4 (16.7%) had low quality, and 3 (12.5%)
were very low in quality.



To foster the development of medicines with major public health interest.

Reinforce scientific and regulatory advice v
Buildi
= Foster and facilitate early interaction e>l<1ilstilr?§ o
= Raise awareness of requirements earlier in development framework:
Eligibility
according to
existing
Optimise development for robust data ‘Accelerated

generation Assessment
toria’
= Focus efficient development criteria

= Promote generation of robust and high quality data

Enable accelerated assessment

= Facilitated by knowledge gained throughout development
= Feedback of relevant SA aspects to CHMP

20




Eligibility to PRIME scheme
Based on Accelerated Assessment
criteria

Medicinal products of major
public health interest and in
particular from the viewpoint of
therapeutic innovation.

= Potential to address to a significant extent

an unmet medical need

= Scientific justification, based on data and
evidence available from nonclinical and
clinical development

21

No satisfactory method or if method

exists, bring a major therapeutic
advantage

Introducing new methods or
improving existing ones

Meaningful improvement of efficacy

(impact on onset, duration,
improving morbidity, mortality)




PRIME
eligibility- -
2016 By type of applicant

SME 27
Other - 19

a6 By therapeutic area

Oncology ‘

Haematology-haemostaseology m 3

Infectious diseases 5
Gastroenteralogy-Hepatology m 3
m Granted Denied Out of Scope* Pneumnology-allergology 4

Neurology u 3

Vaccines n

Immunology-rheumatology-transplantation n
Non- Ophthalmology
orphan - = Cardiovascular diseases
Psychiatry u
Orphan - 20 Diagnostic |1

Musculo-skeletal system |1

L R R

Endocrinology-Gynaecology-Fertility-Metabolism |1

22 Dermatology |1

14



Collaboration

O

EUROPEAN MEDICINES AGENCY

SCIENCE MEDICINES HEALTH

ADMINISTRATION

U.S. FOOD & DRUG

Quarterly teleconferences with FDA
Breakthrough therapy programme managers

Product specific discussions to be channelled through
existing clusters

Parallel EMA/FDA scientific advice



Potreba specifickeho pristupu
KH

 EMA- neni specificka metodika
« KH faze IllI- 761 ,,orphan“vs 3 549 ,non-
orphan” subjektu

» VVSechny faze KH prumeér OD 538 vs 1 558
nonOD pacientu



Mozny pristup k navrhovani KH

Preklinické PD zvireci modely- extrapolace davky,
aplikace

Faze 0- mikro-dose — PD, distribuce
Mirko- davka 1/100 predpokladane davky

RT- zlaty standard — mezinarodni spoluprace (CF,
nadledvina)

— Jednoramenné OD 63.0% vs 29.6%
— NonRT 64.5% vs 36.1%
Nekontrolované studie RR- preceneni ucinnosti



Nabor pacientu

 Multicentrické, mezinarodni studie

* Registry — 641 vzacnych nemoci, 40 EU, 74
svet

» EMA — Adaptive licensing

» FDA- Breakthrough Therapy Designation Programme
» IMI- ADAPT-SMART

» Regulator- SAWP,PRIME

» Centra expertni ERN



Metodologie

» ,Cost- efektivni” ziskavani klinickych
iInformaci

« Kodovaci systém pro vzacne nemoci

— Orphanet- Orphacode
— OMIN- Online Mendelian Inheritence in Man

* Post- hoc analyza vs a priori



Extrapolace klinickych dat

,Extending informations and
conclusions available from studies
in one or more subgroups of the
patient population, or in related
conditions or with related medical
products, to make interferences for
another subgroup of the population
or condition or product , thus
reducing the need to generate
additional information to reach
conclusions for the target population
or condition or medical product ,
EMA

Dospeli- deti, podskupiny
vzacnych nemoci,
zvirata- lidé, zdravi-
nemocni

Bayesian statistika

O

EUROPEAN MEDICINES AGENCY
ENCE MEDICINES HEALTE

$C1

19 March 2013
EMA/129698/2012
Human Medicines Development and Evaluation

Concept paper on extrapolation of efficacy and safety in
medicine development

Final

Agreed by Scientific Advice Working Party 25 April 2012
Agreed by Biostatistic Working Party 15 May 2012
Agreed by PK Working Party 30 May 2012
Agreed by COMP 10 May 2012
Adoption by PDCO 16 May 2012
Adoption by CHMP 24 May 2012
Start of public consultation 29 June 2012
End of consultation (deadline for comments) 30 September 2012




Umbrella

Test the impact of different drugs on
different mutations in a single type
of cancer

Focus4

Basket

Test the effect of one or more drugs
on one or more single mutations
in a variety of cancer types

© 2015 American Association for Cancer Research

CCR Perspectives in Drug Approval

AACR

Herbst et al, Clin Cancer Res 2015




Vyvoj schvalenych LP VZ v EU

Zulassungen flir Medikamente mit Orphan-Drug-Status’® in der Europdischen Union

Zahl
ab 2000 europdische 15
o . | ~.
Orphan-Drug-Yerordnung 14
’ 13
n Kraft —
10
) ‘»_‘J
|
d
0
191 ) | L { ]




Spolecné na EU urovni

Orphan Drug Designation

SAWP-Protocol Assistance

Paediatric Investigation Plan- PIP

Marketing Authorisation (MA) including Review of
orphan designation criteria at the time of MA application

Post-MA obligations, additional studies, follow-up
registries



Co dela kazdy stat na narodni urovni

— princip subsidiarity

 Data z realné klinické praxe |_
ISB OAJ

e HTA PORTUGAL

« Stanoveni ceny a uhrady

EU > 33 rozdilnych systému stanoveni cen a uhrad



LP VO a nakladova efektivita
VILP

= Stanoveni trvalé uhrady

o)

o)

Jeho terapeuticka ucinnost a bezpecnost- risk/ benefit-
EU,EMA,COMP- pozadavek ucinnosti v bézné klinické praxi CR

Zavaznost onemocneni, K jejimuz IéCeni je urCen- statut
orphan léku

Nakladova efektivita - jak ji stanovit 2?2?27

Pri prechodu do trvalé uhrady hodnoceni nakladové efektivity-
pro vzacnost doba 36 mésicu nedostatecna

HTA nelze aplikovat na ,,1éky pro vzacna onemocnéni

2 roky trva nez centralne registrovany lék v EU ziska
cenu/uhradu v CR




SUKL - hodnoceni ,,orphan*

Dopady do rozpoctu

Zavaznost onemocneni

Prinosy lecby, nahraditelnost

Potreby pacientu, pridana hodnota pro rodiny
Jednani s pojistovnami

caver
Vzhledem k tomu, Ze u hodnocené intervence nelze povaZovat nakladovou efektivitu za
prokazanou, nelze bez souhlasu viech tcastnikl spravniho fizeni stanovit trvalou thradu
z prostiedki vefejného zdravotniho pojisténi. Ustav proto nad rémec hodnoceni nakladové
efektivity, hodnotil dalsi skutecnosti, které by mohly ovlivnit vstup Iécivého pfipravku do
trvalé uhrady, jako je dopad do rozpoctu, zavaznost onemocnéni, pfinosy a nahraditelnost
v1éébé a bezpeénost hodnocené intervence. Ustav uvéddi, Ze sohledem na nejistoty
zpUsobené nizkym poctem pacientd doporucuje Zzadateli, aby jednal se zdravotnimi
pojistovnami o nékteré formé dohody, ktera by pomohla nejistotu snizit, tak aby bylo ve
vefejném zajmu zajisténo co nejucelnéjsiho vynakladani prostfedk( verejného zdravotniho
pojisténi.



45

40

35

30

Dostupnost LP pro vzacna

17

5

2
.=
A B C

1

D

Cca 40%

onemocnéni v CR

40
Registrované
SR probiha
Uhrada jinym mechanismem
B Uhrada v SCAU
7 7
3
1 1 2 4 2
e B . [ [
G H J L M N R S Vv
registrovanych

A —travici trakt a
metabolismusB —krev
a krvetvorné organy
C —kardiovaskularni
systém

D —dermatologika

G —urogenitalni trakt a
pohlavni hormony

H —systémova
hormonalni IéCiva
kromé pohlavnich
hormond a inzulind

J —antiinfektivapro
systémovou aplikaci

L —cytostatika a
imunomodulacniléciva
M -
muskuloskeletarnisyst
em

N —nervovy systém

R —respiracCni systém
S —smyslové organy
V —rizné pfipravky

Dr. Vostalova ,SUKL /2016



VZP+SZP — ABSOLUTNI CISLA 2007-
2012

Naklady na Orphan drugs - SZP + VZP
2500

2017,8 2012,0

2 000
1778,9
1554,6
1500
1206,6
1000
783,5
500
0 T T T

2007 2008 2009 2010 2011 2012

Naklady v mil. k¢




Evropsky kontext

« Evropska sit hodnoceni
zdravotnickych
technologii

e Un ethta « Spoluprace, regulator,

HTA, platce

« Databaze aktualnich cen
Y\,




Evropsky kontext

MEDEV

« Medicine Evaluation Committee

« Komise - European Social Health
Insurance Forum

« 20 organizaci,15 statu

* Analyzy pro narodni pojistovaci
agentury o trendech a inovacich
LP v EU a na narodni urovni

NM CAPR

« Sit regulacnich agentur v
oblasti cen a uhrad

« Platforma pro spolupraci v
oblasti cen, uhrad




o <50 mil €- uhrada 90% OD
* IQWIG jen velikost cilove populace
¢ 3.1% vsSech nakladu




Scottish Medicines Consortium

Providing advice about the status

of all newly licensed medicines

WWW.SCOttiShmediCineS.Ol'g.Uk Delta House 50 West Nile Stre

PACE - Patient and Clinician Engagement

« End of life medicine ( umrti do 3 let od diagnozy)
« Ultra- orphan medicine - <71: 50 000

« Unmet need of patients

« Zavaznost onemocneni

* Moznost vyléceni

« Added value — pacient, rodina, systéem
* Risk- sharing




National Institute for
Health and Care Excellence

WTP £20 000-

£ 30 000

NICE introduced ‘end of life criteria’ to go beyond CUA

Criteria Definition
Rarity The treatment is licensed or otherwise indicated, for small patient
populations
Alternative No alternative treatment with comparable benefits is available
reatment through the NHS
T ' f | '
Life expectancy he treatment is indicated for patients with a short life expectancy,

normally less than 24 months

Survival benefit

There is sufficient evidence to indicate that the treatment offers an
extension to life, normally of at least an additional 3 months,
compared to current NMS treatment




Orphanet Journal of Rare Diseases 2012, 7:74

Table 1 Proposed criteria for evaluation of orphan drugs and corresponding potential

parameters
Criteria Price Differential
Lower Medium Higher
Rarity 1:2,000 - 1:20,000 or  1:20,000 - 1:200,000 or Less than 1:200,000 or
COMP figures>3 in COMP figures 1-3 in COMP figures less than 1 in
10,000 (11%) 10,000 (51%) 10,000 (38%)
Level of research undertaken Literature review Building on previous “Blue-sky” — starting
existing knowledge research & development
programme in an unknown
area
Level of uncertainty of Immature, but Appropriate surrogate ~ Robust clinical end-points
effectiveness promising data end-points
Manufacturing complexity Not complex — small Moderately complex Highly complex biological
molecule / classic and galenic form
galenic form
Follow up measures (additional Moderate to none Designed to answer Safety and efficacy
benefits and associated costs) specific, defined, studies + size and duration
delineated question of study
Characteristics without direct cost impact
Disease severity Morbidity Mortality / severe Mortality / severe invalidity
invalidity in adulthood  as infant
Available alternatives / unmet Alternatives with Alternatives — but No alternative
medical need similar characteristics offering strong
innovation to the disease
treatment
Level of impact on condition / Low Medium Strong
disease modification
Use in unique indication or not Existing orphan or Potential for multiple Unique indication — no
non-orphan indications indications other use possible

for the same molecule*

*N.B. Another element could be the total revenues in the context of multiple indications for
the same molecule owned by the same company



Centra vysoce specializované péce
o pacienty se vzachymi
onemocheénimi dle §112 zakona
372/2011Sb.

« Narodni koordinacni centrum pro pacienty se vzacnym
onemocnénim- FN Motol (prof. MUDr. Milan Macek)

» Ustanoveni center pro jednotlivé diagnozy, diagnostické skupiny

» Sjednoceni €innosti uhrad z verejného zdravotniho pojiSténi u center
ustanovenych MZCR s , centry se zvlastni smlouvou , ustanovenych
zdravotnimi pojistovnami



AR

% ERN/ European Reference Networks

FOR RARE,
LOW PREVALENCE

AND COMPLEX
Share.Care.Cure.

Evropské referencni sité pro ,,slozita*
onemochneéni s nizkou prevalenci,
vyzadujici erudované odborniky a
vysoce specializovanou lécbu.
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.-xn  ERN / European Reference Networks

CiL ERN: skrze sdileni informaci,
vyzkum a vzdélavani zajistit kvalitni
péci pro vsechny obcany EU

se vzacnymi chorobami

Projednavani jednotlivych pripadu
v ramci ,,virtual advisory board*
s vyuzitim IT a e-Health technologii

Tvorba doporué¢enych postupu

Spole€né vyzkumné a vzdelavaci
aktivity




.
.:'_.'. } N\

+iin  ERN/ European Reference Networks

KRITERIA

PATIENT-CENTERED CARE

ORGANISATION, MANAGEMENT, AND BUSINESS CONTINUITY
RESEARCH EDUCATION AND TRAINING

EXPERTISE, INFORMATION SYSTEMS, AND e-HEALTH TOOLS
QUALITY AND SAFETY

COMPETENCE, EXPERIENCE, AND OUTCOMES OF CARE
HUMAN RESOURCES

ORGANIZATION OF PATIENT CARE
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PR ERN — EURACAN / European RAre CANcers

EURACAN — ERN pro vzacné solidni nadory u dospelych
« 66 onkologickych center (z ptivodnich 67) ze 17 élenskych stati EU

— Dansko, Francie, Holandsko, Belgie, Italie, Némecko, Portugalsko, Spanélsko, Litva,
Slovinsko, Mad’arsko, CR, Polsko, Norsko, Svédsko, Finsko, UK

* 10 ,organovych domén“ a 14 ,subdomén* vzacnych nador

— Vzacné nadory jsou seskupeny do organovych domén
na zakladeé ICD10 klasifikace a definovany pomoci
RARECARE klasifikace !!!

— Kazda doména ma ,,centralniho vedouciho” (v ramci celé site

EURACAN) a ,,lokalniho“ vedouciho” (v ramci daného EURACAN
centra)

« Cilem EURACANU je mit do 5 let EURACAN centrum(a) v kazdé
¢lenské zemi EU a zajistit, aby minimalné 75 % pacientu se
vzacnymi nadory bylo Ié€eno v téchto centrech!
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Navrzené skupiny ERN pro vzacna onemocneéni

Rare bone diseases

Rare cancers

Rare cardiac diseases

Rare connective tissue and musculoskeletal diseases
Rare craniofacial anomalies and ENT (ear, nose and throat) disorders
Rare endocrine diseases

Rare eye diseases

Rare gastrointestinal diseases

Rare gynaecological and obstetric diseases

10. Rare haematological diseases

11. Rare hepatic diseases

12. Rare hereditary metabolic disorders

13. Rare immunological & auto inflammatory diseases
14. Rare malformations / developmental anomalies/and rare intellectual disabilities
15. Rare multisystemic vascular diseases

16. Rare neurological diseases

17. Rare neuromuscular diseases

18. Rare pulmonary diseases

19. Rare renal diseases

20. Rare skin disorders

21. Rare urogenital diseases
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Evropska referencni sit pro vzacna onemocnéni

Ve

Poskytovatelé zdravotni péée prihlaseni za CR

poskytovatel

klinika

’

sit

Fakultni nemocnice v Motole

Détské kardiocentrum

rare cardiac diseases

Kardiologicka klinika

rare cardiac diseases

Pediatricka klinika, Pneumologicka klinika, Ustav biologie a |ékafské
genetiky

rare pulmonary diseases

Pediatricka klinika

rare endocrine diseases

Pediatricka klinika

rare bone diseases

Pediatricka klinika

rare renal diseases

Onkologicka klinika

rare cancer and tumours adults

Détska hematoonkologicka klinika, Klinika détské chirurgie, Ustav
patologie a molekularni mediciny, Neurochirurgicka klinika,
Oddéleniradiologie

rare cancer and tumours
pediatric

Ustav imunologie

rare auto-immune and
inflammatory diseases

Ustav biologie a IékaFské genetiky, Narodni koordinaéni centrum
pro vzdcna onemocnéni

rare malformations and
developmental anomalies and
rare intellectual disabilities

Neurologicka klinika a Détska neurologicka klinika

rare neurological diseases

Neurologicka klinika a Détska neurologicka klinika

rare neuromuscular diseases




Nemocnice na Bulovce

Dermatovenerologicka klinika

rare skin disorders

Vseobecna fakultni nemocnice

Ustav d&di¢nych metabolickych poruch

Metab ERN

Neurologicka klinika

rare neurological diseases

Oc¢ni klinika

rare eye diseases

Centrum plicni hypertenze

ERN-LUNG, subgroup PH

Détské revmatologické centrum

rare immune disorders
RITA

Masaryktiv onkologicky ustav

rare cancer and tumours
adults

Ustav hematologie a krevni transfuze

rare haematological
diseases

Thomayerova nemocnice

Plicni klinika

rare pulmonary diseases

Fakultni nemocnice Kralovské Vinohrady

Dermatovenerologicka klinika

rare skin disorders

. Interni klinika

rare endocrine diseases

Fakultni nemocnice Olomouc

Hematoonkologické centrum, Hemato-onkologicka klinika

rare haematological
diseases

Fakultni nemocnice u sv. Anny v Brné

Centrum pro epilepsie Brno (FN u sv. Anny ve spol. s FN Brno)

rare and complex epilepsies

Dermatovenerologicka klinika

rare skin disorders -
autoimmune and toxic
bullous diseases




Fakultni nemocnice Brno

Ortopedicka klinika

rare cancer and tumours
pediatric

Plicni klinika

rare pulmonary diseases

Détska onkologicka klinika

rare cancer and tumours
pediatric

Pediatricka klinika

rare metabolic disorders

Détské revmatologické oddéleni

rare auto-immune and
inflammatory diseases

Détské kozni oddéleni pediatrické kliniky

rare skin disorders

Neurologicka klinika

rare neuromuscular
diseases

Hematologicko-onkologicka klinika

rare haematological
diseases

Fakultni nemocnice Hradec Kralové

Stomatologicka klinika

Rare craniofacial & ENT
disorders




Over 900 highly-specialised healthcare units
from over 300 hospitals in 26 EU MS

Italy 23 189 Bulgaria 6 8
France All 129 Romania 6 8
Germany 19 117 Slovenia 7 7
UK 22 105 Estonia 4 5
Netherlands All 92 Croatia 3 5
Belgium All 71 Austria 3 4
Spain 15 35 Norway 3 4
Czech 17 28 Ireland 4 4
Republic

Sweden 21 26 Latvia 2 2
Portugal 15 24 Luxembourg 2 2
Poland 16 21 Cyprus 1 1
Denmark 12 17

Finland 13 15

Hungary 10 14

Lithuania 11 11 Total - 944
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Spoluprace, multidisciplinarita




