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Opinion of the organisations of parents and patients with Cystic Fibrosis on the Propesal for listing the drug
Orkambi fo the list of categorized medicines and on the official agreement on its pricing

Cystic Fibrosis is o rare, genetic, incurable disease. It is o progressive and multi-organ disease. It affects, in
a devastating manner, lungs, pancreas, liver, digestive fract, accompanied with diabetes, osteoporosis,
infertility and nasal polyps. Current treatment of cystic fibrosis is only symptomatic, to slow the progression of
the disease. At the same time, the treatment and live regime is exiremely demanding in terms of fime,
physically, mentally and economically for the patients and their families, as well as demanding for the
provided healthcare. Despite the great lifesaving effort from the side of the community and our healtheare
professionals, we are losing our patients in o terrible way af o very young age, often before reaching
adulthood. Cystic fibrosis does not offect intellect and patients in our community are able o achieve, despife
the horrific diagnosis, and due to an extraordinary effort, self-denial and circumstances, amazing results in
a variety of areas for benefits and inclusion into the society.

After many decades of research and development, siaring in the 1950s fo understanding the nature of the
disease ot the genetic and cellulor level, there are breakthrough drugs marketed all over the world since
2012, called correctors and modulators, aimed fo freat the root cause of cystic fibrosis; the fallure of the
CFTR profein. This treatment Is revolutionary, the first and so far the only attacking the root cause and not only
the symptoms.

In the communities of patients, having the access to these new therapies around the world, we do see
amazing reakworld improvements of the quality of life of patients (significant prolongation of the life
expectancy, significantly less inflammations, less use of oral and IV ATBs, less hospitalizations, increase of the
lung functions indlicators, delayed or unnecessary lungs tronsplantation, improved BMs, faking less doses of
enzymes, decrease of sugar levels, reduce insulin use...).

The availability of correctors and modulators in countries around the world and in Europe Increases rapidly,
literally from month to month,

On behalf of the CF community, patients, parents and their families, healthcare professionals we want to ask
and request fo reach an agreement on pricing and listing this groundbreaking medicine info the
reimbursement system; we do support the listing of the drug Orkambi into the categorization and
reimbursement system.

No one is to blame for the fate that our patients and their fomilies have faken, since there has been any
freatment available until now. At the seme time, however, we are convinced that as the development has
reached the point when there is an effective root cause treatment available for the first time in the history, it is
our duty, as o modermn sociefy in Europe, in a joint efforf, to bring an equal freatment within the healthcare
system also for the patients in Slovakia.

After many decades and generations of suffering patients, who could not get a chance fo grow up and
survive; there is for the first time o hope that the cystic fibrosis becomes a manageable disease due to exisfing
freatment rather than a death sentence.

Thank you very much, Next page 2; Signatures




Page 2 of 2; Signatures

| agree and support the Opinion above

Cystic Fibrosis Club
Mar. Jareslav Lexa
+421 903 716 374

Slovak Cystic Fibrosis Association
MUDr. Katarina Stépankové
+421 903 608 455

Friends of Salty Children

Mar. Viadirmir Patrés
+421 903 730 825

Family Herdkova Family Lexovad
Family Krizova Family Stepdnkova
Family Kolacna Family Misdkovad

Ingrid Vachdlkevd Petra Kolcunova
Dusan Bajtek Toth Eva Czimer
Rastislav Roman Family Kulhanek
Family Kalamdrova Majka Zigovd
Silvia Skacanovad Family Kalafutova
Lubica Stefdnikova Family GlajSekovd
Erik Uherek Simona Slivo&kovd
Eniko Bednar Dusan Bajtek
Patrik Cibik Uhlik Marljana
Peter Mindarik Eva Bertékovad
Bedta Preéuchovd Eva Matisovd
Family Kopernickd Marcela Romanovd
Katarina Klacanskd Baika Forgachova

Gabriela Sedivd Lucla Urikovd

Family Kubisovad Family Lenicka

Family Kuéinova Magdaléna Cerverianska

Date

4.11.2019

$.11.2019

4,11.2019

Iveta Bajova
Family Velgosovd
Family Zbonédkova
Csaba Bodnar
Family Hugyivdrovd
Martin Kulhdnek
Family Ertlova
Michaela Sipekovd
Lucia Dudova
Jana Huddkovd
Lucla Kolecarova
Vincenzo Miele
Family Markovitova
Livia Balogovad
Family Robotova
Stan. Svobodova
Family Novobilska
Zuzka Sichtovd

Family Hlavackova

Klaudia Vinterovd
Petra Vlkova Baxovad
Patrik Caklos
Family Zemberyovad
Family Baloghevd
Veronika Hyza
Zuzanka Simkovd
Yvona Macharova
Rendta Galabovd
Marcela Pekoska
Rasto Stefanik
Milos Precuch
Family Klimové
Family Pilkova
Rendta Sklendrovd
Reni Petrikova
Family Svachovd
Family Tencerova
Family Ska¢anova

Family Virtovd

Family Hreskovad

Anna Dykova
Judita Tothova
Family Samudovskd
Martin Hyza
Henrietta Bodnadr
Lenka Chalyovad
Family Toth
Martino Dubna
Stefani Bencslkovd
Family Glofdkova
Maria Bénova
Katarina Kevacikova
Tilka Mlinkovi¢ovad
Family Pekarova
Family Bolanovskd
Family BalaZikova

R. Birova Petrikova




