C

Pre dotknuté strany, Eumpe

Dna 21. Augusta, Eurdpska Komisia vydala povolenie na uvedenie na trh pre liek Kaftrio, ¢o je trojkombindcia
vysoko ucinnych modulatorov CFTR proteinu (ivacaftor, tezacaftor a elexacaftor). Kaftrio bolo schvalené pre
ludi s cystickou fibrézou (CF) vo veku 12 rokov a starsich, ktori maju bud vo forme homozygot F508del alebo
jednu mutdciu F508del kombinovanu s takzvanou mutdciou s ,minimalnou funkciou”. 26. Marca 2021, EMA
CHMP prijala kladné stanovisko k rozsireniu lieku Kaftrio pre ludi, ktori maju aspon jednu mutaciu F508del.

Cysticka fibrdza je zriedkavé, nevyliecitelné genetické ochorenie, ktoré primarne postihuje pluca. Ludia s CF
musia podstupovat intenzivne denné terapie a ¢asté hospitalizacie, aby zvladli svoje chronické priznaky.
Okrem toho, maju ludia s CF drasticky kratsiu dizku Zivota v porovnani s beznou populaciou. Lie¢ba inymi
liekmi na trhu pomaha timit priznaky, zatial ¢o liek Kaftrio a ostatné CFTR modulatory su jedinou lie¢bou
zameranou na zakladnu pricinu CF.

Kaftrio je revolucny novy liek, ktory preukazatelne dramaticky zlepsuje kvalitu Zivota pacientov s CF. Vysledky
z 3. fazy z klinickych $tadii ukazali priemerny narast plicnych funkcii o 14.3 percentudlne bodu® 2 a pokles
plucnych zapalov o 63%? v porovnani s U¢astnikmi $tudie, ktori uZivali placebo. U G&astnikov $tudie sa tie?
prejavilo velké zlepSenie ich fyzického, emociondlneho stavu a socidlneho zapojenia do spoloénosti® “.
V spatnej vazbe ucéastnikov sa prejavoval ndrast energie a celkovy lepsi pocit, pokles traviacich problémov,
priberanie a prospievanie a znasali celkovo lahSie svoj liecebny rezim.

V sucasnosti prebiehaju otvorené studie pre zhromazdovanie vysledkov s redlnej aplikacie u pacientov, aby
sa ziskal prehlad o dlhodobych ucinkov lieku Kaftrio nad rdmec pociatocnych klinickych stadii. Predbezné
vysledky ukazuju, Ze Kaftrio je bezpeéné a zachovéva si pociatoény ucinok aj z dlhodobého hladiska®. Naviac,
vysledky zredlneho pouZivania ukazuju, Ze lieku Kaftrio ma velky ucéinok aj v pripade CF pacientov
s ochorenim plic vo velmi pokrodilom $tadiu®. Prebiehaju tieZ dalsie $tudie z redlnej aplikacie, ako napriklad
$tudia s ndzvom RECOVER (https://recovercf.ie/) v rdmci EU a USA.

V ramci Eurdpy vyvijaja komunity cystickej fibrozy usilie o dosiahnutie Uhrady lieku Kaftrio vo svojich
krajinach.

Ako federacia CF pacientskych organizacii v Eurépe, CF Europe plne podporuje svojich ¢lenov, narodné
organizacie CF pacientov v snahe ziskat pristup a Uhrady lieku Kaftrio v najkratsom mozno ¢ase v ramci celej
Eurdpy a vyzyva zlcastnené stran, aby uprednostnili zaujem pacientov a zaistili pristup k tejto Zivot meniacej
liecbe.

Prajeme vSetko dobré,

CF Europe

! Heijerman e.a. (2019) ‘U¢innost kombinovaného rezimu elexacaftor plus tezacaftor pri pacientoch s cystickou fibrézou s mutaciou homozygot
F508de: dvojito zaslepena, randomizovana Studia, faza 3. The Lancet, 23, 394, p. 102-112

2 Middleton e.a. (2019) ‘Elexacaftor-Tezacaftor-lvacaftor pre cysticku fibrozu s jednou mutaciou Phe508del Allele’. New England Journal of Medicine,
381, 19, p. 1809-1819

3 Majoor e.a. (2020) ‘Dopad lie¢by trojkombinaciou elexacaftor/tezacaftor/ivacaftor na zdratovny stav ludi s cystickou fibrézou s mutaciou homozygot
F508del: vysledky klinickej studie, faza 3. Journal of Cystic Fibrosis, 1952 (2020) S1-S36, WS19.6

“ Fajac e.a. (2020) ‘Dopad lie¢by trojkombinaciou elexacaftor/tezacaftor/ivacaftor na zdratovny stav fudi s cystickou fibrézou s mutaciou homozygot
F508del a mutécie s minimalnou funkciou: vysledky klinickej Studie, faza 3.”. Journal of Cystic Fibrosis, 1952 (2020) S55-5168, P221

5 Griese e.a. (2021) ‘Bezpecnost a ucinnost trojkombinacie elexacaftor/tezacaftor/ivacaftor po dobu 24 tyzdriov a dlh$ej u pacientov s cystickou
fibrézou s jednou alebo dvoma mutaciami F508del: predbeiné vysledky otvorenej klinickej Studie fdza 3 American Journal of Respiratory and Critical
Care Medicine, 203, 3, p. 381-385

6 Burgel e.a. (2021) ‘Rychle zlepsenie po zacati liecby trojkombinéciou elexacaftor-tezacaftor-ivacaftor u pacientov s cystickou fibrézou s pokrocilou
chorobou pltic American Journal of Respiratory and Critical Care Medicine, online pred tlacou




C

To Whom it may concern, Eumpe

On August 21 2020, the European Commission granted market authorization for Kaftrio, the triple
combination of highly effective CFTR modulators (ivacaftor, tezacaftor and elexacaftor). Kaftrio was approved
for people with cystic fibrosis (CF) ages 12 years and older who are either homozygous for the F508del
mutation or who have one F508del mutation combined with a so-called ‘minimal function’ mutation. On
March 26 2021, the EMA CHMP adopted a positive opinion for the label extension of Kaftrio to people with
CF having at least one F508del mutation.

Cystic Fibrosis is a rare and incurable genetic disease which primarily affects the lungs. People with CF have
to endure intense daily therapies and frequent hospital visits in order to manage their chronic symptoms.
Additionally, people with CF have a drastically lower life expectance compared to the general population.
Other treatments on the market can help manage the symptoms whereas Kaftrio and other CFTR modulators
are the only treatment to target the underlying root cause of CF.

Kaftrio is a revolutionary new drug which has shown to dramatically improve the quality of life for many
people with CF. Results from the phase 3 clinical trials have shown a mean lung function increase of up to
14.3 percentage points” ® and a rate of pulmonary exacerbations that was 63% lower? compared to study
participants that were not on Kaftrio. Participants also showed a vast improvement in their physical,
emotional and social functioning® 1°. Participant feedback ranged from feeling more vital and better about
their bodies, experiencing reduced digestive issues resulting in a healthier weight, and saw their therapies as
less of a burden.

Open-label studies are currently on-going to collect further real-world data to gain insight into the long-term
effects of Kaftrio beyond the initial clinical trials. Interim open-label study results suggest that Kaftrio is safe
and that the initial efficacy is maintained in the long term®!. Furthermore, real-world evidence so far suggests
that people with CF with advanced lung disease who have critically low lung function can also greatly benefit
from the use of Kaftrio'?. Other real-world studies, such as RECOVER (https://recovercf.ie/), are currently
being conducted in Europe and the US in different populations to gather as much data as possible on the
impact of Kaftrio on clinical outcomes in people with CF.

The Cystic Fibrosis community all over Europe are fighting for access to Kaftrio, and to achieve
reimbursement of this drug in their respective countries.

As the federation of CF patient organisations in Europe, CF Europe is supporting its members, the national
patient organisations of people with CF, to address the issue of Kaftrio access and reimbursement as soon as
possible, all over the EU and beyond, and calling upon all stakeholders to put the patient at the centre by
assuring access to this life changing therapy.

Best wishes,

CF Europe
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