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Cysticka fibréza (CF) je autozomalne recesivne genetické ochorenie, ktoré je sposo-
bené genetickou mutéciou génu pre CFTR (Cystic Fibrosis Transmembrane Conduc-
tance Regulator), ktory kdéduje protein — CF transmembranovy regulator vodivosti
zabezpecujuci okrem iného aj pohyb chloridovych iénov cez bunkovi membranu.
Klinicky obraz ochorenia je charakterizovany chronickym zdpalom bronchopulmo-
nalneho systému, pankreatickou insuficienciou a zvysenym obsahom soli v pote.
Cielom prace bolo zistit prinos inovativnej kombinovanej terapie modulatormi CFTR
proteinu ivakaftorom/tezakaftorom/elexafaktorom (Kaftrio) v kombindcii s ivakaf-
torom (Kalydeco) a ivakaftorom/lumakaftorom (Orkambi).

Vysledky boli ziskané prostrednictvom dotaznika, ktory vyplnilo 26 responden-
tov s CF uzivajucich tieto moduldtory CFTR proteinu. Prieskumu sa zdcastnilo 20
zien a 6 muzov a priemerny vek respondentov bol 27,5 roka. Vacsina pacientov
(92 %) bola nastavena na kombinaciu ivakaftor/tezakaftor/elexafaktor v kombinacii
s ivakaftorom, a to 24 mesiacov a aj 36 mesiacov. Dvaja pacienti (8 %) uzivali ivakaf-
tor/lumakaftor 24 mesiacov a 36 mesiacov. U&innost inovativnej terapie CF bola
vyhodnotend hlavne prostrednictvom sledovania FEV, (exspiraény objem vzduchu
za jednu sekundu), chloridov v pote a hmotnosti pacientov, ktorych hodnoty boli
zlepsené takmer u vsetkych pacientov v porovnani s obdobim pred indikovanou
inovativnou terapiou. To poukazuje na zmenu a zlepsenie funkcie dychacich ciest.
Z vysledkov mozno potvrdit, Ze inovativna terapia moduldtormi CFTR proteinu pre
pacientov s CF vyznamne zlepsila kvalitu Zivota pacientov.
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Benefit of innovative therapy in patients with cystic fibrosis

Cystic fibrosis (CF) is an autosomal recessive genetic disease caused by a genetic
mutation of the gene for CFTR (Cystic Fibrosis Transmembrane Conductance Regula-
tor), which encodes a protein — CF transmembrane conductance regulator ensuring,
among other things, the movement of chloride ions through the cell membrane. The
clinical picture of the disease is characterized by chronic inflammation of the bron-
chopulmonary system, pancreatic insufficiency and increased salt content in sweat.
The aim of the work was to determine the benefit of innovative combined therapy
with CFTR protein modulators ivacaftor/tezacaftor/elexafactor (Kaftrio) in combination
with ivacaftor (Kalydeco) and ivacaftor/lumakaftor (Orkambi).

The results were obtained through a questionnaire filled out by 26 respondents with
CF taking these CFTR protein modulators. 20 women and 6 men took part in the survey,
and the average age of the respondents was 27.5 years. The majority of patients (92 %)
were assigned to the combination of ivacaftor/tezacaftor/elexafactor in combination
with ivacaftor for 24 months and 36 months. Two patients (8 %) took ivacaftor/luma-
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