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_I.H. Karahan 12, E. Çakır 13, A.E. Başaran 14, A. Bing€ol 14, A. €Ozdemir 15,
D. Polat Yulug 16, P. Asfuro�glu 17, A. Aktemur Ünlü 18,
D. Ademhan Tural 18, H. Kekeç 19, A.T. Aslan 19, T. Ramaslı Gürsoy 20,
M. Mullao�glu 21, F. Zirek 22, G. Bilgin 23, E.P. Çakır 24, €O. Meral 25,
E. Demird€o�gen 10, D. Mavi Tortop 26, E. Ocak 27, M.M. €Ozaslan 28,
Z.G. Gayretli 29, M. Kılıç 30, E. Hepkaya 31, H. Nayır Büyükşhin 32,
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Background: The N1303K variant is one of the most second frequent variant
and is associated with a severe cystic fibrosis (CF) phenotype. Longitudinal
real-world data on clinical outcomes in patients carrying the N1303K variant
remain limited, particularly in the context of evolving regulatory approval
and access to CFTR modulator therapies.
Objectives: To describe long-term clinical characteristics and pulmonary
function changes in patients with the N1303K CFTR variant and to compare
these findings with F508del homozygous patients.
Methods: This retrospective registry-based cohort study included patients
with genetically confirmed CF recorded in CFRT, between 2020 and 2024.
Patients were classified as F508del homozygous, N1303K homozygous,
N1303K/F508del compound heterozygous, or N1303K/other CFTR muta-
tion. Changes in anthropometric and spirometric parameters between 2020
and 2024 were evaluated using paired analyses.
Results: During follow-up, CFTR modulator treatment became available for
F508del homozygous patients starting in 2021, N1303K homozygous pa-
tients did not receive modulator therapy during the study period. Between
2020 and 2024, weight and BMI z-scores did not change significantly in the
overall cohort (p=0.71 and p=0.14). Significant improvements were
observed in pulmonary function, including absolute FEV1 (1.93±0.95 to
2.15±0.98 L, p<0.001), percent predicted FEV1 (83.08±25.6 to 87±25.24,
p=0.039), absolute FVC (2.32±1.13 to 2.57±1.21 L, p<0.001), and percent
predicted FVC (83.38±20.7 to 92.3±22.51, p<0.001). Improvements were
most consistent among F508del homozygous patients (ppFEV1 p=0.002),
whereas patients carrying the N1303K variant showed more limited and
heterogeneous changes across genotype subgroups.

Conclusions: In this national registry-based cohort, patients with the
N1303K CFTR variant exhibited limited and heterogeneous pulmonary
function changes over time compared with F508del homozygous patients
receiving modulator therapy.
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Background: Cystic fibrosis (CF) has long been considered rare in Morocco;
however, its apparent scarcity largely reflects underdiagnosis linked to the
absence of newborn screening, limited access to sweat testing, and restricted
availability of molecular analyses. The lack of a national registry hampers
accurate assessment of disease burden and standardization of pediatric care.
Objectives: To characterize the clinical, genetic, and epidemiological pro-
files of patients followed in five Moroccan centers and to assess the opera-
tional feasibility of implementing a national CF registry aligned with
international standards.
Methods: A multicenter descriptive study, combining retrospective and
prospective data, was conducted from 2006 to 2024. Clinical, anthropo-
metric, microbiological, and molecular data were collected using a stan-
dardized, harmonized form. Statistical analysis included parametric and non-
parametric tests according to variable distribution.
Results: Eighty-two patients were included. Most diagnoses were made
during childhood, with substantial diagnostic delays. Respiratory symptoms
were the most common initial presentation, frequently associated with
malnutrition. Chronic colonization was dominated by Pseudomonas aerugi-
nosa and Staphylococcus aureus. Genetic analysis revealed marked heteroge-
neity, with predominance of F508del and several rare variants specific to the
Moroccan population. The study demonstrated the technical and organiza-
tional feasibility of establishing a structured national registry.
Conclusion: CF is underdiagnosed in Morocco and presents predominantly
with severe pediatric manifestations exacerbated by delayed diagnosis. This
study provides the first standardized national dataset and represents a
foundational step toward implementing a Moroccan CF registry, critical for
improving health equity, harmonizing care protocols, and strengthening
pediatric management at national and regional levels.
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Objective: The Cystic Fibrosis Registry of Türkiye(CFRT) was established in
2017 and contains longitudinal demographic and clinical data on people
living with cystic fibrosis(CF).This study aimed to evaluate the quality of
records in the CFRT through on-site data verification visits within the
framework of the European Cystic Fibrosis Society Patient Registry proj-
ect,which aims to implement measures to improve data reliability for registry
based research.
Methods: The 2024 data recorded in CFRT was on-site validated by CFRT
board members and data quality managers.During these visits, parameters
with the highest number of data-entry errors(mutations,gender,date of birth,
FEV1%, body weight and height, treatments, and complications) were
compared with medical records.The accuracy,consistency and completeness
of variables were reviewed.
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Results: A total of 8 in 43 pediatric and adult CF centers were planned to be
on-site validated for 2024 data.However,5 center visits were conducted be-
tween October-December 2025.A total of 229 patient records were reviewed
for data validation.Informed consent was successfully obtained from the
majority of patients(89.5%),with the remaining cases mainly due to the
absence of renewed consent.Agreement between CFRT entries and medical
records ranged from 86% to 100% across variables.Accuracy exceeded 90%
for gender, date of visit, genetic data,anthropometric measurements, in-
fections, medications, and CF-related complications.An overall accuracy of
86% was observed for FEV1%, and identified differences were primarily
related to variations in data entry practices.
Conclusion: On-site data validation visits are a core component of assessing
and improving the data quality of CF registry.These findings confirm the
overall high quality and reliability of CFRT data.Importantly,the validation
process not only supports the robustness of existing data but also provides
valuable insights to guide targeted improvements. https://www.
datawrapper.de/_/glAfC/.
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Objective: To describe the demographic, educational, employment, and
family characteristics of adult patients with cystic fibrosis (CF) attending a
specialized center in Argentina during 2025.
Methods: Cross-sectional descriptive study analyzing the annual registry of
all adult patients (≥15 years) with CF followed at the Adult Cystic Fibrosis
Center Hospital Rossi during 2025. Data collected included age, gender, age
at diagnosis, educational level, employment status, marital status, living
arrangements, family planning, health insurance coverage, and vaccination
status.
Results: Forty-six adult patients were included: 43.5% aged 15-29 years,
37% aged 30-44 years, 17.4% aged 45-59 years, and 2.2% >60 years. The
cohort was predominantly male (63%). Age at diagnosis revealed 52.2%
before 6 years, 17.4% between 6-15 years, and 30.4% after 15 years.
Educational achievement: 76% completed secondary education and 15.2%
obtained university degrees, with 39% currently pursuing higher education.
Employment rates: 63% were employed (41.3% full-time, 13% part-time,
17.4% self-employed), only 4.3% reported inability to work due to health
status. Most patients lived with family (56.5%) or partners (32.6%); 8.7%
lived alone. Fifty percent expressed desire to have children, and 10 biological
children had been born. Health insurance coverage was nearly universal
(97.8%). Vaccination rates: 30.4% received complete schedules, 26.1% VRS
vaccine, 47.8% influenza, and 82.6% COVID-19.
Conclusions: The high proportion of late diagnoses (30.4% after age 15)
underscores the need for increased CF awareness. Significant vaccination
gaps, particularly for respiratory pathogens, represent modifiable risk factors
requiring immediate intervention. These findings provide valuable insights
for developing targeted care strategies addressing specific needs of adult CF
patients in Latin America, where registry data remains limited compared to
European and North American cohorts.

P445
Characteristics of adult pwCF in Kazakhstan
I. Mukatova 1, E. Amelina 1, S. Kim 1, A. Serikova 1, Y. Kenzhebayeva 2,
A. Ramankul 1. 1Astana Medical University, Department of Internal
Medicine N 3, Astana, Kazakhstan; 2Multidisciplinary City Hospital No1,
Pulmonology Department, Astana, Kazakhstan

Background: Since 2023, data has been collected to maintain the CF Reg-
istry in Kazakhstan in accordance with ECFSPR standards.
Objective: To present the clinical characteristics of adult pwCF in
Kazakhstan in 2025.
Methods: By the end of 2025, 252 pwCF were registered, 37 of them
(14.68%) were 18 years of age and older. The diagnosis of CF in all cases was
confirmed by a positive sweat test and/or genetic testing.

Results: 37 adults (20 men), aged 23.94 ± 4.95 (min 18, max 45), median
age at diagnosis 13.2 years (min 1, max 36 years). Six patients reached the
age of 18 in 2025. One patient returned to treatment after a long break, one
patient traveled outside of Kazakhstan and was lost to follow-up, and one
patient was diagnosed with CF for the first time at the age of 21. Data for 27
patients are available for analysis.
The F508del allele frequency in the group is 57.4%, BMI is 19.9 kg/m2, FEV1
is 59.2 ± 72.8%, and FVC is 68.1 ± 6.9%. Chronic P. aeruginosa infection
was found in 85.2% of patients, and S. aureus infection in 14.8%. CF com-
plications are diabetes mellitus (2 patients, 7.4%), liver disease (5 patients,
18.5%), and respiratory failure (40.7%). Therapy: 70.4% of patients were
treated with dornase alfa, 55.6% with bronchodilators, 55.6% with inhaled
steroids, 67.0% with hypertonic saline, 66.7% with intravenous antibiotics,
62.3% with oral antibiotics, 81.4% with inhaled antibiotics, and 74% with
pancreatic enzymes. Only 31% do physiotherapy, and 25.9% receive long-
term low-flow oxygen. Currently, 22 patients (81.5%) receive CFTR-modu-
lator therapy.
Conclusion: The proportion of adult patients with CF in Kazakhstan remains
low. The patient cohort is characterized by late diagnosis, significant
decrease in pulmonary function and nutritional status, high incidence of
chronic P. aeruginosa infection, and other complications. This initiative aims
to improve the CF diagnosis and treatment in the country.
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Background: CFTR modulators have significantly changed the clinical
course of cystic fibrosis (CF), however, there is limited evidence in the Latin
American pediatric population.
Objective: To evaluate the clinical effects of lumacaftor/ivacaftor and
elexacaftor/tezacaftor/ivacaftor after one year of treatment in children with
CF in Uruguay.
Methods: A retrospective observational study was conducted at a CF referral
center in Uruguay. Fifty-three patients aged 2 to 16 years treated with CFTR
modulators for ≥12 months were included. The mean age at baseline was 7.7
years; approximately one-third were under 6 years old. Sweat tests, FEV1,
nutritional status (weight/height or BMI according to WHO standards), and
pancreatic function using human fecal elastase were analyzed. Genetic dis-
tribution: homozygous F508del 32.1%, heterozygous F508del 54.7%, and
other class II variants 13.2%. Statistical analysis was performed using
JAMOVi v2.3.
Results: Sweat chloride significantly decreased from baseline to 12 months,
with a median reduction of 36 mmol/L (Student’s t = 17.8; p<0.001). Mean
FEV1 increased from 76.8% to 88.1% predicted (p<0.001). No patient ach-
ieved normalization of pancreatic insufficiency, although a mean increase of
25.9 μg/g in fecal elastase was observed. Nutritionally, 69% had normal
status; overweight risk and overweight increased from 10% to 12%, with no
cases of obesity.
Conclusions: CFTR modulators were associated with significant improve-
ments in sweat chloride and lung function in pediatric CF patients, including
those under 6 years of age. Pancreatic insufficiency persisted, highlighting
the need for long-term digestive follow-up.
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