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and 2025. Evaluations included clinical data, body composition via
bioelectrical impedance (fat-free mass [FFM], FFM index [FFMI]), respira-
tory muscle strength (maximal inspiratory/expiratory pressure [MIP/MEP]),
exercise capacity (six-minute walk test [6MWT]), QoL (CFQ-R), and self-care
management (SCMP-G).

Results: Six patients (40%) received CFTR modulator therapy. The modu-
lator group demonstrated significantly higher ppFEV; compared to the non-
modulator group (83% vs 35.4%; p=0.02) and a reduction in pulmonary
exacerbations. Significant positive correlations were found between ppFEV;
and FFMI (r=0.651, p=0.009), MIP (r=0.532, p=0.041), and 6MWT distance
(r=0.663, p=0.007). Higher CFQ-R digestive scores were strongly associated
with FFM and muscle mass (r=0.647, p=0.009). While not statistically sig-
nificant due to cohort size, the modulator group reported better self-care
management (115.8 vs 99.1; p=0.068) and lower COPD Assessment Test
(CAT) scores (11.1 vs 13.9). Socioeconomic status was positively associated
with both QoL and self-care outcomes.

Conclusions: CFTR modulators enhance clinical and psychosocial well-be-
ing even in advanced paediatric CF. Incorporating FFMI, respiratory muscle
strength, and psychosocial assessments into routine care provides essential
data for the multifaceted management of high-risk patients.
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Impact of CFTR modulators on respiratory support requirements
and lung transplant candidacy status in advanced cystic fibrosis
lung disease: data from the cystic fibrosis registry of Turkey
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Background: Using data from the Cystic Fibrosis Registry of Turkey(CFRT),
we aimed to evaluate the effects of CFTR modulator therapies on respiratory
support requirements and lung transplantation status in individuals with
advanced lung disease.

Methods: This retrospective,multicenter study analyzed CFRT data. In-
dividuals of all ages with advanced respiratory disease, defined as a percent-
predicted forced expiratory volume in 1 second (FEV;) <40%, were included.
Lung transplantation candidacy was determined based on FEV; values
(<40% considered eligible for wait-listing; >40% considered delisted). Pa-
tients were grouped according to CFTR modulator use (>3 months vs. non-
users). Patients with missing FEV; data or who died during follow-up were
excluded.

Results: A total of 46 patients were included; 19 received CFTR modulator
therapy and 27 did not. Twelve patients in the non-modulator group died
during follow-up and were excluded from further analysis. Baseline de-
mographic and clinical characteristics were comparable between groups.
Over two years, the modulator group showed a significant improvement in
FEV1(0.86 vs. 1.17; p=0.007), whereas no significant change was observed
in the non-modulator group (0.86 vs. 1.07; p=0.272). No significant
changes were observed in exacerbation rates, oxygen use, NIPPV use, or
transplant status in the non-modulator group, while mortality increased
significantly (p=0.001). In contrast, the modulator group demonstrated
significant improvements in FEV;% (p=0.023), discontinuation of oxygen
therapy (p=0.025), and delisting from the lung transplant waiting list
(p=0.014).

Conclusion: CFTR modulator therapy was associated with improved lung
function, reduced need for respiratory support, and higher rates of delisting
from lung transplantation in patients with advanced CF lung disease, whereas
non-modulator-treated patients showed increased mortality and no signifi-
cant clinical improvement.

Table 1
Baseline Characteristics of CF Patients with Advanced Lung Disease (FEV; <40%)
CF patients receiving CFTR modulator therapy (n= 19) CF patients not receiving CFTR modulator therapy (n= 15) p

Current age (years), mean + SD 24.63 + 6.25 27.93 +£7.91 0.197
Sex 0.314
Female, n (%) 9 (47.4%) 5 (33.3%)
Male, n (%) 10 (52.6%) 10 (66.7%)
Weight (kg), mean + SD 47.60 + 13.92 46.81 + 14.37 0.872
z-score, mean =+ SD -1.28 £ 1.01 -1.18 + 1.04 0.782
Height (cm), mean + SD 159.85 + 12.48 160.43 + 11.47 0.890
z-score, mean =+ SD -1.16 +1.18 -0.85 +1.18 0.452
BMI (kg-m—2), mean + SD 18.40 + 4.22 17.95 + 4.11 0.754
z-score, mean =+ SD -1.02 +1.11 -1.05 + 1.00 0.925

BMI: body mass index; CF: cystic fibrosis; CFTR: cystic fibrosis transmembrane conductance regulator; FEV;: forced expiratory volume in 1 second; IQR: interquartile range; n: number;

SD: standard deviation
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Table 2
Comparison of Respiratory Support Requirements and Lung Transplantation Candidacy According to CFTR Modulator Use in CF Patients with Advanced Lung Disease (FEV; <40%)
CF patients receiving CFTR modulator P CF patients not receiving CFTR modulator p
therapy (n=19) therapy (n= 15)
Baseline 2-year follow-up Baseline 2-year follow-up
Pulmonary function tests
FEV; It, median (IQR) 0.86 (0.67-1.23) 1.17 (0.88-1.49) 0.007 0.86 (0.67-1.15) 1.03 (0.74-1.30) 0.272
FEV;%, median (IQR) 33 (30-36) 34 (28-42) 0.023 30 (28-36) 32 (28-37) 0.550
Annual number of exacerbations, median (IQR) 1(@1-3) 1(0-3) 0.194 1 (0-2) 1(0-2) 0.566
Oxygen support, n (%) 10 (52.6%) 5 (26.3%) 0.025 5 (33.3%) 6 (40%) 0.705
NIPPV support, n (%) 7 (36.8%) 5 (26.3%) 0.157 4 (26.7%) 4 (26.7%) 1
Lung transplantation candidacy status, n (%) 19 (100%) 13 (68.4%) 0.014 15 (100%) 12 (80%) 0.083
Mortality 0.001
Alive, n (%) 19 (100%) 19 (100%) 27 (100%) 15 (55.6%)
Died, n (%) 0 0 1 0 12 (44.4%)

CF: cystic fibrosis; CFTR: cystic fibrosis transmembrane conductance regulator; FEV;: forced expiratory volume in 1 second; IQR: interquartile range; n: number
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Objective: LTx READY CF 2 is a fully remote, multicenter randomized
controlled trial of a lung transplant education website that aimed to enroll
populations underrepresented in CF research (goal >33% minoritized race/
ethnicity, Medicaid insurance, or high school education or less). In this study
we sought to understand demographics and reasons people with CF (PwCF)
declined participation in LTx READY CF 2.

Methods: During enrollment, all eligible PwCF (FEV; <50%) at 11 US CF
Centers were approached (universal screening) and reasons for declining
participation were noted. Descriptive statistics were used to summarize de-
mographics of both participants and eligible PwCF who declined participa-
tion. Reasons for declining were categorized using content analysis.
Results: Of 187 PwCF approached; 132 enrolled and 55 declined. Among
the 132 enrollees, 57 (43%) belonged to populations historically
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underrepresented in research: 9 (7%) identified as Black/African American,
10 (8%) as Hispanic ethnicity, 42 (32%) had Medicaid insurance, and 25
(19%) reported a high school education or less, some with more than one
underrepresented identity. Of 55 PwCF who declined participation, 29 (53%)
belong to underrepresented populations: 2 (4%) were Black/African Amer-
ican, 2 (4%) were Hispanic, 25 (45%) had Medicaid insurance, and 12 (22%)
reported a high school education or less. Among those historically under-
represented versus well represented in research, reasons for declining
participation included: time constraints (31% vs 53%, respectively), lack of
interest in research in general (28% vs 12%), no interest in lung transplant
(3% vs 12%), and lack of interest in the type of study (31% vs 23%).
Conclusion: Targeted strategies in LTx READY CF 2 successfully enrolled
PwCF from historically underrepresented populations. Among those who
declined to enroll, lack of interest in research in general was more common
among people who are historically underrepresented in clinical research.
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