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1. Carenity, Online Patient Community, Paris, France

An international cross-sectional study was EQ-5D-5L dimensions
conducted through Carenity, an online patient
Introduction community, via a web-based survey composed of

Cyclin-dependent kinase-like 5 (CDKL5) deficiency disorder (CDD) is an 40 questions for caregivers of CDD patients.

ultra-rare genetic condition marked by developmental epileptic An adapted version of the EQ-5D-5L (Proxy 1), a Feeling

encephalopathy causing early-onset seizures, severe motor and cognitive standardized tool developed to assess patients’ [ worried,
impairments [1]. To this day, no disease-modifying treatments exist for health-related quality of life (HRQoL) based on 5 uiigpc))pr)y Eg'S?ﬁL
this condition, and treatments focus mainly on symptoms management [2]. levels of severity and 5 dimensions, was used to ngté
report patient’'s HRQoL as perceived by their
. . caregivers. It also included a visual analogue scale Having Doing
ObJECtlve (VAS) evaluating the overall patient’s health. disgilr:}ort acutls\tjl’?lles
This study aimed to assess the burden of CDD for patients and their Descriptive analysis was performed on responses
families, from the perspective of caregivers. from 132 caregivers.
Results
Sociodemographic profile Patients’ medical characteristics
* All132respondents ¢ Caregivers’ median age: 41y/o* Patients’median age: 7.6 y/o  Age at first seizure/symptoms in months: * Most frequent symptoms:
were parents of * Caregivers’ gender:  Patients’ gender: n=131*
CDD patients 8504 Qd 15% 89%@ d 11% - | n=132
pilepsy/seizures

"
Limited communication

skills/speech

Difficulties with walking /

80%
unable to walk
% of respondents <3m 23 & <6m 26 & <12m =212m
20 N o o
5 * Age diagnosis inyears: * Number of symptoms reported per
o . n=131* patient: n=132

> Mean (+SD): 7.6 (+2.4)

0

European (EU) countries (n=106) gg:;‘i:;‘)slf’((::rz'a)

W <5 symptoms

=5 & <8 symptoms

EU regions Central (n=21) Eastern (n=4) Northern (n=20) Southern (n=29) Western (n=32) « LATAM (15)

Countries °* Germany(19) <« Poland (2) e UK(13) « Spain (20) « France (27) * Turkey(8) <1y =1 &<3y =3to<5y =5y

(n=) . Austria (1) . Slovakia (1) . Ireland (4) . Italy (8) . Benelux (5) * Us@@) N o , , | m =8 symptoms
Switzerland (1) * Montenegro (1) * Sweden (3) . Portugal (1) e Australia (1) n=1 caregiver did not provide a valid date of birth for one

patient

EQ-5D-5L Results: patient health-related quality of life

CDD patients’ health as perceived by their caregivers on the EQ-5D-5L VAS Severity (level) by EQ-5D-5L dimensions, as perceived by CDD patients’
The best health 139 caregivers 135
| can imagine 100
80 Mobility 5% 7% 9% FPLZ
60
se 54 _ 2% 572
40 Self-care 1%2%
0]
The worst health 0 Usual Activities 12A()%)5% 14%
I can imagine ALL (n=132) EU (n=106) Non-EU (n=26)
Q3
Mean (SD) 54.2 (22.9) 54.2 (22.6) 54.4 (24.6) Median Pain/discomfort 24% 34% 27% 11% 5%
EQ-5D-5L Index values* =iz IR
-5D- ndex values
Fult /?_ealth 1.0 Anxiety/depression 42% 31% 20% 5%2%
0.8
0.6
0.4 No problem (level 1) -Severe problems (level 4)
Astate 0.2 Slight problems (level2) [ Extreme problems/Inability to (level 5)
comparable to 0.0 = m 0.15 Moderate problems (level 3)
being dead ALL (n=132) EU (n=106) Non-EU (n=26)
Mean (SD) 0.19 (0.29) 0.22 (0.25) 0.09 (0.42) * Outside EU, caregivers reported a lesser level of severity for self-care (81%

reporting level 5, vs 93% for EU), and usual activity (65% vs 81% for EU).

*Index values are obtained by combining the levels for each EQ-5D-5L dimensions and weighting e Other dimensions were reported Similarly across world regions

them according to the preferences of the general population in the country considered.

Geographic inequalities in care Caregivers' expectations and unmet needs
Median delay between first symptoms Out of pocket costs by geographic Caregivers’ expectations for future treatment . Most often mentioned unmet
and diagnhosis in months areas for epileptic seizures n=132 needs in free-text field:
50.0 |
40.0 Overall population (n=132)  EU (n=106) Improved cognition “ 22% 6%
30.0 A Daily care help
18% Decreased molmber 7920/ 17%11%
20.0 26.5 o 31% of seizures T
0 i
10.0 . / ' .
39% Reduce side effects 39% 42% 19% | Imbroved medical care
S T % % p
ALL (n=132) EU (n=106) Non-EU (n=26) 45% ° Reduce seizure severity 60% 17% 23% | . :
i 1299 Administrative and
Impact on caregivers’ life Increase time 270 350 39% | financial hel
Non-EU (n=26) between seizure ° ° | S
10 10 Struggle to cover out-of- 100, Easieradministration []  51%  45% |
pocket costs 0 | The need for a more complete
Have out-of-pocket costs  19% Cheaper [l  47% 48% and multidisciplinary care for
but can cover them i It patients w |
69% Other 8% 92 | gdu . pa ents was also
Professional life Financial ressources Don't have out-of-pocket | ! identified.
®w Overall population (n=132) mEU (n=106) non-EU (n=26) costs - Ranked in top 3 Ranked 4+ Not ranked
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* This study highlights the high burden of CDD on both patients and
caregivers using the EQ5D-5L Proxy1 for the first time. K#

* Regional disparities in diagnosis and care were identified, as well g
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effective treatments for the persons they care for. Communication: julie.laurent@evidentiq.com




	Slide 1

