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Introduction Methods

e [imited information is available on the natural history, presentation,

and management of paediatric narcolepsy Figure 1. Study Flow Diagram

e Chilaren, Adolescents, and Their providers. the Narcolepsy Recruitment at Registry Sites Participant Eligibility Data Collection
Assessment Partnership (CATNAP™) is a retrospective and | | l
prospective longitudinal, multicentre, web-based paediatric ¢ ¢ ¢ ¢
narcolepsy registry (Clinicallrials.gov identifier: NGT04899947) Specialist Paediatric Eligible Diagnosis Patient, caregiver,

o CATNAP is a next-generation registry that collects relevant real- physicians patients invited participants verified by registry and clinician data
world clinical information from patients, caregivers, and clinicians who provide 1o participate include any child personnel or an collected via

treatment to via patient portal or adolescent enroling physician web-based online
_ _ pqediatrig . by registry site . (<j§ years of age) through .evide.nce portal using initial

0 b j e ctlve s patients with pgrsonnel .or. W|II|ng.a.nd ab!e to from medical hlstory and annual

narcolepsy treating physician participate in and supporting follow-up surveys

e The primary objectives are to improve understanding of the invited to English-based medical documents
natural history of paediatric narcolepsy, characterise symptom participate registry and provide

presentation and diagnosis in paediatric patients, and understand informed consent

treatment practices and outcomes

e Secondary objectives are to understand the quality of life of
paediatric patients and their caregivers, burden of disease and

e Eligibility criteria include children/adolescents (<18 years of age) with a physician-confirmed diagnosis
of narcolepsy

healthcare resource utilisation of patients, caregiver burden, e Patients, caregivers, and clinicians complete an initial survey and annual follow-up surveys via web portal
and impact on patients’ social development and academic/ — Patient data will be collected from medical charts, laboratory results, and health assessment records
educational outcomes and entered into the database by qualified site registry personnel

Methods

Table 1. Patient/Caregiver-Entered Data About Patients Figure 2. Data Collection Responsibilities

Retrospective/Prospective Data Collection
Enrolment Data Collection |
Family Medical History X X ¢ ¢ ¢
Medical Histor X X : : . .
_ _ J Patient/Caregiver Caregiver Clinician

Diagnosis X . . . . .

- PE————— Sociodemographic ¢ |nstruments assessing the e Signs/symptoms/testing at

LA en s er e characteristics (including impact of the patient’s narcolepsy diagnosis, anthropometrics,

Disease symptoms race/ethnicity and on the caregiver’s well-being, comorbidities, disease

Patient’s disease history geographic location) social support, sleep, and work progression, treatment history,

Previous treatments Diagnostic, medical, and and clinical outcomes

Patient diagnostic journey v treatment history e \Medical records to further
Comorbid Conditions X X Comorbidities E.nilerstapdln%_oftt.he naturlal
Disease Progression X X Disease progression 1STOTY O PACTIATTC NAroIepsy

Daytime sleepiness as Validated instruments assessing

measured by ESS-CHAD the patient’s quality of life,

Number of cataplexy daytime sleepiness,

attacks per week psychological/behavioural

Sleep quality health, and social functioning

Other symptoms v v
Treatment History X X

Name of treatment

Daily dose/PRN Table 2. Patient/Caregiver- and Caregiver-Entered Symptom and Quality of Life Assessments
Start, end date

Rationale for treatment Initial Completion Follow-up Completion
PROMs and HRQoL Schedule Schedule
If discontinued, rationale
for discontinuation I ' ESS-CHAD Enrolment Annually
ESS-CHAD, Epworth Sleepiness Scale for Children and Adolescents; PRN, as needed. PEDsQL Enrolment Annually
Table 3. Clinician-Entered Data About Patients Child Behaviour Ghecklist Enrolment Annually
Retrospective/Prospective PROMIS Peer Relationship-Parent Proxy Short Form v2.0 Enrolment Annually
Enrolment Data Collection
: : Caregiver Work Limitations Questionnaire (C-WLQ) or 1 Month after enrolment None
Diagnosis X Work Productivity and Activity Impairment (WPAI) Questionnaire
Sleep study (PSG, MSLT) . .
, Caregiver Well-Being Scale (Shortened) 1 Month after enrolment None
HLA testing
CSF hypocretin Social Support Survey Instrument 1 Month after enrolment None
Symptoms at diagnosis Pittsburgh Sleep Quality Index (PSQl) 1 Month after enrolment None

Anthropometrics
Height, weight at diagnosis
Current height, weight
Comorbid Conditions
Disease Progression

Daytime sleepiness as
measured by ESS-CHAD

ESS-CHAD, Epworth Sleepiness Scale for Children and Adolescents; HRQoL, health-related quality of life; PEDsSQL, Pediatric Quality of Life Inventory; PROMIS, Patient-Reported
Outcomes Measurement Information System; PROMSs, patient-reported outcome measures.
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Conclusions

o CATNAP will be the first longitudinal study in paediatric narcolepsy of key determinants of patient

Number of cataplexy : : - : : :
R AP management and outcomes, including the patient experience and patient/caregiver burden
Sleep quality e [hese data will:
Other symptoms . . . . .
Treatment History )'( )'( — Provide long-term information not otherwise captured (eg, change in cataplexy or other symptoms
ST — over time, emergence of precocious puberty or other relevant diagnoses or symptoms)
Daily dose/PRN — Facilitate education of patients and caregivers
Start, end dat - - .
AL, G A — Inform clinical decision-making
Rationale for treatment
If discontinued, rationale — Potentially contribute to the development of new treatment strategies through a better
for discontinuation v \ understanding of the impact of paediatric narcolepsy on patients and their caregivers
Clinical Outcomes X X
Medical Records X X

CSF, cerebrospinal fluid; ESS-CHAD, Epworth Sleepiness Scale for Children and Adolescents; HLA, human
leukocyte antigen; MSLT, Multiple Sleep Latency Test; PRN, as needed; PSG, polysomnography.

Support and Acknowledgments: This study is supported by Jazz Pharmaceuticals. Under the direction of the authors, Judith Bammert Adams, PharmD, and Michael J.
Theisen, PhD, of Peloton Advantage, LLC, an OPEN Health company, provided medical writing and editorial support for this poster, which was funded by Jazz Pharmaceuticals.

Res u Its Disclosures: W Macfadden, M Whalen, and TL Steininger are full-time employees of Jazz Pharmaceuticals who, in the course of this employment, have received stock
options exercisable for, and other stock awards of, ordinary shares of Jazz Pharmaceuticals, plc. N Simakajornboon was the recipient of funding for investigator-initiated,

e CATNAP enrolment Opened in October 2020 multicentre research 0.” early onset of narcolepsy, sponsqred by Jazz Pharmaceutiqals. F Gwadry-Sridhar is the CEO of Pulse Ilm‘oframe, Inc., vyhich was hired py ng; | |
Pharmaceuticals to build the CATNAP real-world data registry. JA Owens has received consultancy fees from Jazz Pharmaceuticals, Harmony Biosciences, Idorsia, Citrine, Scan this code to access this

poster online. This code is not

e |nitial data are anticipated to be presented starting in mid-2022 Clair Labs, and Sleep Number, and receives royalties from WebMD, Wolters Kluwer, and Taylor & Francis. forpromofionalpurposes



