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BACKGROUND
• Alopecia areata (AA) is an autoimmune disease 

characterized by patchy or complete nonscarring 
hair loss on the scalp, with or without additional 
loss of facial and/or body hair1,2

– AA is associated with considerable impacts on 
health-related quality of life. Approximately 31% to 
48% of patients present with AA before the age of 
20 years1,2 

• Ritlecitinib, an oral, selective dual inhibitor of JAK3 
and the TEC family kinases, is approved for 
treatment of severe AA in adults and adolescents 
12 years and older in the US, EU, Japan, China, and 
several other countries.3 There are no treatments 
currently approved for pediatric patients aged 
<12 years with AA
– The approved dose of ritlecitinib in both adults and 

adolescents is 50 mg once daily (QD)
• A phase 1 study (NCT05650333) characterized the 

pharmacokinetics of ritlecitinib 20 mg in pediatric 
patients aged 6 to <12 years with AA4 and 
informed the selection of doses for evaluation in 
phase 3

• The efficacy and safety of ritlecitinib in children 
aged 6 to <12 years with severe AA are currently 
under investigation in an ongoing phase 3 study 
(NCT07029711) and long-term extension (LTE) 
study (NCT07029828) 
– The phase 3 study is a randomized, double-blind, 

placebo-controlled trial that evaluates the efficacy, 
safety, and tolerability of ritlecitinib 50 mg and 30 
mg compared with placebo for 24 weeks in 
pediatric patients aged 6 to <12 years with ≥50% 
scalp hair loss due to AA

– Pediatric patients who complete the phase 3 study 
or who have completed the phase 1 study may 
enroll in the double-blind LTE study, which seeks to 
further assess the long-term safety and efficacy of 
ritlecitinib in pediatric patients for up to 36 months

OBJECTIVE
• The primary objective of the phase 3 study is to 

evaluate the efficacy of ritlecitinib compared with 
placebo on regrowth of lost scalp hair in pediatric 
patients with severe AA
– The secondary objectives are to further evaluate the 

safety, tolerability, acceptability, and palatability of 
ritlecitinib and to evaluate the effect of ritlecitinib
on patient-centered outcomes

• The primary objective of the LTE study is to 
evaluate the long-term safety and tolerability of 
ritlecitinib in pediatric patients with severe AA who 
have completed the phase 1 or phase 3 studies of 
ritlecitinib
– The secondary objectives are to evaluate the 

long-term efficacy of ritlecitinib and the effect of 
ritlecitinib on patient-centered outcomes

CONCLUSIONS

• Ritlecitinib (50 mg QD) is approved for treatment of severe AA in 
adults and adolescents aged ≥12 years

• There is an unmet need for an approved treatment for younger 
pediatric patients with severe AA 

• These studies will provide clinical data on the short-term and 
long-term efficacy, safety, and tolerability of ritlecitinib 50 mg 
and 30 mg in children aged 6 to <12 years with severe AA

MATERIALS AND METHODS
Study populations
• Key inclusion and exclusion criteria for the phase 3 study and the LTE study are shown in Figure 1

– For patients in the LTE study, additional exclusion criteria included occurrence of safety-related events 
during the phase 1 or phase 3 studies or in the period between those studies and LTE study that 
required permanent discontinuation

• Continuation criteria for the LTE study are shown in Figure 2
– Patients who do not meet these continuation criteria will be discontinued from ritlecitinib treatment
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Figure 1. Key inclusion and exclusion criteria
Key inclusion criteria
• Age 6 to <12 years 
• Diagnosis of AA, including alopecia totalis and alopecia universalis, with ≥50% scalp hair loss due to AA 

(Severity of Alopecia Tool [SALT] score of ≥50)
• Current AA episode duration of ≥12 months
• Varicella vaccination (2 doses) or evidence of prior exposure to varicella-zoster virus

For study patients in the EU/UK only, in the phase 3 study:
• A history of clinical response failure to AA treatment

Key exclusion criteria
• Any present or history of malignancies, lymphoproliferative disorders, or immunodeficiency disorders
• Untreated or inadequately treated active or latent Mycobacterium tuberculosis infection
• History of severe cytomegalovirus infection, herpes zoster or disseminated herpes simplex, hepatitis B virus, 

hepatitis C virus, or infection with HIV
• History of any infection requiring hospitalization or parenteral antimicrobial therapy or otherwise judged as 

clinically significant within the prior 3 months
• Vaccination with live attenuated replication-competent vaccine within 6 weeks of first dose of study intervention

For patients who received ritlecitinib in the 
phase 3 study:
• Improvement of ≥50% in SALT score at Month 3 of 

the LTE study compared with the SALT score on Day 
1 of the phase 3 study 

• SALT score of ≤20 at Month 6 of the LTE study

For patients who received ritlecitinib in the 
phase 1 study or were assigned to placebo in 
the phase 3 study:
• Improvement of ≥50% in SALT score at Month 9 of 

the LTE study compared with the SALT score on Day 
1 of the LTE study

• SALT score of ≤20 at Month 12 of the LTE study

Figure 2. Continuation criteria for the LTE study

AA, alopecia areata. 

LTE, long-term extension; SALT, Severity of Alopecia Tool; SALT score of ≤20, ≤20% scalp without hair. 

Study designs
• The systemic exposure data generated in adult and adolescent patients3,5-9 and data from the phase 1 

study4 were used to derive the doses providing equivalent exposures for children 6 to <12 years old
– The selected doses of ritlecitinib were intended to be equivalent to the 50-mg and 30-mg doses in 

adults and adolescents
• For the phase 3 study, approximately 225 pediatric patients will be enrolled

– Patients will be randomized 1:1:1 to ritlecitinib 50 mg QD, ritlecitinib 30 mg QD, or placebo (Figure 3)
– Patients completing the 24-week treatment period may have the option to enter the LTE study

• For the LTE study, it is estimated that ≈140 pediatric patients completing the phase 1 study or phase 
3 study will be enrolled
– Patients who receive ritlecitinib 50 mg QD or 30 mg QD in the phase 3 study will continue receiving 

the same ritlecitinib dose for up to 36 months (Figure 3)
– Patients who receive placebo in the phase 3 study and all patients from the phase 1 study will be 

randomized 1:1 to ritlecitinib 50 mg QD or 30 mg QD for up to 36 months

Figure 3. Study designs for the phase 3 study and the LTE study of ritlecitinib in pediatric patients
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LTE, long-term extension; QD, once daily.
*Patients who meet the efficacy criteria for discontinuation will receive placebo and remain in the study. †Additional screening visit will not be applicable if the end of treatment/Week 24 visit of 
the phase 3 study will overlap with screening of the LTE study, but screening procedures, such as signing of informed consent, will still be performed. ‡If the patient is ineligible for the LTE study or 
has early study discontinuation, they receive 4 weeks of off-treatment follow-up. 

Endpoints
• Endpoints for the phase 3 and LTE studies are shown in Tables 1-3 

Table 1. Key endpoints for the phase 3 study of ritlecitinib in pediatric patients
US and Countries Following

the US Analysis Plan
EU/UK and Countries Following 

the EU/UK Analysis Plan
Primary endpoint SALT ≤20 response at Week 24 SALT ≤10 response at Week 24
Key secondary 
endpoint Not applicable PGI-C response* at Week 24

PGI-C, Patient Global Impression of Change; SALT, Severity of Alopecia Tool; SALT ≤10, ≤10% scalp without hair; SALT ≤20, ≤20% scalp without hair.
*PGI-C response defined as “moderately improved” or “greatly improved.”

Table 2. Secondary endpoints for the phase 3 study of ritlecitinib in pediatric patients
Secondary Endpoints for All Countries

Efficacy endpoints 

CFB in SALT score*
SALT ≤10 response*,†

SALT ≤20 response*,†

ELA response*,‡

EBA response*,§

Patient-centered outcome 
endpoints

PGI-C responseǁ

Improvement from baseline for each AAPPO item response (11 endpoints)*
CFB in AAPPO activity limitation and emotional symptoms scores*
CFB in PROMIS Parent Proxy Depressive Symptoms T-score*
CFB in PROMIS Parent Proxy Anxiety Symptoms T-score*
CFB in modified CDLQI total score*

Neuropsychological status CFB† in BRIEF®2 T-scores for 3 index scores (BRI, ERI, CRI)*

Safety endpoints
Incidence of treatment-emergent AEs (including audiological and neurological)
Incidence of SAEs and AEs leading to permanent discontinuation from the study

Taste assessment Acceptability and palatability assessment¶

Pharmacokinetic
characterization Plasma concentration of ritlecitinib at 1 h (±15 min) and 3 h (±30 min) post dose at Week 4 or Week 8

AAPPO, Alopecia Areata Patient Priority Outcomes; AE, adverse event; BRI, Behavior Regulation Index; BRIEF, Behavior Rating Inventory of Executive Function; CDLQI, Children's Dermatology Life 
Quality Index; CFB, change from baseline; CRI, Cognitive Regulation Index; EBA, Eyebrow Assessment; ELA, Eyelash Assessment; ERI, Emotion Regulation Index; PGI-C, Patient Global Impression of 
Change; PROMIS, Patient-Reported Outcomes Measurement Information System; SAE, serious adverse event; SALT, Severity of Alopecia Tool; SALT ≤10, ≤10% scalp without hair; SALT ≤20, ≤20% 
scalp without hair.
*Assessed at screening, baseline, and Weeks 2, 4, 8, 12, 18, and 24. †Except for primary endpoint assessment at Week 24. ‡Response based on achieving ≥2-grade improvement or an ELA score of 3 
at all visits in patients with abnormal ELA at baseline. §Response based on achieving ≥2-grade improvement or an EBA score of 3 at all visits in patients with abnormal EBA at baseline. ǁExcept for 
key secondary endpoint assessment at Week 24; PGI-C response defined as “moderately improved” or “greatly improved”; assessed at Weeks 2, 4, 8, 12, 18, and 24. ¶Assessed at Weeks 2 and 18.

Table 3. Endpoints for the LTE study of ritlecitinib in pediatric patients

Primary Endpoints for All Countries

Safety endpoints
Incidence of treatment-emergent AEs (including audiological and neurological)

Incidence of SAEs and AEs leading to permanent discontinuation from the study

Secondary Endpoints for All Countries

Efficacy endpoints 

CFB* in SALT score†

SALT ≤10 response†

SALT ≤20 response†

ELA response†,‡

EBA response†,§

Patient-centered
outcome endpoints

PGI-C responseǁ

CFB* in PROMIS Parent Proxy Depressive Symptoms T-score¶

CFB* in PROMIS Parent Proxy Anxiety Symptoms T-score¶

CFB* in modified CDLQI total score¶

Neuropsychological status CFB* in BRIEF®2 T-scores for 3 index scores (BRI, ERI, CRI)¶

Cognitive development 
status CFB# in WISC-V at Month 36

AE, adverse event; BRI, Behavior Regulation Index; BRIEF, Behavior Rating Inventory of Executive Function; CDLQI, Children's Dermatology Life Quality Index; CFB, change from 
baseline; CRI, Cognitive Regulation Index; EBA, Eyebrow Assessment; ELA, Eyelash Assessment; ERI, Emotion Regulation Index; LTE, long-term extension; PGI-C, Patient Global 
Impression of Change; PROMIS, Patient-Reported Outcomes Measurement Information System; SAE, serious adverse event; SALT, Severity of Alopecia Tool; SALT ≤10, ≤10% scalp 
without hair; SALT ≤20, ≤20% scalp without hair; WISC-V, Wechsler Intelligence Scale for Children Fifth Edition.
*For patients rolling over from the phase 3 study with ≤30 days between the last dose in that study and the first visit of the LTE, the phase 3 study baseline will be used. For patients 
rolling over from the phase 3 study with >30 days between the last dose in that study and the first visit of the LTE and for patients from the phase 1 study, the LTE baseline will be 
used. †Assessed at screening, baseline, and 3-monthly visits until Month 36. ‡Response based on achieving ≥2-grade improvement or an ELA score of 3 at all visits in patients with 
abnormal ELA at baseline. §Response based on achieving ≥2-grade improvement or an EBA score of 3 at all visits in patients with abnormal EBA at baseline. ǁPGI-C response defined 
as “moderately improved” or “greatly improved”; assessed at 3-monthly visits until Month 36. ¶Assessed at baseline and 3-monthly visits until Month 36. #WISC-V baseline: for 
patients who roll over from the phase 3 study and who complete the LTE study, WISC-V will be conducted at baseline in the phase 3 study and at the end of the LTE study; For 
patients who roll over from the phase 1 study and who complete the LTE study, WISC-V will be conducted at baseline in the LTE study and at the end of the LTE study. 
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