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Abstract

Recessive Dystrophic Epidermolysis Bullosa (RDEB) is a
severe type of epidermolysis bullosa resulting from muta-
tions in COL7AT gene. Patients experience various degrees
of blistering following minor trauma which can over time lead
to fibrosis, limb contractures and an increased risk of devel-
oping squamous cell carcinoma. The aim was to assess if
repeated infusions of allogeneic umbilical cord derived mes-
enchymal stromal cells (UC-MSCs), CORDStrom™, were
safe and could benefit children with RDEB.

This was a prospective, double-blinded, randomised, pla-
cebo-controlled crossover trial with an internal dose de-es-
calation trial (for safety) conducted at the two National
Paediatric UK EB centres in RDEB children aged >6months
and <16years.

Participants received IV infusions of 2-3x 108cells/kg of
UC-MSCs or placebo at day 0 and 14 days later with a
9-month wash out period between the opposite.

Main outcomes were change in disease severity as meas-
ured by the Epidermolysis Bullosa Disease Activity and
Scarring index (EBDASI) and the Instrument for Scoring
Clinical Outcomes of Research for Epidermolysis Bullosa
(ISCOREB), wound clinical appearance, pain, itch, and qual-
ity of life at 3-months from infusion. Results will be dis-
cussed at the meeting.

This is the largest study worldwide in children with RDEB.
Administering cell therapy early and at regular intervals has
the potential to reduce inflammation, effectively modu-
late disease activity, and lead to clinically meaningful and
sustained improvements in disease progression and qual-
ity of life. An open-label study is planned and will help us
further evaluate the long-term safety and outcomes of
CORDStrom™ infusions in children with RDEB.
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Bimzelx®V (bimekizumab) offers

the opportunity for complete, fast,

and lasting skin clearance and
proven PsA efficacy '’
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with PsO achieved
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with PsO achieved
PASI 100 at 5 years?

BIMZELX was well tolerated, the most frequently reported adverse reactions were: upper respiratory tract infections
and oral candidiasis. Other common reported adverse reactions include tinea infections, ear infections, herpes simplex
infections, oropharyngeal candidiasis, gastroenteritis, folliculitis, headache, rash, dermatitis, eczema, acne, injection site

reactions, fatigue, and vulvovaginal mycotic infection (including vulvovaginal candidiasis).

This promotional material has been created and funded by UCB Pharma Ltd and
is intended for healthcare professionals in the UK.

BIMZELX is indicated for the treatment of: moderate to severe plaque PsO in adults
who are candidates for systemic therapy; active PsA, alone or in combination

with methotrexate, in adults who have had an inadequate response, or who have
been intolerant, to one or more DMARDs; active nr-axSpA with objective signs of
inflammation as indicated by elevated CRP and/or MRI, in adults who have responded
inadequately, or are intolerant, to NSAIDs; active AS in adults who have responded
inadequately or are intolerant to conventional therapy; and active moderate to severe
HS (acne inversa) in adults with an inadequate response to conventional systemic HS
therapy.*

Prescribing information for United Kingdom click
Please refer to the SmPC for further information.

‘W This medicine is subject to additional monitoring. This will allow quick
identification of new safety information. Adverse events should be reported.
Reporting forms and information can be found at www.yellowcard.mhra.gov.uk for
the UK. Adverse events should also be reported to UCB Pharma Ltd at
UCBCares.UK@UCB.com or 0800 2793177 for UK.
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These data are from different clinical trials and cannot be directly compared.

Co-primary endpoints PASI 90 and IGA 0/1 at Week 16 were met.**Secondary endpoints. tN= mNRI, missing data
were imputed with mNRI (patients with missing data following treatment discontinuation due to lack of efficacy
or a TRAE were counted as non-responders; multiple imputation methodology was used for other missing data)
143.9% (n=189/431), and 43.4% (n=116/267) of biologic-naive and TNFi-IR PsA patients achieved the primary
endpoint of ACR 50 at Week 16 in BE OPTIMAL and BE COMPLETE, respectively (vs 10.0% [n=28/281] and 6.
[n=9/133] placebo, p<0.0001); 54.5% (n=235/431) and 51.7% (n=138/267) maintained it at Week 52 (NRI).*-¢

ACR 50, >50% response in the American College of Rheumatology criteria; AS, ankylosing spondylitis; CRP,
C-reactive protein; DMARD, disease-modifying antirheumatic drug; HS, hidradenitis suppurativa; IGA, Investigator's
Global Assessment; (m)NRI, (modified) non-responder imputation; MRI, magnetic resonance imaging; nr-

axSpA, non-radiographic axial spondyloarthritis; NSAID, non-steroidal anti-inflammatory drug; PASI 75/90/100,
>75/90/100% improvement from baseline in Psoriasis Area and Severity Index; PsA, psoriatic arthritis; PsD, psoriatic
disease; PsO, psoriasis; TNFi-IR, tumour necrosis factor-a inhibitor — inadequate responder; TRAE, treatment-
related adverse event.
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