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Current dystrophic epidermolysis bullosa
research does not match research needs
perceived by patients and clinicians

To the Editor: There are growing concerns about the
mismatch between current research and the needs of
patients and clinicians.' In rare diseases such as
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dystrophic epidermolysis bullosa (DEB), a research
agenda that addresses the needs of patients is
especially important. Our objective was to assess
how many current randomized controlled trials
of therapeutic interventions in DEB matched the
top-10 research priorities identified by patients and
clinicians in a previous study.”

We searched for clinical trials of DEB (ongoing
and completed studies, without date restrictions)
registered in the International Clinical Trials
Registry Platform (World Health Organization)’
and in ClinicalTrials.gov (US National Institutes of
Health)." We found 26 registered studies of DEB
therapy. Four of the 10 prioritized uncertainties
listed in Table I were covered in these registered
studies. We did not find any trial that aimed to
answer the remaining 6 uncertainties. Eight trials
concerned the top prioritized question (“Which
wound care method obtains better outcomes?”)
and 2 were related to the third question (“What is
the best pain control strategy to decrease pain
during wound care and bath?”). The remaining 16
studies (60%) addressed 2 low-ranked uncertainties
(“What role might tissue engineering have in treat-
ing wounds?” and “What role might stem cell
therapy and bone-marrow transplantation play in
treating DEB?”).

Current research is focused on trying to obtain a
cure for DEB using gene transfer, protein-based, or
stem-cell therapy. However, these techniques may
not become clinical realities for some time. Our study
highlights a lack of clinical research in areas relevant
to patients and clinicians and more likely to provide
answers soon, such as how best to treat pruritus or
syndactyly and the prevention and management of
skin cancer. Our interpretation is that a research
agenda led by researchers favors a high-risk
approach. In consequence, curative long-term
therapies are explored. Conversely, when patients
and clinicians together set the research agenda, they
take a lower-risk stance more focused on solving
everyday problems at the price of being less
innovative.

A limitation of our research is that not all patients
and clinicians may agree on research priorities.
However, 20% to 40% of patients with DEB’ and
most DEB experts in Spain participated in the
previous priority-setting partnership study,” making
the results likely to be representative for our country.
We do not foresee large between-country variation in
the relevance of these research questions for patients
with DEB and clinicians, although this has not
been studied. Additional limitations are that some
uncertainties might be answered by using studies
other than current randomized controlled trials and
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Table 1. Top-10 prioritized uncertainties from the priority-setting partnership study of dystrophic epidermolysis bullosa (DEB) matched with registered
clinical trials addressing DEB therapy from the International Clinical Trials Registry Platform and ClinicalTrials.gov**

Top-10 prioritized uncertainties from the priority-setting partnership study of DEB”

Clinical trials registered in International Clinical Trials Registry Platform
and (IlinicalTrials.g()vj‘*/

1.

Which wound care method obtains better outcomes (improved healing,
decrease in pain, improved quality of life, decrease in smell, prevention of
infection) in patients with DEB? Interventions include types of dressings (eg,
polyethylene, polyester plus petrolatum, hydrocolloid, collagen, Hydrofiber
(ConvaTec Inc, Greensboro, NC), hydrogel, silicone), topical antibacterial
treatment (including chlorhexidine, bleach bath, vinegar bath, honey,
antibiotics, silver dressings), and frequency of care (daily or alternate days)

. What is the best treatment to control itch in patients with DEB (eg, sedating

antihistamines, nonsedating antihistamines, topical menthol, topical corticoste-
roids, moisturizers, doxepin, gabapentin, cyclosporin, dronabinol, ondansetron)?

. What is the best pain control strategy (analgesics, sedative drugs, addition of

sodium chloride salt to the water) to decrease pain during wound care and
bathing in patients with DEB?

. How much does management in reference centers help patients with DEB (in

terms of quality of life, avoiding complications and disability, cost-effectiveness)?

. How effective is a tumor early diagnosis protocol to decrease mortality,

amputations, and disability in patients with DEB?

. What are the long-term results of syndactyly surgery? Which is the best

technique? How often should it be performed?

. Which is the most effective method to prevent or delay syndactyly in

patients with DEB (including different types of bandages, dressings, gloves and
splints, physiotherapy, and occupational therapy)?

1. Alwextin (Alwyn Company, Inc, Lake Crystal, MN) (3% allantoin) cream in
treating EB

2. Effect of thymosin beta 4 on wound healing in patients with EB

3. Treatment of chronic and nonchronic wounds in patients with RDEB using Helicoll
(BioSolutions, LLC, Englewood, CO) collagen dressings versus standard of care

4. Treatment of EB dystrophica by Polyphenon E (Mitsui Norin Co, Ltd, Tokyo, Japan)

(epigallocatechin-3-gallate)

. Efficacy of GCSF in patients with DEB

6. Randomized double-blind crossover placebo-controlled study to evaluate the
efficacy of tetracycline in EB

7. The efficacy of trimethoprim in wound healing of patients with EB

8. Isotretinoin in patients with RDEB

No trials registered

(9]

1. Randomized double-blind placebo-controlled crossover design of the efficacy of
topical morphine for inflammatory pain in children with EB

2. Double-blind placebo-controlled crossover study of the efficacy and side effects of
low-dose amitriptyline treatment for chronic pain, disordered sleep, and reduced
mobility in children with EB

No trials registered

No trials registered
No trials registered

No trials registered

Continued
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