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Sickle cell disease, a brief introduction
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Foetal Haemoglobin (HbF) and Hydroxyurea

A B-Globin Gene Locus
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Successes and pitfalls in orphan drug development for SCD
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» 20 years of sickle cell orphan drug development has ~12% success
rate, with highest rates when targeting early pathophysiological
steps.

> Failure rates for lack of efficacy were highest in late stages of drug
development when vaso-occlusive crisis was the key clinical
endpoint.
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Protections for clinical trials

Revision of Helsinki declaration

inlow and middle income
countries need strengthening

aims to prevent exploitation of study participants (BMJ 2013;347:f6401)

Table 1| Changes relating to benefits for clinical tri and ities il i Helsinki, 2000t0 2013
Edinburgh, 2000" Note for clarification, 2004* Seoul, 2008 Fortaleza, 2013*
Post-trial acce ‘other 14, 22.Inclinical trials describe
care must be described in the study for post-study access by study subjectsto P
the identified ialinthe study
may uch or access to other appropriate care or benefits
its review
17. ving a di 0 y
or yisonly h A
Justified ifthe research is responsive to the needsor priorities of this group and the research
ina
y likelihood  addition, benefit from
that « practices or i resul

Y
benefit from the results of the research from the research

30.Atthe conclusion of the study,

should be assured of accesstothe by study participar

Itis necessary during the study planning
every patient entered into the study ~ process to identify post-trial access

33. Atthe conclusion of the study, patient 34.n linical trial, sponsors,
entered into the study are entitled to be informed  researchers and host country governments.

hylactic, about! ‘post-trial access forall

y
procedures result from it—for example, access  participants who still need an intervention identified

t tic, diagnostic ~ diagnostic
identified _ identified

the stu accessto otheraj

o beneficialin the

y
ropriate care study or to other appropriate care or benefits.

8

Pivotal clinical trials of medicines approved for SCD in the US and the EU
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The Meaning of Informed Consent: Genome Editing Clinical Trials for Sickle
Cell Disease

Stacy Desine?, Brittany M. Hollister® (®, Khadijah E. Abdallah?®, Anitra Persaud?®, Sara Chandros Hull>< @,
and Vence L. Bonham® (®»

The objective of this study was to investigate the views of adults with SCD, parents, and healthcare
providers on what information is required to sufficiently understand the risks and benefits of

consenting to participate in a genome editing clinical trial.

The general goal of informed consent for genome editing trials is the same as for other clinical trials:
ensuring the participant understands the aims of the trial; procedures, risks and benefits;

Understanding genome editing trials is especially complex, however, due to the nature of the
treatment and potential for misunderstanding the treatment, its goal, and its process

Desired information about CRISPR genome editing
Concerns about side effects of treatment
Mechanism of action: How does it work?
Inclusion criteria for being a study participant
Impact on quality of life
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Advance the African Medicines Agency to benefit health and economic
development

The African Medicines Agency can enable African people to live the healthier lives they deserve while
boosting continental trade and economic development, write Michel Sidibé and colleagues

Michel Sidibé, ' Abdoul Dieng, * Kent Buse®

The aim is to improve access to safe, effective, affordable, and quality medical products across African
countries by creating and enabling regulatory environment.

Developing common standards and regulations, coordinating reviews of clinical trial applications,
coordinating the evaluation of medical products and pharmaceutical ingredient manufacturing sites,
and sharing information about products authorised for marketing

The entry of new products into the healthcare system can be accelerated, the costs of medicines can be
decreased, access to medicines will be increased, and that fake, substandard, and harmful products
will be crowded out.

bmj.p386
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, Regional Centres of Regulatory Excellence (RCOREs) %
As part of its mandate to strengthen regulatory capacity development in Africa, the NEPAD
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Conclusions

Globalization and complexity of clinical research in the regulatory space have
been increasing

Global movements of people: north-to-south and south-to-north trajectories

The implementation of the AMA can improve the reliability of the whole
pharmaceutical ecosystem including clinical trials, so protecting the most
vulnerable communities
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