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Milestones in Gene Therapy

1972 Firsttime gene therapy is suggested as treatment
for genetic diseases by researchers as reported
in the journal ‘Science.”

1990 A four-year-old girl with severe immunodeficiency
became the first patient to undergo gene therapy
in the United States.?

1999 An American patient Jesse Gelsinger dies following
a gene therapy experiment, causing US regulators to
put some key experiments on hold, hence pushing
the field back several years.?

Leukemia cases are diagnosed in French children
undergoing gene therapy for genetic immuno-
deficiency, bringing further scrutiny to the field of
gene therapy.*

2003 The world's first gene therapy is approved in China
for the treatment of head and neck cancer.®

2007 Dpoctors carry out the world's first operation using
gene therapy to treat a serious sight disorder
caused by a genetic defect.®

Europe approves Glybera, the first gene therapy in
a Western market, for an ultra-rare blood disorder.”

2016 Europe approves Strimvelis for a very rare type of
immunodeficiency.®

2017  us-rpA approval brings first gene therapy to the
United States - CAR T-cell therapy to treat certain
children and young adults with B-cell acute
lymphoblastic leukemia.?
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Challenges to Innovative Therapy Access'’
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“*reimbursement mechanisms, consumer expectation management, and robustness/believability of data

Number of ongoing Clinical Trials by type of
Curative Therapy (as of Q2 2018)"
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Number of ongoing Clinical Trials (CTs)
by Indication (as of Q2 2018)"
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