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© Long experience

© Curative option
© Big success rates

© Easily available, relatively

© Relatively large experience
affordable

QUnavailable to many patients (lack
of matched donor)
@Requires specialized centres
QLongterm immunosuppressive

regimen

© Loss of quality of life

© Long-term side effects

QPotentially lethal side
effects (myeloablation,
GvHD, graft rejection)
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©Curative option

@No need for
matched donor
(autologous stem cell
collection)

© Highl
so%hl%ticated

@ Satisfactory safetY
and efficach)rofi e
for approved agents

© Potentially available

v OTheoreticaIIfy no
for many patients g

. possibility of graft
rejection
€ Non curative o :
Very expensive
© Not beneficial to all patients yer
) @Low experience
& Many are still under
development © Requires highly specialised
facilities

© Unknown long term safety and
efficacy profile
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Gene therapy procedure in thalassaemia
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Gene therapy general scheme

Drug product
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