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© Robust
© Long experience

© Curative option
© Big success rates

© Relatively large experience

QUnavailable to many patients (lack
of matched donor)
@Requires specialized centres
©Long term immunosuppressive

© Easily available, relatively
affordable

© Loss of quality of life
© Long-term side effects

regimen
(CONVENTIONAS BONE MARROW  Potentially lethal side
HEREYA TRANSPLANTATION effects (myeloablation,

GVHD, gra% rejection)

©Curative option

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

OTheorencaIfy
possibility of graft
rejection

© Highl
so%hl%ticated

© Satisfactory safetY
and efficacy profile
for approve agents

© Potentially available
for many patients

€ Non curative o

Very expensive

© Not beneficial to all patients yer

) @Low experience

& Many are still under

development (<] Requlres highly specialised
facilities

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

6 Click on the buttons below 10 see how the GT works step by step.

Step 1: In the lab Step 3:In the lab

Gene therapy: Benefits and Concerns

Although Gene therapy (T} is similsr sl sk WSCT i ot t they both use
P

(autelogous stem ml\) na
circumvents manyofm ompli iated with allogeneic st

transplant, but also Fmte»swh hwldb am! b!el

and NOT ONLY |4

for the 20-30% of patients (those with an HLA-matched donor).

aS Cwl SHz oled Ligy (ol Looleol

ulg.;_ccbul)l(o.l.c
S o (pla .\.‘Suo_\bdglg.‘lulgmwl)smxgu
5l oLl d>po SO b caisiwe Olylow 395 o BauSlnl

Aigw )3 LSy dslae

Gene therapy general s:

Drug product
Patient administration
assessment for

eligibility

Moabilization
d

an
apheresis
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