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Pyruvate Kinase Deficiency

Autosomal recessive disorder
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. * More than 200 mutations in PKLR gene
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y Periodic transfusions
» Splenectomy

RPK activity <25%
Anemia
Reticulocytosis
Splenomegaly
Iron oveload

-----------------

» Allosteric activator (PYRUKYND®)
» Allogeneic BM transplant

y Gene Therapy
ClinicalTrials.gov: NCT04105166






i -ﬂ 1-. - '4‘-..1 ‘1- .4
O 5 h". g E
' SO T PIERINTS

o Pl o WIS
.\ﬁ. -:affl.'ﬂ‘\?i-l_*f\-h b

i p I.'r_..._:#



NMUNGTER AR,
Modifcar y driga cigae

L " e
&“ S IR

wh M’;‘ hal’







