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SICKLE CELL DISEASE:
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SICKLE CELL DISEASE.:
LIFE EXPECTANCY
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HETEROGENEITY OF SCD
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DISTRIBUTION OF CRISIS
FREQUENCY IN SCD (PLATT)
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MODIFIERS OF DISEASE

SEVERITY
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ASSOCIATION STUDIES IN s@i&m\\\\\

\\




I

| :'-, \\




THERAPEUTIC APPROACHES
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IS THERE A THRESHOLD FOR HB F

IN SCD?
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HB F INDUCTION
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Figure
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MSH FOLLOW UP: 17.5 YEAR UPDATE
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HYDROXYUREA:

EFFECT ON LABORATORY PARAMETERS
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BLOOD FILM BEFORE AND AFTER
HU THERAPY




WHY IS THERE A NEED FOR
OTHER HB F INDUCING AGENTS?
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5AZACYTIDINE AND
DECITABINE
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LBH589 (PANOBINOSTAT)
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LBH589




HQK-1001 PHASE 1/2 SCD STUDY:
HBF RESPONSE AT DAY 97 (+/- HYDROXYUREA)




HQK-1001 PHASE 1/2 SCD STUDY:
HB RESPONSE AT DAY 97 (+/- HYDROXYUREA)
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PULMONARY HYPERTENSION IN SCD
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PULMONARY HYPERTENSION IN SCD




DOWNSTREAM EFFECTS OF HEMOLYSIS IN SCD



SUBPHENOTYPES OF SCD



CHALLENGES TO THE HYPERHEMOLYSIS/NO

~ DEPLETION THEORY
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LESSONS (THAT SHOULD HAVE BEEN)
LEARNED FROM CLINICAL TRIALS IN SCD
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IS SICKLE CELL TRAIT (SCT) ASSOCIATED

WITH ADVERSE OUTCOMES?
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ONGOING TRIALS AT MCG

3@
@ < +'+G=< =
@ <A 4E=<: =
T** < =< T =

L?
. 3 <@ :A@.2
@G 27?74
6:@ :



