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Understanding aplastic anemia
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Definition

= bone marrow failure with bi-/pancytopenia

Thrombocytopenia

Anemia

Neutropenia



Acquired AA Inherited BM-
Failure

Classification

Toxic (chemo, 
radiation)

Inflammation 
(post-Hepatitis)

Auto-reactive
(t-cells)

Fanconi

Ribosomopathies
(e.g. DBA)

Telomeropathy
(Dyskeratosis congenita)

Many 
more …



anemia (fatigue, dizziness, etc.)  

thrombocytopenia (bleeding)  

neutropenia (infection)  

Clinical presentation



Liu L et al. Leukemia (2020) 34:3359–3369 

More than «pancytopenia» symptoms Quality of life in acquired aplastic anemia ?



Therapy of acquired AA: History I

Before the 70ties the disease was 
fatal in most cases

Improved with supportive
treatment in the 70ties

Lynch, RE et al. Blood 1975;45:517-528 Champlin R et al. NEJM 1983; 308:113-118

Improved significantly with
ATG since the 70/80 ties



Therapy of acquired AA: History II

Frickhofen N et al. NEJM 1991; 324:1297-1304 Frickhofen N. et al. Blood. 2003;101(4):1236-42.

Milestone with Cyclosporine since the 80ties



Recently therapy improvements: first-line IST + Eltrombopag

Peffault de Latour R et al. N Engl J Med. 2022 Jan 6;386(1):11-23.

Eltrombopag d14 for 6 months (in case of CR for 3 months) in Group B



Standard therapy in young/fit patients + new trends in transplantation

DeZern A et al. Blood advances 2020

Standard: HLA-identical sibling
Upcoming: haploidentical donor
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