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The first observational study?
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Objectives

1. Summarize merits and limitations of
observational data

2. Review the role of observational data in
APL

3. Discuss future opportunities for
observational data in APL
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Goals of Observational Studies

Hospital based
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Patterns of care and outcomes
Research hypotheses
Evaluation of control efforts
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2. Review the importance of observational
data in APL




Observational Studies in APL:
Major findings
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APL incidence/distribution
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APL incidence
Population-based registries

Registry Age-standardized |Increasing?
incidence (/100K)

1992-2007 0.23

1975-2008 0.18

1993-2006 0.08

2000-2007  0.12 (crude) Not reported

Park et al Blood 2011; Chen et al Cancer 2012;
Paulson et al Br J Haem 2014; Gatta et al Lancet Oncol 2017




APL in ethnic/geographic subgroups

High Frequency of Acute Promyelocytic Leukemia Among Latinos With
Acute Myeloid Leukemia

By Dan Douer, Susan Preston-Martin, Eric Chang, Peter W. Nichols, Kristy J. Watkins, and Alexandra M. Levine

Acute promyelocytic leukaemia in patients originating
in Latin America is associated with an increased frequency
of the berl subtype of the PML/RARx fusion gene

\ \ 2 Y \ 2 ‘ . \ 3
DAN DoUER,! SERGIO SANTILLANA,? LALEH RAMEZANI,' CESAR SAMANEZ,> MARILYN L. SLOVAK,
\ \ 2 P .
MING S. Lee,* Kristry Warkins,! Tony WiLLiams' ANp CARLOS VALLEJos® ' Division of Haematology,

Acute promyelocytic leukaemia is highly frequent among acute
myeloid leukaemias in Brazil: a hospital-based cancer registry
study from 2001 to 2012

Luiz Clandio Santos Thuler ' « Maria S. Pom bo-de-Oliveira~'

Douer D et al. Blood 1996; Douer D et al. Br J Haem 2003;
Thuler LCS et al. Ann Hematol 2017




Acute Promyelocytic [Leukemia

A Childhood Cluster

RODNEY D. GILBERT, MB, CHB, DCH(SA), C. D. KARABUS, MMED (PAED), DCH, FRCP (LOND, EDIN),
AND A. E. MILLS, MA, MB, BCH, DCP, DPATH
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FiG. 1. Map of South Africa
showing Eastern Cape area from
which the majority of patients came.
® indicates place of origin of each
patient with APL.
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TABLE 1. Place of Origin of Patients With Acute Leukemia

Type of leukemia Eastern Cape Elsewhere Total

ALL 26 59 85
ANLL (excluding APL) 10 24 34
APL 7 2 9

Gilbert R et al. Cancer 1987
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Long-term Outcomes: SEER

Life-Table Survival Curves
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Figure 2. Survival functions by age groups.

Park J et al. Blood 2011




Long-term Outcomes: Canada
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Acute promyelocytic leukaemia is characterized by stable
incidence and improved survival that is restricted to patients
managed in leukaemia referral centres: a pan-Canadian
epidemiological study

Kristjan Paulson,™ Anna Serebrin,’
Pascal Lambfert,2 Julie Bergeron,“'5
Janeve Everett,® Andrea Kew,”® David
]0nes,9 Salah Mahmud, " Catherine
Meloche,*” Mitchell Sabloff,"®"" Ismail
Sharif,” John Storring,6 Donna Turner™?
and Matthew D. Seftel"">'?

Br J Haem 2014
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Observational Studies in APL:
Major findings

1. Incidence and distribution

2. Early Death

3. Long-term outcomes

tAPL/APL variants Kayser CO003; Cicconi PO003

Age extremes Al Hada C0021; Salamero TOO001

Geo-social determinants Farah CO038; Reddy CO039
Sole PO026
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3. Discuss future opportunities for
observational data in APL




All tumours are rare, but some are rarer than others

“rare” tumours ~25% of all malignancies!

Gatta G et al Lancet Oncol 2017
Munro A. Lancet Oncol 2017




Opportunities for observational data in
APL

Incidence rates

Patterns of care & long term
outcomes

Cost of therapy
Disparities
Genomic & clinical subgroups




ortunities for observational data in
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