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Summary at-a-glance:
The use of a core dataset may 
aid research in real-world ATTR 
amyloidosis populations and use 
of a DSS may improve outcomes 

in a clinical setting
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Introduction
• Monitoring disease severity and progression, particularly in response to treatment, is 

an important way of improving patient management in everyday clinical practice

• The multisystem nature of transthyretin (ATTR) amyloidosis, the diverse phenotypic 
expression of the condition, and the fact that patients are managed via multiple 
specialties creates challenges when monitoring patients through observational 
studies or patient registries

• Further, currently available disease severity and progression evaluation tools only 
cover one single organ or system

• A core dataset (CD) that uses Standard Diagnostic and Monitoring Practice (SDMP), 
which can be used across multiple clinics and countries is required to produce a 
single unified data set to monitor patients with ATTR amyloidosis in a real-world 
clinical setting

Conclusions and implications
• The CD provides a unified framework for use with patients spread globally and treated 

across various disciplines. Its application in observational studies may result in the 
availability of a larger, uniform real-world research population 

• Clinical use of the disease severity score (DSS) may improve overall disease 
management and patient outcomes by allowing for individualized changes to 
management plans



The Jandhyala method was used to create a list of proposed items to be included in the CD:
• 15,864 articles underwent a systematic literature review, which generated 302 articles from which 982 items 

were identified 
• Eight hereditary (variant) transthyretin amyloidosis (ATTRv) management experts completed the Awareness 

Round survey to reduce this list to 698 items
• Seven of the experts then completed the Consensus Round survey to further reduce the list to 228 items
• Following SMART interviews with all eight experts, 140 indicators were included for the final CD list

• 31 indicators informed disease severity and 25 informed disease progression 

Read more: 
pages 4–7 of published paper 
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ATTRv amyloidosis CD

ATTRv amyloidosis, variant transthyretin amyloidosis; CD, core dataset; CNS, central nervous system; 
TTR, transthyretin.

Read more: 
pages 7–8 of published paper 
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• The DSS was created by further reducing the CD 

• This contains 31 indicators under the same 
categories as the CD

• The DSS can be used in a clinical setting; only 10 
questions need to be asked by clinicians to assess 
all indicators

• The experts agreed that 25 of the DSS indicators 
informed disease progression

Read more: 
pages 8–9 of published paper 

Grey indicators form the DSS

99mTc-DPD, technetium-99m-3,3-diphosphono-1,2-propanodicarboxylic acid; ATTRv
amyloidosis, hereditary transthyretin amyloidosis; AVD, aortic valve disease; BP, blood 
pressure; CD, core dataset; CHD, coronary heart disease; COMPASS-31, Composite 
Autonomic Symptom Scale 31; DSS, disease severity score; ECG, electrocardiogram; 
ECHO, echocardiogram; EQ-5D, European Quality of Life 5D; GI, gastrointestinal; 
KCCQ, Kansas City Cardiomyopathy Questionnaire; KPS, Karnofsky Performance 
Status; MPNDQ, Modified Peripheral Neurovascular Disease Questionnaire; NIS, 
Neuropathy Impairment Score; NQoLDN, Norfolk Quality of Life-Diabetic Neuropathy; 
NYHAC, New York Heart Association Classification; PVD, peripheral vascular disease.
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Conclusions and implications

ATTRv amyloidosis, variant transthyretin amyloidosis; CD, core dataset; DSS, disease severity index.

Discussion points
• This study is the first of its kind to develop an ATTRv

amyloidosis CD to use as a disease severity and 
progression tool

• The background disciplines of the recruited experts 
reflects the phenotypic complexity and 
multidisciplinary care required for ATTRv amyloidosis, 
and highlights the importance of utilizing a standardized 
tool, such as the CD and DSS, to assess disease severity 
and progression 

• The CD provides a unified framework for use with 
patients spread globally and across various disciplines 

Implications
• The ATTRv CD is amenable for clinical research, whereas 

the ATTRv DSS is appropriate for administration in a 
clinic setting

• The DSS, involving only 10 questions on symptoms and events, 
six clinical examinations, and five investigations, can be completed 
rapidly in the clinic or at the bedside

• Use of the CD in observational studies may result in the 
availability of a larger, uniform real-world research 
population  

• The potential implementation of the CD into a patient 
registry may result in the collection of higher quality 
research

• Clinical use of the DSS may improve overall disease 
management and may improve patient outcomes by 
allowing for individualized changes to management plans

Read more: 
pages 9–10 of published paper 
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Glossary

• Awareness Round survey: the first survey round of the Jandhyala method where knowledge awareness is 
assessed by comparing the frequency of each item against the overall most frequently occurring item

• Consensus Round survey: the second round of the Jandhyala method, which looks at how many 
participants agree or strongly agree with each item 

• Jandhyala method: a novel consensus method that enables metrics on awareness and consensus among 
participants to be observed without encouraging participants to alter their opinion

• Standard Diagnostic and Monitoring Practice (SDMP): these are parameters or tests that may be 
routinely used to diagnose and/or monitor diseases in patients; these can vary geographically 

• SMART : a technique where specific, measurable, achievable, relevant, and time-bound factors are used to 
determine if items should be included in the CD and the DSS

CD, core dataset; DDS, disease severity index.
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