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Selected Conditions Treated 

• Cancers 

– ALL, AML, CML 

• Bone marrow failure syndromes 

– Aplastic anemia, Fanconi’s 

• Hemoglobinopathies 

– Sickle cell, thallassemia 

• Inborn errors 

– SCID 



HDCT/ABMT or Breast Cancer 

• Rapid dissemination of an innovative therapy 
offering hope 

• >30,000 women received it before it was 
shown to be ineffective 
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ISSCR Guidelines 

• Cell processing and manufacturing  
• Pre-clinical studies  
• Clinical research 
• Medical innovation 
• Social justice  



ISSCR 
Stem Cell-Based Medical Innovation  

 “Clinician-scientists may provide unproven 
stem cell-based interventions to at most a 
very small number of patients outside the 
context of a formal trial, provided….” 



Acceptable Stem Cell-Based Medical 
Innovation: Provisions 

• There is a written plan 

• Plan is approved through peer review 

• Institution is accountable 

• Personnel are qualified 

• Voluntary informed consent 

• Action plan for adverse events 

• Resources for complications 

• Commitment to contribute to generalizable 
knowledge 

 



Clinical Pathways 

Translational 
Research Innovation 

Clinical Care 
Inappropriate Use 



Conceptual Issues 

• Definitions 

– Variation 

– Innovation 

• Towards a conceptual model 

• Approaches to oversight 



Variation 

 “the minor modification of a surgical 
procedure that does not have the reasonable 
expectation of increasing risk to the patient.” 

     Biffl, 2008 



Innovation 

 “a new or modified surgical procedure that differs 
from currently accepted local practice, the 
outcomes of which have not been described, and 
which entail risk to the patient. Many innovations 
are used on an ad hoc basis as dictated by the 
clinical situation. Some innovations, however, 
may be developed in a more systematic fashion 
and may ultimately meet the criteria for human 
subjects research, although they do not meet the 
criteria at the time they are developed.” 

     Biffl, 2008 



Surgical Innovation 

 “an intervention that is not yet viewed by the 
institution, community, or profession as 
meeting the accepted standards of safety, 
reliability, and familiarity (on the part of 
patients and the health care team) with 
effects, side effects, and complications.” 

– McKneally and Daar 



The Lens of Research 
Belmont Report 

 “When a clinician departs in a significant way from 
standard or accepted practice, the innovation does not, 
in and of itself, constitute research. The fact that a 
procedure is "experimental," in the sense of new, 
untested or different, does not automatically place it in 
the category of research. Radically new procedures of 
this description should, however, be made the object 
of formal research at an early stage in order to 
determine whether they are safe and effective. Thus, it 
is the responsibility of medical practice committees, for 
example, to insist that a major innovation be 
incorporated into a formal research project.” 



Towards a Conceptual Model 
• A real prospect of benefit to the patient 
• Fiduciary nature of the clinician-patient relationship 
• Minimal incremental risk 
• Humility 
• Transitory phase to research or abandoning the 

approach 
• Responsibility for balanced dissemination of 

information 
– Reports 
– Registries 
– Clinical trials 

 





Common Features of Approaches to 
Oversight of Innovation 

• A recognition that innovation can be harmful 

• A need for oversight 

– Appropriate expertise 

– Appropriately burdensome 

• Patient consent 

• An acknowledgement of conflicts 

• Reporting 



Closing Comments 

• Innovation has resulted in enormous benefits 
and enormous harms 

• Approaches to ‘responsible innovation’ share 
some common features 

• There is a clear need for conceptual work 
addressing the notion of innovation 

• This conceptual work would be enhanced with 
a prospective empirical mapping of 
approaches to innovation 


