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Agenda	
  

•  Australian	
  health	
  care	
  regulatory	
  and	
  funding	
  
environment	
  

•  Pharmaceu:cal	
  Benefits	
  Advisory	
  Commi>ee	
  

(PBAC)	
  processes	
  

•  Evidence	
  and	
  funding	
  decisions	
  –	
  the	
  future	
  



Health	
  services,	
  drugs	
  
and	
  other	
  products	
  

Federal	
  –	
  PBS,	
  MBS,	
  
other	
  programs	
  

State	
  –	
  Hospital,	
  other	
  
programs	
  

Private	
  Insurer	
  –	
  
hospital	
  and	
  other	
  

programs	
  

Pa:ent	
  –	
  co-­‐payments	
  

Australian	
  Health	
  Funding	
  



Pharmaceu:cals	
  
Federal	
  –	
  PBS,	
  other	
  

programs	
  

State	
  –	
  Hospital,	
  other	
  
programs	
  

Private	
  Insurer	
  –	
  
hospital	
  and	
  other	
  

programs	
  

Pa:ent	
  –	
  co-­‐payments	
  

Australian	
  pharmaceu:cal	
  funding	
  



Pharmaceu:cal	
  Benefits	
  Scheme	
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Cost	
  to	
  Government,	
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  12	
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  June	
  2010	
  



Market	
  Access	
  	
  
	
  Eichler	
  et	
  al	
  	
  Nature	
  Reviews	
  2011	
  

TGA	
  
PBAC/	
  

Government	
  
Health	
  

Professional	
   Pa:ent	
  



PBS	
  lis:ng	
  
•  TGA	
  
–  Reviews	
  manufacture,	
  safety	
  and	
  efficacy	
  

•  PBAC	
  
–  Reviews	
  compara:ve	
  effec:veness	
  	
  
–  Reviews	
  cost	
  effec:veness	
  
–  Reviews	
  total	
  cost	
  (u:liza:on	
  and	
  cost)	
  	
  

•  PBPA	
  
– Nego:ates	
  price	
  

•  Approval	
  by	
  Minister/cabinet	
  
•  Lis:ng	
  on	
  PBS	
  



Pharmaceu:cal	
  Benefits	
  Advisory	
  
Commi>ee	
  (PBAC)	
  

Na7onal	
  Health	
  Act	
  
‘…PBAC	
  shall	
  make	
  recommenda4ons	
  to	
  the	
  Minister,	
  from	
  4me	
  
to	
  4me	
  as	
  to	
  the	
  drugs	
  and	
  medicinal	
  prepara4ons	
  which	
  it	
  
considers	
  should	
  be	
  made	
  available	
  as	
  pharmaceu4cal	
  
benefits…	
  
…the	
  CommiAee	
  shall	
  give	
  considera4on	
  to	
  the	
  effec4veness	
  
and	
  cost	
  of	
  therapy	
  involving	
  the	
  use	
  of	
  the	
  drug,	
  prepara4on	
  or	
  
class,	
  including	
  by	
  comparing	
  the	
  effec4veness	
  and	
  cost	
  of	
  that	
  
therapy	
  with	
  that	
  of	
  alterna4ve	
  therapies,	
  whether	
  or	
  not	
  
involving	
  the	
  use	
  of	
  other	
  drugs	
  or	
  prepara4ons….’	
  
[sec4on	
  101(3),(3A),	
  (3B),	
  (3BA]	
  
	
  
And	
  also	
  vaccines.	
  [101(4B)]	
  



PBAC	
  
•  If	
  a	
  product	
  is	
  more	
  costly,	
  shall	
  not	
  recommend,	
  
unless	
  it	
  provides	
  significant	
  improvement	
  in	
  
efficacy	
  or	
  reduc:on	
  of	
  toxicity	
  for	
  some	
  pa:ents	
  
[101(3B,	
  (a))]	
  

•  Must	
  specify	
  whether	
  drug	
  or	
  prepara:on	
  should	
  
be	
  treated	
  as	
  interchangeable	
  on	
  an	
  individual	
  
pa:ent	
  basis	
  –	
  therapeu4c	
  groups	
  [101(3BA)]	
  

•  Combina:on	
  therapies	
  (4AC)	
  
–  Compliance	
  

•  Dele:ons	
  
•  Exemp:ons	
  



PBAC	
  

•  Final	
  decision	
  –	
  Sec:on	
  85(2)	
  (usually)	
  ,	
  
Minister	
  declares.	
  

•  Generics	
  (usually)	
  –	
  Secretariat/Department	
  



PBAC	
  processes	
     



PBAC	
  Data	
  requirements	
  	
  
•  Context	
  –	
  popula:on,	
  indica:on,	
  comparator	
  
•  Compara:ve	
  clinical	
  trial	
  evidence,	
  based	
  on	
  

systema:c	
  review	
  methods	
  –	
  clinical	
  claim	
  for	
  benefits	
  
and	
  harms	
  

•  Basis	
  for	
  extrapola:ng	
  clinical	
  trials	
  to	
  Australian	
  
seang	
  –	
  considering	
  generalisability,	
  extrapola:on,	
  
transforma:on	
  

•  Cost-­‐effec:veness	
  according	
  to	
  claim	
  –	
  
–  Equivalence	
  =	
  cost	
  minimisa:on	
  
–  Superiority	
  =	
  cost-­‐effec:veness	
  (cost-­‐u:lity)	
  

•  Total	
  budget	
  impact/es:mate	
  of	
  use	
  
•  Any	
  other	
  considera:ons	
  (e.g	
  equity,	
  life-­‐saving	
  drugs,	
  

appropriate	
  use)	
  	
  



Harris	
  AH	
  et	
  al,	
  Medical	
  Decision-­‐Making,	
  2008:28:713-­‐722.	
  



Harris	
  AH	
  et	
  al,	
  Medical	
  Decision-­‐Making,	
  2008:28:713-­‐722.	
  



PBAC	
  decisions	
  

Harris	
  AH	
  et	
  al,	
  Medical	
  Decision-­‐Making,	
  2008:28:713-­‐722.	
  



PBAC	
  decisions	
  

•  The	
  following	
  factors	
  significantly	
  influenced	
  
PBAC	
  decisions	
  
– Clinical	
  significance	
  
– Cost	
  effec:veness	
  
– Cost	
  to	
  government	
  
– Severity	
  of	
  disease	
  

Harris	
  AH	
  et	
  al,	
  Medical	
  Decision-­‐Making,	
  2008:28:713-­‐722.	
  



Current	
  data	
  issues	
  with	
  PBAC	
  
submissions	
  

•  Popula:on	
  in	
  the	
  trial	
  vs	
  PBS	
  popula:on	
  
–  Subgroup	
  analysis	
  

•  Comparison	
  
–  Direct,	
  based	
  on	
  randomised	
  trial	
  
–  Indirect,	
  based	
  on	
  comparison	
  via	
  placebo	
  or	
  common	
  comparator	
  

•  Outcomes	
  
–  Surrogate	
  vs	
  clinical	
  or	
  pa:ent	
  relevant	
  
–  Size	
  of	
  effect	
  on	
  outcomes	
  –	
  minimum	
  clinically	
  important	
  difference	
  

•  Trial	
  design	
  
–  Early	
  crossover	
  or	
  early	
  stopping	
  for	
  benefit	
  

•  Cost	
  	
  effec:veness	
  models	
  
–  U:lity	
  conversion	
  
–  Economic	
  model	
  structures	
  and	
  assump:ons	
  



How	
  might	
  pragma:c	
  trials	
  assist	
  
regulators/funders	
  

•  Popula:on	
  in	
  the	
  trial	
  vs	
  PBS	
  popula:on	
  
–  Subgroup	
  analysis	
  

•  Comparison	
  
–  Direct,	
  based	
  on	
  randomised	
  trial	
  
–  Indirect,	
  based	
  on	
  comparison	
  via	
  placebo	
  or	
  common	
  comparator	
  

•  Outcomes	
  
–  Surrogate	
  vs	
  clinical	
  or	
  pa7ent	
  relevant	
  
–  Size	
  of	
  effect	
  on	
  outcomes	
  –	
  minimum	
  clinically	
  important	
  difference	
  

•  Trial	
  design	
  
–  Early	
  crossover	
  or	
  early	
  stopping	
  for	
  benefit	
  

•  Cost	
  	
  effec:veness	
  models	
  
–  U7lity	
  conversion	
  
–  Economic	
  model	
  structures	
  and	
  assump:ons	
  



Evidence	
  and	
  funding	
  decisions	
  –	
  the	
  
future	
  

•  Challenges	
  
– Personalised	
  medicine	
  –	
  patho-­‐physiological	
  
disease	
  subgroups	
  –	
  gene:c	
  tes:ng	
  etc	
  

– New	
  forms	
  of	
  evidence	
  –	
  pragma:c	
  trials,	
  
naturalis:c	
  data	
  

– Costs	
  of	
  innova:on	
  (at	
  a	
  health	
  system	
  level)	
  
– Poli:cal	
  factors	
  



How	
  might	
  a	
  regulator/funding	
  agency	
  
approach	
  new	
  types	
  of	
  evidence?	
  



Clinical	
  claim	
  and	
  economics	
  

effect	
  

cost	
  

More	
  cost,	
  less	
  effect	
   More	
  cost,	
  more	
  effect	
  

Less	
  cost,	
  more	
  effect	
  Less	
  cost,	
  less	
  effect	
  



Types	
  of	
  evidence	
  and	
  economics	
  

Certainty	
  

Cost	
  

More	
  cost,	
  less	
  certainty	
   More	
  cost,	
  more	
  certainty	
  

Less	
  cost,	
  more	
  certainty	
  Less	
  cost,	
  less	
  certainty	
  



Conclusions	
  

•  Regulators	
  are	
  likely	
  to	
  consider	
  other	
  forms	
  
of	
  evidence	
  in	
  making	
  funding	
  decisions	
  in	
  the	
  
future	
  

•  The	
  regulator	
  will	
  consider	
  the	
  rigor	
  and	
  
uncertainty	
  of	
  new	
  approaches	
  

•  Within	
  a	
  cost	
  effec:veness	
  framework	
  there	
  
may	
  be	
  a	
  trade	
  off	
  between	
  uncertainty	
  and	
  
price	
  


