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Center for Drug Evaluation and Research

• The Center for Drug Evaluation and Research (CDER),
within the US Food and Drug Administration, is tasked 
with making sure that safe and effective drugs are 
available to improve the health of people in the United 
States.

• The Office of New Drugs, which resides in CDER, provides 
regulatory oversight for investigational studies during drug 
development and makes decisions about marketing 
approval of new drugs. 



5

Outline

• Observations about the changing landscape of drug 
development for kidney diseases

• Patient-Focused Drug Development: the importance of 
the patient voice and initiatives to incorporate

Disclaimers and Disclosures

• The views expressed in this talk represent my opinions.

• I have no financial relationships to disclose.
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My sense of things

• Landscape for drug development for kidney diseases has 
changed dramatically over the last 10 years.

• There is, I think, a sense of hope (born from some recent 
successes) and greater interest on the part of industry in 
developing treatments for kidney diseases (or at least some 
types of kidney diseases).

• It feels as if we are entering a new era for drug 
development for kidney diseases. The “dog days” are over.*

*1 : the period between early July and early September when the hot sultry weather of summer 
usually occurs in the northern hemisphere; taken to be the hottest, most uncomfortable part of 
summer.
2 : a period of stagnation or inactivity



NEJM; April 14, 2019
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Some metrics, albeit imperfect, of 
interest in this space

• Steady flow of meeting requests and investigational new 
drug applications for drugs being developed to treat kidney 
diseases.

• Drug development programs progressing to later stages of 
drug development and embarking on well-designed phase 
3 trials (the pivotal efficacy and safety trials supporting a 
marketing application/drug approval).

• Increasing number of meetings being organized by the 
community related to drug development for kidney 
diseases and initiatives in this space.





How did we get here? 

• Identifying Surrogate Endpoints for Clinical Trials in IgA Nephropathy

• Surrogate Endpoints in Focal Segmental Glomerulosclerosis

• Identification of Appropriate Endpoints for Clinical Trials in 

Hyperoxaluria

Polycystic Kidney Disease 
Outcomes Consortium

• 2012 NKF-FDA Workshop: GFR Decline 

as an End Point in Clinical Trials in CKD

• 2018 NKF-FDA-EMA Workshop
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It takes willingness to share data.

Data Sharing Agreement



NKF-FDA-EMA Workshop: Change in Albuminuria and GFR as End Points for 
Clinical Trials in Early Stages of Chronic Kidney Disease
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Outline

• Observations about the changing landscape of drug 
development for kidney diseases

• Patient-Focused Drug Development: the 
importance of the patient voice and initiatives to 
incorporate
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PATIENT-FOCUSED DRUG DEVELOPMENT

“Finally, we shall place the Sun himself at 
the center of the Universe.”

-Nicolaus Copernicus (1473 –1543), a mathematician 
and astronomer who developed a model of the 
universe that placed the sun rather than the earth at 
the center of the universe. 
(https://en.wikipedia.org/wiki/Nicolaus_Copernicus)



“Patient-focused drug development (PFDD) is a systematic 
approach to help ensure that patients’ experiences, 
perspectives, needs, and priorities are captured and 
meaningfully incorporated into drug development and 
evaluation. As experts in what it is like to live with their 
condition, patients are uniquely positioned to inform the 
understanding of the therapeutic context for drug development 
and evaluation.”

https://www.fda.gov/drugs/development-approval-process-drugs/cder-patient-focused-
drug-development
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• Facilitating and advancing use of systematic approaches 
to collecting and utilizing robust and meaningful patient 
and caregiver input to more consistently inform drug 
development and regulatory decision-making.

• Encouraging identification and use of approaches and 
best practices to facilitate patient enrollment and 
minimizing the burden of patient participation in clinical 
trials.

Overarching goals

https://www.fda.gov/drugs/development-approval-process-drugs/cder-patient-focused-
drug-development
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• Enhancing understanding and appropriate use of 
methods to capture information on patient preferences 
and the potential acceptability of tradeoffs between 
treatment benefit and risk outcomes.

• Identifying the information that is most important to 
patients related to treatment benefits, risks, and 
burden, and how to best communicate the information 
to support their decision making.

Overarching goals

https://www.fda.gov/drugs/development-approval-process-drugs/cder-patient-focused-
drug-development



21st Century Cures and PDUFA VI
FDA will develop a series of guidance on the collection 
of patient experience data, and the use of such data and 
related information in drug development. 

FDA-led PFDD Meetings
From 2012 to 2017, under the fifth authorization of PDUFA 
(PDUFA V), FDA conducted disease-specific PFDD meetings 
to obtain the patient perspective.

Externally-led PFDD Meetings
Patient organizations identify and organize patient-
focused collaborations to generate public input on other 
disease areas. 

https://www.fda.gov/drugs/development-approval-process-drugs/cder-patient-focused-
drug-development

https://www.fda.gov/drugs/development-approval-process-drugs/fda-patient-focused-drug-development-guidance-series-enhancing-incorporation-patients-voice-medical
https://www.fda.gov/industry/prescription-drug-user-fee-act-pdufa/patient-focused-drug-development-disease-area-meetings-held-fiscal-years-2013-2017
https://www.fda.gov/industry/prescription-drug-user-fee-act-pdufa/externally-led-patient-focused-drug-development-meetings
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Closing Comments

• It takes a village to successfully develop 
safe and effective treatments.

• There have been important scientific 
advances in the understanding of a 
number of kidney diseases.

• There is also interest on the part of 
industry in developing treatments for 
these diseases.

• As the person who is the expert in the 
disease and who will ultimately use 
these therapies, patients need to be 
involved.
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QUESTIONS?
aliza.thompson@fda.hhs.gov


