Study Questions – Chapter 14
1. What is gene therapy?

2. What is adenosine deaminase (ADA) deficiency?

3. What are the pros and cons of AAV versus AV gene therapy vectors?

4. What is nanotechnology and how may this be useful in gene therapy?

5. How can miRNA or siRNAs be useful for alternative gene therapy approaches?

6. What major problem with gene therapy does not happen when gene therapy is delivered to the eye, and why is gene therapy in the eye different?

7. Why is integration in gene therapy a concern?

8. Who should be involved in a gene therapy trial?

9. What are two different strategies for using gene therapy to treat cancer?

10. What are two gene therapy strategies other than simple replacement of a missing gene?

11. Why was RPE65 a good candidate as a target for gene therapy?

12. Why was the treatment of the Briard dog Lancelot of importance to humans?

13. Which trait was the first human trait on which gene therapy was tried, and why was it the trait selected?

14. What went wrong with the ADA gene therapy trial and why have efforts to treat ADA continued?

15. What causes damage in OTC deficiency?

16. What kind of “end-run” approach to gene therapy can be used to assist healing following a heart attack?
17. What good does it do for gene therapy to add in more of something that is already present in the body?

18. How can gene therapy help heal a bad break in a bone?

19. Why are the strategies for gene therapy of cancer so different from the strategies for treatment of metabolic disorders?

20. How else can a cloned gene help us treat a disorder if we do not use it for gene therapy?
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